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transforming endless datapoints into relevant, 

applicable, actionable information. Such insight 

would steer and accelerate performance across 

the pharmaceutical value chain — from grants to 

treatment guidelines. That’s the decision-making 

impact of Medmeme analytics.

For pharma companies looking to research, develop or launch 

new drugs, and command early market advantage, volumes of 

data isn’t the answer. Applying the right knowledge is. This is 

the Medmeme effect.
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From the EditorOCTOBER 2016 PHARMACEUTICAL EXECUTIVE

WILLIAM LOONEY

Editor-in-Chief

william.looney@ubm.com

Follow Bill on Twitter:

 @BillPharmExec

The Barcelona Brief 
INNOVATION IN BIOPHARMACEUTICALS occurs in many settings. One of the most prominent 

venues is the annual CPhI trade show organized by Pharm Exec’s parent company, UBM, 

taking place this month in Barcelona. A CEO panel of experts has prepared a well-resourced 

document, Prospects, Analysis and Trends in Global Pharma 2016, which consolidates key 

themes behind this year’s event. The following is a brief summary of conclusions.

Q
uality culture—Methods and Mindset 
count. In many areas of regulation, 
industry follows a “check-the-box” 
approach rather than observing the 

principle that regulation sets minimal require-
ments—the aim must be to exceed the norm. Man-
agement often fails to see that inconsistent, erratic 
“human behaviors” can derail even the best-
designed internal quality and safety program; reg-
ulators need to introduce metrics that drive on-the-
ground operational excellence rather than relying 
on “lagging indicators” that measure symptoms, 
not cause. Another performance issue is less inno-
vation in excipients, a critical adjunct to safety and 
quality in manufacturing. 

Generic geographies. While generics face punish-
ing competition in the US and Europe, there are 
opportunities in emerging country markets due to 
higher insurance coverage and a rising middle class. 
Generics are finally making inroads in Japan too. A 
bright spot in the US is a return of the patent cliff, 
with  $105 billion in revenues exposed to LOE in 
the next four years, compared to $87 billion from 
2011-2015. A segment characterized by low margins 
also demands additional support from regulators 
on the global harmonization of standards, where 
compliance has become increasingly expensive. And 
a flexible, adaptive business model on generics is 
required to thwart the push to commoditization.

CMO spells Opportunity. Transformation of 
service providers will continue apace as the major 
integrated drug manufacturers seek support in ratio-
nalizing their supply chain networks on a global 
scale. Consolidation within the CMO/CDMO busi-
ness is overdue—but it’s happening. More CMOs 
will go public and service providers based in emerg-
ing countries will seek to replicate their low-cost 
service model in the US market. The higher profile 
of the CMO/CDMO is evidenced in the way 
national regulators now see them as strategic part-
ners, not just service delivery organizations.  

China rising. China is on course toward its goal 
to be a global biopharma innovator, from local man-
ufacturer of drug formulations to discoverer of new 
products, first for Chinese patients, and ultimately 
as the source of world-class innovations with market 
reach beyond China. China’s innovation aspirations 
are anchored by a strong base in API production, 
rivaled only by India. Increased M&A activity 

among API producers will strengthen the competi-
tive positions of companies with a track record on 
data integrity and quality. But there remain some 
clouds on the horizon, led by the affordability of 
novel drugs for Chinese patients and lack of investor 
confidence in a predictable regulatory pathway, from 
drug discovery to commercialization and launch. 

Bump up for Biosimilars. The innovative sprint 
to biologics makes growth of biosimilars all but 
inevitable, particularly in emerging countries but 
equally in the US. India now has 25 companies mar-
keting nearly 50 such products, domestically and 
worldwide. Not only are biosimilars viewed as a 
therapeutic novelty—they are also necessary, due to 
the projected saving for cash-strapped health sys-
tems in the US and Europe of more than €50 billion 
over the next five years. Convergence of regulatory 
standards is still too slow, but a bright spot is 
national regulators’ increasing acceptance of data 
extrapolation, which allows a biosimilar to be 
approved for multiple indications without undergo-
ing additional clinical testing. What is industry 
NOT doing?  Stakeholder education—greater out-
reach is needed. 

Potential in potency. A key growth market is high 
potency APIs geared to treating cancers, autoim-
mune disorders and other complex conditions. 
Higher potency brings benefits to patients, including 
lower dosing, longer efficacy and fewer side-effects. 
Global sales of these products are projected to dou-
ble within the decade, to $25 billion in 2023, but 
progress depends on an approved regulatory frame-
work for classifying a high potency API in manu-
facturing—a crucial step in reducing any safety risks.      

A 3D future? Technology will continue to 
streamline manufacturing costs, with advances that 
allow for cheaper, personalized, designed-in varia-
tions to accommodate everything from a small-batch 
contribution of a drug for a clinical trial to mass 
quantities of drugs for chronic conditions. The next 
step toward this new dimension of a personalized 
medicine supply chain is fabrication of complex spe-
cialty drugs through the 3D printing of living tissue. 

What’s the sum-up here? Because biopharma 
business decisions are heavily shaped by regulation, 
such regulation must be partnered, proactive, for-
ward-looking and wise to both its benefits and 
limitations. On that depends the future—especially 
for patients. 
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C
ongress has less than 

a year to approve the 

revised Prescription 

Drug User Fee Act 

(PDUFA VI), a process compli-

cated by a change in administra-

tion in January that will delay 

Congressional consideration of 

new programs and policies for 

several months. That will bring 

the reauthorization process close 

to when current fees for drugs 

and biologics, along with similar 

programs for biosimilars, medi-

cal devices and generic drugs, 

expire Sept. 30, 2017. So FDA 

and biopharma companies are 

lining up support from patient 

groups and health professionals 

to move the process along as fast 

as possible.

The agreed-on PDUFA VI 

“commitment letter,” which was 

discussed at a public meeting in 

August, maps out strategies for 

making the program less bur-

densome and complex, while 

also expediting the assessment 

of innovative products (see 

http://bit.ly/2chBgAG). More 

emphasis on “hearing the patient 

voice” will bolster development 

of breakthrough therapies and 

treatments for rare diseases, 

enhanced by broader use of 

innovative clinical trial designs 

and biomarkers. FDA will hold 

public workshops and develop a 

series of guidances for collecting 

patient input on disease burden, 

treatment impact and clinical 

outcomes assessment, with an 

eye to expanding reviewer 

understanding of the benefi ts—

as well as the risks—of a test 

therapy to patients. 

Related initiatives aim to 

further incorporate real-world 

evidence and benefi t-risk assess-

ment into drug development so 

that these approaches can be 

utilized more in evaluating effi -

cacy, in addition to tracking 

safety issues postapproval. FDA 

also will expand its Sentinel 

System to enhance drug safety 

monitoring, with an eye to 

broadening use of health system 

data for clinical development. 

Important for sponsors is a 

related provision promising 

timely, advance communication 

to manufacturers on emerging 

safety signals. 

More predictable fees

These and other initiatives will 

be supported by notable revi-

sions in the PDUFA fee struc-

ture. A new “program” fee will 

replace current levies on manu-

facturing facilities and on prod-

ucts. It will be calculated to 

yield 80% of the anticipated 

$1.2 billion collected by PDUFA 

in 2018; application fees will 

add up to only 20% of program 

cost, reducing FDA reliance on 

revenues that can vary from 

year to year. 

A related change is to drop 

user fees altogether for effi cacy 

and manufacturing supple-

ments. These levies are diffi cult 

for FDA to administer and don’t 

add up to much revenue. And 

the revision could encourage 

sponsors to update labeling on 

a more timely basis and to pur-

sue quality improvements in 

production systems. 

The shift away from facility 

fees refl ects industry’s expanded 

use of contract manufacturers 

for drug production, which 

makes it diffi cult to assess the 

portion of a production site 

allotted to each pharmaceutical 

client. The new program fee will 

be based on the number of 

approved drugs and biotech 

therapies marketed by a firm. 

However, it will apply to only 

the fi rst fi ve versions of the same 

drug to avoid discouraging 

development of personalized 

therapies that may have fi ve, 10 

or more different formulations. 

There is some concern that 

larger fees on marketed products 

could lead pharma companies to 

drop older drugs that are only 

marginally profi table. Neverthe-

less, manufacturers and FDA are 

optimistic that the new fee struc-

ture will be more predictable for 

all parties and will support a 

more sustainable and manage-

able program. 

At the same time, PDUFA VI 

puts more pressure on manufac-

turers to fully prepare and iden-

tify relevant production sites 

before submitting a new drug 

application (NDA) or biologics 

license application (BLA) or sup-

plement. The user fee program 

sets increasingly short time 

frames for the Center for Drug 

Eva luat ion and Research 

(CDER) and Center for Biologics 

Evaluation and Research (CBER) 

to take action on applications, 

especially for breakthroughs and 

Major Changes Ahead for 
Drug User Fees 
PDUFA VI to enhance FDA staffi ng, revise fees and expand 
evidence for drug development
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other innovative therapies. To 

meet review time frames, FDA 

needs sufficient time to inspect 

and evaluate all planned produc-

tion sites. So if a sponsor fails to 

identify a planned facility on the 

initial list, FDA may extend an 

approval goal date by two or 

three months. 

Updating operations

FDA also will be able to tap user 

fee revenues to improve certain 

internal operations and pro-

grams. There will be added 

resources to make the agency’s 

electronic submissions process 

faster, more transparent and 

more predictable. And PDUFA 

will support strategies to keep 

FDA staffers from drowning in 

meetings. While agency officials 

encourage sponsors to meet 

“early and often” with staff to 

discuss and gain agreement on 

product development plans and 

strategies, this approach over-

whelmed CDER and CBER with 

some 3,000 meeting requests in 

2015, which also often involve 

pre-review of thousands of pages 

of background data. Agency offi-

cials seek to improve the process 

by resolving some issues in writ-

ing, instead of in-person meet-

ings, and to provide staff with 

more time to examine meeting 

documents. 

A main goal for FDA in nego-

tiating PDUFA VI was to gain 

stakeholder support for a con-

certed effort to improve the 

agency’s hiring process. FDA 

desperately need to bring more 

scientists and experts into the 

agency, but has difficulty com-

peting for talented professionals 

due to low salaries, strict con-

flict-of-interest (COI) policies 

and a long and convoluted hiring 

process. While the low-pay and 

COI issues reflect broader fed-

eral employment standards that 

FDA cannot easily change, this 

latest PDUFA plan sets clear 

goals and timeframes for filling 

vacancies more expeditiously. 

New procedures would clar-

ify and simplify job announce-

ments and expand the use of 

head hunters to identify prime 

candidates. A new high-level 

office will oversee recruitment 

and retention of qualified scien-

tific and medical personnel, 

reflecting a commitment by top 

FDA officials to improving its 

staffing situation. 

The current shortfall of 200 

employees in CDER’s Office of 

New Drugs is not just an FDA 

issue, commented Kay Hol-

combe, senior vice president of 

the Biotechnology Innovation 

Organization, but “a public 

health problem.” Without added 

expertise, stakeholders fear that 

FDA cannot meet the many 

goals and challenges of the 

PDUFA program. 

The current shortfall of 200 employees in 

CDER’s Office of New Drugs is not just an FDA 

issue, but “a public health problem.” Without 

added expertise, stakeholders fear that FDA 

cannot meet the many goals of the  

PDUFA program

Streamlining combo product oversight

A notable PDUFA VI initiative is to 

expand staff and promote more 

coordination between FDA’s Office 

of Combination Products (OCP)  

and CDER, CBER and the Center 

for Devices & Radiological Health 

(CDRH). Combination products are 

high on everyone’s radar screen, 

as seen in continuing discussion 

about appropriate testing and 

regulation of self-injectors such 

as EpiPen and for more complex 

cellular and gene therapies. 

Manufacturers complain of delays 

in OCP decisions on which the 

Center should take the lead on 

evaluating a new combo. Different 

testing methods raise concerns:  

device makers are nervous about 

meeting drug good manufacturing 

practices (GMPs), while biopharma 

companies struggle with designing 

human factors studies and 

evaluating risks related to intended 

use. A hot issue is how much 

the device portion of a generic 

drug-device combo has to be the 

“same” as the innovator product. 

PDUFA will fund additional 

reviewers and training for them to 

handle these complex products 

in CDER and CBER as well as 

CDRH. The program also will 

support drafting and publication 

of guidances on bridging studies 

and labeling, set goals for timely 

review of human factors study 

protocols and fund an independent 

third-party evaluation of the 

combination products program. 

Meanwhile, OCP is working to 

finalize draft guidances on GMPs 

and on human factors studies for 

combination products. 
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REFLECTOR is 

Pharmaceutical 

Executive’s 

correspondent in 

Brussels 

H
ow should pharma-

ceutical executives 

adjust  as  th ings 

become increasingly 

grim for that unprecedented 

experiment in trade cooperation, 

the European Union? With one 

of its key member states already 

heading for the departure gate, 

and with the EU’s entire external 

commerce policy under new chal-

lenge, is this just something the 

healthcare sector should shrug its 

shoulders about and quietly 

accept, in the pious hope of better 

times coming back later? 

The latest threat—which was 

being played out in September—is 

that the bloc’s ability to strike 

trade deals abroad will be under-

mined, and even entirely neutral-

ized, by public opposition to two 

ongoing discussions: CETA—the 

Comprehensive Economic and 

Trade Agreement with Canada—

and TTIP, the better-known 

Transatlantic Trade and Invest-

ment Partnership with the US. 

Much has already been written, in 

this column and elsewhere, about 

the importance of TTIP to the 

pharmaceutical industry on both 

sides of the Atlantic, and about the 

growing grass-roots campaign to 

derail it. But the TTIP story now 

risks becoming irrelevant, because 

in the event of a collapse of CETA, 

which is virtually a done deal, 

there is almost no prospect of suc-

cessfully concluding the TTIP 

negotiations—or, indeed, any fur-

ther EU trade agreements around 

the world. CETA does indeed 

threaten to make the EU teeter, 

very dangerously.

Hanging by a thread

The fate of CETA is in the bal-

ance. It survived—but only by a 

whisker—a potentially fatal chal-

lenge from the German social 

democrat party, whose support 

will be crucial in national endorse-

ment of the deal. Anxieties have 

been acute over perceived threats 

to public services, labor rights and 

environmental protection, and 

over the possibility that foreign 

investors could sue EU govern-

ments for any alleged discrimina-

tion, but at the last minute the 

party gave its conditional backing.  

But a week of massive demon-

strations in European capitals are 

highlighting the depth of feeling 

about what are seen as pro-indus-

try agreements cooked up behind 

closed doors without taking 

account of public interests. More 

than 150,000 people demon-

strated against CETA in Berlin 

and six other German cities last 

month, calling it “TTIP by the 

backdoor.” Nine out of 10 mem-

bers of Austria’s Social Demo-

cratic Party want to reject CETA, 

according to a poll launched by 

Chancellor Christian Kern. In 

France, the populist Marine Le 

Pen is heading strong opposition 

to these transatlantic alliances. 

Slovenia and Hungary are both 

awaiting the outcome of parlia-

mentary debates before taking a 

position. And in Belgium, the 

three French-speaking parlia-

ments are still resisting giving 

their blessing.

Pharma extolls virtues

In the face of gathering hostility, 

the European pharmaceutical 

industry is putting its weight 

behind what look increasingly like 

last-ditch efforts to salvage CETA 

and TTIP. Along with a dozen 

other business organizations, they 

issued a plea for “strong political 

commitment from the EU and US 

governments” to keep the talks on 

track and to “deliver an agreement 

that boosts growth, competitive-

ness and jobs.” A so-called Busi-

ness Alliance for TTIP held spe-

cial media briefings in European 

capitals in a bid to win over opin-

ion-formers, with an uncompro-

mising message that “the TTIP 

negotiations have not failed, that 

they must continue.” And busi-

ness leaders are stressing that 

“continued and vocal support by 

EU and US political leaders is crit-

ical.” According to Emma Marce-

gaglia, the head of the pan-Europe 

industry grouping BusinessEu-

rope, “TTIP is too big to be 

allowed to fail.” 

The European Federation of 

Pharmaceutical Industries and 

Associations (EFPIA), the generic 

drug makers, now under their new 

title of Medicines for Europe, and 

the devices industry represented 

by MedTech Europe are making 

common cause with major orga-

nizations representing the IT, 

clothing and chemical industries, 

carmakers, bankers, and a host of 

trans-sectoral business groups.

For EFPIA, the EU’s external 

trade agenda is “essential to 

ensuring market access for 

exports of innovative medicines 

developed by European pharma-

ceutical companies.” It claims 

that “an ambitious pharmaceuti-

cal chapter in TTIP that aligns 

Pharma and the Peril of
Europe’s Trade Policies   
The potential collapse of the CETA agreement jeopardizes 
EU’s overall trade footing
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regulatory regimes and reduces 

duplicative costs will increase EU 

pharmaceutical exports by €9 

billion and provide 19,000 highly 

productive and qualified jobs in 

the EU pharmaceutical industry 

and 60,000 additional jobs in 

related industries in the EU.”

The TTIP discussions of phar-

maceuticals are at present cover-

ing good regulatory practices 

linked with the marketing autho-

rization of medicinal products, 

regulatory cooperation provi-

sions, the exchange of confidential 

information between regulators, 

as well as the recognition of good 

manufacturing practice (GMP) 

inspections, and a joint EU-US 

task force is assessing the equiva-

lence of EU and US GMP inspec-

tion systems. On generics, nego-

tiators have been taking stock of 

the latest developments on regula-

tory collaboration in the frame-

work of the International Confer-

ence on Harmonization of 

Technical Requirements for Reg-

istration of Pharmaceuticals for 

Human Use and the International 

Generic Drug Regulatory Pro-

gram. A first expert discussion 

between the European Medicines 

Agency (EMA) and FDA on the 

evaluation of complex generics 

took place in the summer.

But EFPIA knows it is up 

against a lot of negative preju-

dice. Its own “mythbuster” bro-

chure recognizes (although it 

attempts to rebut) the most com-

mon criticisms—that TTIP is 

negotiated in secret and is driven 

by the interests of multinational 

companies, or that it will reduce 

regulatory standards to the low-

est common denominator, or 

limit clinical trials transparency, 

or create longer monopoly peri-

ods, higher prices and less generic 

competition, or undermine 

national competence on pricing 

and reimbursement and limit 

government policy options. 

Hence, its alliance with other 

industry groupings in its efforts 

to head off the opposition.

Mixed country support

Business leaders’ urgings are mir-

rored in a formal letter of support 

for TTIP and CETA that 12 gov-

ernments addressed to the EU 

negotiators in mid-September. 

“Today, more than ever, there is 

a need for a strong and positive 

voice in the discussions on trade 

issues,” wrote the senior minis-

ters from the Czech Republic, 

Denmark, Estonia, Finland, Ire-

land, Italy, Latvia, Lithuania, 

Portugal, Spain, the UK and Swe-

den. But conspicuous by their 

absence from the signatories were 

ministers from 16 other EU coun-

tries, where there is less unequiv-

ocal support for the belief 

expressed in the letter that 

“Europe needs to demonstrate 

clear leadership in negotiating 

free trade agreements if we are to 

generate the growth we need to 

meet future challenges.”

CETA was high on the agenda 

of EU trade ministers when they 

met in Bratislava in late Septem-

ber for a final discussion before a 

scheduled signing of the deal at 

the EU-Canada summit on Octo-

ber 27. But a political agreement 

among all member states in 

Bratislava will be needed to 

authorize the signature. And the 

fear among industry and officials 

is that failure here will put an end 

to any further similar deals. As 

European Trade Commissioner 

C e c i l i a  M a l m s t röm ha s 

remarked: “If we can’t approve 

CETA, who can we make trade 

deals with? If we don’t approve it 

we are not a reliable partner.”

One-sided battle? 

The question for industry—and 

for the pharmaceutical indus-

try—is whether enough has been 

done to counteract the strong feel-

ings of rejection among the public 

in the run-up to this dénouement. 

If industry is so convinced of the 

merits of these agreements (and 

they have said throughout that 

they are), why have they let hos-

tile campaigners persuade a 

largely uninformed public that 

these deals will damage public 

interests? The hundreds of thou-

sands of demonstrators on the 

streets of Europe last month were 

not calling for CETA and TTIP. 

They were saying “stop these 

deals!” Where are the demonstra-

tors that the industry has been 

able to mobilize, saying “these 

deals are good news?” It is a sadly 

familiar scenario of European 

industry being outflanked by 

activists with plenty of imagina-

tion and energy, often enough to 

compensate for the poverty of 

arguments. After the GMO 

debates and the debacle over the 

anti-counterfeiting treaty, ACTA, 

is Europe witnessing a final battle 

that will leave it incapable of con-

ducting a coherent trade policy? 

And who in the healthcare com-

munity cares enough to do any-

thing about it?

If industry is so convinced of the merits of these 

agreements, why have they let hostile 

campaigners persuade a largely uninformed public 

that these deals will damage public interests?
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R
eal-world evidence (RWE) is the intersec-

tion between the structured rigor of the 

randomized clinical trial (RCT), and the 

clinical exposure a treatment receives 

once it enters medical practice. As explored in the 

following Roundtable discussion, drug manufactur-

ers, payers, regulators and patients are grappling 

with the practical application of this tool as the US 

health system moves toward a new payment model 

focused on value rather than volume. The challenge 

is that current standards for incorporation of RWE 

in decisions on market access lag well behind the 

desire to do so. Work in this area is often seen as 

variable, incomplete and unreliable compared to 

the “gold standard” of the RCT.

William Looney, Pharm Exec: The purpose of our 

discussion today is to add some clarity to the RWE 

discussion, in three areas.

 The first is Definition — can we build some 

granularity into the concept of RWE? What’s mean-

ingful and usable beyond the clinical trial itself? How 

do we address the larger question of interpreting 

what “value” is in medicine, particularly as stakehold-

ers view the concept from many different perspec-

tives? 

The second is Use — what are the barriers to 

actually applying RWE as an evidentiary tool in key 

decisions that drive the drugs business, such as indi-

cation, labeling, access and reimbursement?  

The third is Result — how do we build toward 

the dissemination and acceptance of RWE data that 

can document improved health outcomes, particu-

larly those that matter to patients. Are payers and 

regulators prepared to implement these findings, 

consistently, to make our system more patient cen-

tric, realize the promise of personalized medicine 

and improve the risk-reward environment for innova-

tors? 

Beyond these three points, what mission critical 

issue do you believe will help foster a decision-mak-

ing infrastructure shaped by RWE? 

From Volume to Value
The Role of Real-World Evidence in Biopharmaceuticals
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KAI CARTER, HeartFlow Inc.: My company is 
working on an evidence-based value rationale for 
our key product, a novel, non-invasive diagnostic 
for coronary artery disease. Our goal is to join 
with other stakeholders around a consensus on 
standards for use of RWE, particularly focusing 
on the early adopters of RWE who can benefit by 
having their voices elevated in the debate. 

TOM LANGAN, Practice Fusion: I am CEO of 
an enterprise whose lead product is a cloud-based 
ambulatory electronic health record (EHR) 
designed to help providers manage the transition 
to value-based reimbursement. Incorporating 
RWE seamlessly into the practice is one of our 
key objectives. To do that, we have to identify and 
solve for the data gaps that confront the provider.   

BIMAL SHAH, Premier Research Services, Pre-
mier Inc.: I have been working with outcomes 
data and RWE for close to 20 years. What inter-
ests me is addressing the hype around RWE. 
While RWE provides enormous opportunity, it 
needs to be better grounded in reality that 
accounts for the scope and boundaries of what 
it can and can’t do? And what does the future of 
RWE look like? We know that the silos of infor-
mation in healthcare are being digitized, but the 
real question is when will they be linked?   

IAN DUNCAN, Society of Actuaries: My career 
has centered on starting and managing compa-
nies that specialize in data analytics. I have 
mainly worked on the payer side, including a 
stint as head of clinical research for the Wal-
greens pharmacy chain. RWE is viewed as some-
thing distinctive and new in the pharma space, 
but as a payer I can say it represents the essence 
of what we have been doing for decades, which 
is to concentrate our efforts on outcomes driven 
by the day-to-day clinical experiences of provid-
ers and their patients. What attracts my attention 
here is how pharmaceutical companies are put-
ting forward a value proposition to help them 
survive in a world where medicines will thrive 
only if they can show that prescribing will lead 
to a better outcome for the patient.    

CINDIE DILLEY, UCB: I am an economist and 
represent a team within UCB that focuses on new 
product innovation through the intersection of 
medicine, technology, and data analytics, cou-
pled with a deep understanding of patients. Our 
belief is that a business model centered on pro-
viding the medicine alone is less sustainable for 
the future. What drives me is finding insights to 

connect streams of data and make it more viable 
for the entire development chain, from discovery 
to commercialization. We will not make the tran-
sition to personalized medicine until we make 
this connection. Personalized medicine is more 
than choosing the right drug for the right patient. 
It’s also about targeting the right combination 
therapy, selecting the best companion diagnostic, 
or tapping into an artificial intelligence algo-
rithm that will secure an entire treatment path-
way fixed on the patient’s unique clinical profile.

The point is more sophisticated patient strati-
fication is necessary at every point in the develop-
ment process, through things like genetic markers 
in oncology or artificial intelligence in epilepsy. 
A clinical trial drawn from a set of hypotheticals 
on the ideal patient will not substitute for lever-
aging RWE to inform us about the actual patient.  

JULIE LOCKLEAR, EMD Serono, a business of 
Merck KGaA: I lead our US Health Economics 
and Outcomes Research group, which is part of 
Medical Affairs. Challenges include establishing 
an internal organizational consensus on RWE as 
a business practice, of end-to-end evidence gen-
eration in support of clinical development, pre-
launch and launch optimization.  We support 
patients with difficult-to-treat diseases. This fun-
damental shift in the way we develop medicines 
often necessitates significant changes to internal 
structures and processes. Setting up the RWE 
function and selling it internally is critical to 
success. Do we have an inventory of best prac-
tices?  What are the lessons learned? 

SHAILJA DIXIT, Intercept Pharmaceuticals: My 
concern is RWE has failed to establish enough trac-
tion to overcome skeptics who doubt its clarity and 
robustness. This view has an adverse impact on using 
RWE in decision-making on access. RWE remains a 
gray area in the clinical judgment armamentarium 

Roundtable Participants
Kai Carter, Director, Health economics and reimbursement, HeartFlow Inc. 
Cindie Dilley, Head, New Patient Value Focus, Ucb
Shailja Dixit, Global Head, Health Outcomes, Intercept Pharmaceuticals 
Ian Duncan, Fellow, Society of Actuaries, and Professor, Department of 
Statistics & Applied Probability, University of california Santa barbara 
Tom Langan, ceO, Practice Fusion 
Julie Locklear, Vice President, Health economics & Outcomes research, eMD 
Serono Inc., a business of Merck KGaA of Darmstadt, Germany  
Robert Nauman, Principal, bioPharma Advisers 
Bimal Shah, Service Line Vice President, Premier research Services Inc. 
William Looney [moderator], Pharmaceutical Executive 

http://WWW.PHARMEXEC.COM/


18

WWW.PHARMEXEC.COM

PHARMACEUTICAL EXECUTIVE OCTOBER 2016Executive Roundtable

of payers and providers, so that 

means you cannot make this 

information accessible in a way 

that benefits patients. Few will be 

inclined to make big investments 

in RWE until this changes.   

ROBERT NAUMAN, BioPharma 

Advisors: These are all excellent 

examples of what is “state of the 

art” for RWE. We agree on the 

necessity to improve on those 

three elements of RWE —Defini-

tion, Use, and Results—outlined 

by our moderator today. It’s true 

that much of what RWE repre-

sents is still potential, not estab-

lished practice. The road has been 

surveyed, but it needs now to be 

paved. 

We also have to look at RWE 

in the context of larger forces 

affecting the US health system.  

In just a few decades, we have 

moved from a situation where the 

incentive was to consume services 

without any reliance on informa-

tion to today’s emphasis on man-

aging health resources by leverag-

ing an abundance of information. 

Despite this, the cost of health-

care per capita is continuing to 

grow at an exponential rate. The 

question, therefore, becomes: are 

we using this information cor-

rectly, for the overall purpose of 

aiding the desired shift from vol-

ume to value? 

Of course, definitions do 

count but it is not just RWE 

that lacks an agreed nomencla-

ture. Almost every health prac-

tice confronts the same prob-

lem. Population health is wide 

open to interpretation, but vast 

swaths of the health system 

now claim it as a governing 

principle. The same is true 

about precision medicine; it’s 

still seen as an aspirational 

concept among patients and 

providers. And translational 

medicine requires its own 

translation, with the lingua 

franca dependent on the eyes of 

the beholder.  

It’s equally important to 

factor in ongoing issues like 

the capacity to predict treat-

ment responses in individual 

patients. Will technology rise 

to the occasion and improve 

on tools like predictive analyt-

ics to better account for treat-

ment ef fects , especial ly in 

high-risk patients? We also 

have to cite regulatory issues, 

such as patient privacy protec-

tions, which often have unan-

ticipated consequences as a 

barrier to progress in care 

delivery.      

Looney: Perhaps the common 

denominator here is the patient 

and the outcome from the treat-

ment he or she receives. Isn’t this 

where we should focus our 

efforts to define each practice?

SHAH: There is nothing 

wrong with the fact that we 

struggle with placing things like 

RWE into neat categories. 

Health itself is not easy to define, 

and any patient outcome is going 

to be evaluated through the lens 

of where you sit in the system. A 

clinician may look at a treatment 

outcome differently than a tech-

nology provider, a drug or device 

manufacturer, a payer—or the 

patient. 

What’s universal is the scope 

and quality of the data that 

feeds into the institutional deci-

sion-making chain. The data is 

where it all starts. Finding data 

sources relevant to solving a 

clinical problem is the hard 

part, so labeling those sources 

correctly is the holy grail of 

healthcare provision.

LANGAN: The source point is 

the challenge. Most EHR data 

is collected on the premises of a 

practice, so there is no incentive 

to standardize. Whether it’s an 

in-patient or ambulatory ser-

vice, what you have are  incon-

sistencies across the industry. If 

we don’t fix it, it will be that 

much harder to produce effec-

tive outcomes and studies.    

NAUMAN: What every player 

in healthcare wants is to be able 

to track that “patient journey” 

through the treatment cycle. The 

desire is to measure something, 

but then we find the ability to 

consolidate the data might not 

exist. What encourages me is the 

drug industry is being motivated 

to work with providers on new 

approaches to collect and inter-

pret data. There is common 

ground that this process can 

improve health outcomes.   

Another challenge is the inef-

ficient scale. Under the Afford-

able Care Act, the US has an 

abundance of pilot schemes 

“It is not just RWE that 

lacks an agreed 

nomenclature. Almost 

every health practice 

confronts the same 

problem.”
— ROBERT NAUMAN, BIOPHARMA ADVISORS
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underway to help grow RWE 

but, as the saying goes, small 

samples are always inconclusive.   

That’s why you don’t see much 

progress in inserting RWE into 

key chronic disease areas like 

diabetes and heart disease.  

DILLEY: And the data is so 

unstructured, it is irrelevant to 

tracking outcomes involving 

such truly big patient popula-

tions, as there is no single 

approach to mining the data. 

LANGAN: Providers know the 

world they work in is changing, 

and that one of the most disrup-

tive aspects is all the new tech-

nology they now must use to 

meet their practice’s obligations 

to payers and regulators. It’s far 

from clear that providers really 

know how to make sense of the 

data they collect. 

DIXIT: The pace of technolog-

ical change and the pace of 

change in data governance 

arrangements are not moving in 

tandem with RWE needs. The 

delay causes significant frustra-

tion for stakeholders. To make 

RWE an integral part of drug 

development and launch, data 

needs to be processed, analyzed, 

and presented in a coherent for-

mat acceptable to the broad 

range of interests involved.  

SHAH: Unstructured data is 

dirty data—both in and out. I 

think the current work flows man-

dated by technology are seen by 

many providers as intrusive and 

inhibiting. There are a lot of work-

arounds at the back end of the 

practice to help them get through 

the day.  As long as data is unstruc-

tured, it will be hard to conclude 

it is representative of what is really 

going on in the practice in terms 

of the actual patient experience. 

Looney: I’d like to pose a ques-

tion to Ian Duncan. You said ear-

lier that, as a payer representa-

tive, there was little angst about 

applying RWE to decisions on 

which treatment option pro-

duced a better outcome. What’s 

your reaction to what you’ve 

heard from the group so far?   

DUNCAN:  Payers benefit 

from a singular perspective—

it’s all about economics. We also 

have large and very credible 

data sets. The methodologies 

for determining effects from the 

data are not perfect but it’s rea-

sonably good and getting better. 

In addition, payers don’t have 

to conduct clinical trials. Our 

focus is entirely on the real 

world of patients. Twenty years 

ago, when I started in the busi-

ness, it was possible for phar-

maceutical companies to pay 

health plans to do these evalua-

tions from the data. There was 

an interest in partnering to 

track what was going on and 

craft solutions.  Today, it is 

much more difficult to carve out 

that common ground.  And 

there are now so many more 

drugs and devices it’s hard to 

tease out the various effects.  

LOCKLEAR: There is a conun-

drum between innovative medi-

cines that provide valuable treat-

ment, often over the long-term, 

and traditional healthcare plans 

that are measured upon annual-

ized economic costs. 

There is growing interest in 

col laborat ions from many 

research, academic groups, and 

US health plan organizations to 

work together with drug manu-

facturers to provide access to 

innovations while managing 

the costs associated with spe-

cialty medications. These col-

laborations can provide valu-

able information, which can be 

shared as best practices. How-

ever, we see some hesitation 

from plan organizations to 

release such information, even 

when de-identified.  

CARTER: Payers are interested 

in arrangements that allow for 

replication of the results of a 

drug company’s clinical trials 

while being able to access real-

world data and experience as 

well. This can be helpful and 

frustrating at the same time.  

The obvious problem is jeopar-

dizing use of evidence that could 

be applied to approvals of addi-

tional indications.  

DILLEY: We had discussions 

with a closed system payer on 

joint field work and clinical 

testing, which we could spon-

sor on the condition that we 

rely on data drawn from its 

own EMR system. We must pay 

“Finding data sources 

relevant to solving a 

clinical problem is the 

hard part; labeling 

those sources 

correctly is the holy 

grail of healthcare provision.”
— BIMAL SHAH, PREMIER RESEARCH SERVICES
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for any coding and application 

deve lopment  requ i red to 

extract data from that system. 

If we want to use that data for 

a project with another payer, 

there are additional fees, as 

they would want us to set up 

something similar with their 

own data and thus we would 

need to recode everything 

again to deal with their own 

systems procedures. Hence, 

there is an interoperability 

issue with EMR systems that 

complicates trying to do any-

thing at scale. 

New regulations designed to 

encourage interoperability of 

data are gradually coming into 

force over the next few years. 

The changes will remove some 

of the barriers to scaling up 

projects by allowing greater 

participation. This, in turn, 

could make RWE projects more 

viable financially.  

NAUMAN: Payers should be 

most interested in RWE studies 

that compare the leading treat-

ments in a defined disease area, 

with the evidence establishing 

one of the studied therapies as 

the winner and setting the base 

for category reimbursement. Is 

it possible to engage a bio-

pharma company to participate 

in this kind of exercise?    

LOCKLEAR: This is possible. 

At EMD Serono, we are inter-

ested in collaborating with 

health plans to better under-

stand how effective our medi-

cines are in the real world, in 

patients with co-morbid  condi-

tions and concomitant medica-

tions—often with different 

patient characteristics than 

those included in pivotal clini-

cal trials utilized  for regula-

tory registration. 

The RWE studies we design 

are rigorous and provide insight 

into the effectiveness of products 

as the market becomes crowded 

with multiple medications treat-

ing similar diseases. Multiple 

organizations in the US assess or 

provide the tools to assess medi-

cations, including ASCO’s value 

framework, Memorial Sloan 

Kettering’s Drug Abacus, and 

the Institute for Clinical and 

Economic Review (ICER). It is 

important that the dialogue 

among organizations that con-

duct such reviews, as well as 

manufacturers and patient advo-

cates, stays active. 

DUNCAN: The closest you get 

to this concept is the UK National 

Institute for Health and Care 

Excellence (NICE). NICE and the 

government get to determine 

which products are the winners.   

DILLEY: The UK and Euro-

pean approach inspires you to 

look at patient outcomes and 

clinical trials in a different way. 

By forcing companies to con-

duct head-to-head trials, spon-

sors and participants will pay 

closer attention to where the 

advantage point is in each mar-

ket and how to structure end-

points to incorporate different 

subpopulations that might not 

currently be served by a par-

ticular medicine. There is less 

pressure to produce this kind 

of evidence in the US, which 

means resources can be used 

less efficiently as “me-too” 

drugs still find a niche.

Looney: Is the patient experience 

accommodated in the current 

approach to evidence genera-

tion? It would seem that RWE is 

superbly positioned to add this 

experience to the decision set on 

access and reimbursement. 

SHAH: It varies by therapy 

area. Patient-reported outcomes 

(PRO) is a validated tool incor-

porated in clinical trial studies 

to secure a label that widens the 

potential patient population. 

The problem is that PRO is not 

consistently applied and payers, 

in particular, are skeptical about 

its applicability against the gold 

standard of the clinical trial. 

DILLEY: Validation is at the 

heart of the debate on making 

evidence work for the patient. 

PRO and other validation mod-

els (wearables, for example) 

must confront the gold stan-

dard of the clinical trial. By 

that measure, each of these 

anecdotal, experience-driven 

tools—like the daily patient 

journal for cancer patients—

are likely to fall short.  We have 

had 50 years of process by 

which we define an outcome 

“Providers know the world they work 

in is changing, and that one of the 

most disruptive aspects is all the new 

technology they now must use to 

meet their practice’s obligations. It’s 

far from clear that they really know 

how to make sense of the data they collect.”
— TOM LANGAN, PRACTICE FUSION
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usually as an objective mea-

sure. You have to consider 

everything else against that 

underlying reality. How do we 

find a way to include PROs 

without 50 years of re-valida-

tion across disease categories?

Looney: Is the regulatory and 

reimbursement environment fit 

for purpose in addressing these 

problems and paving the way for 

acceptance of RWE? 

LOCKLEAR: The situation 

could be improved. FDA has 

expressed interest in RWE data, 

as such data has been utilized for 

decades to obtain evidence of the 

safety of FDA-approved medi-

cines. The effectiveness of such 

medicines, as realized by RWE, 

is what still requires hard work 

and perseverance. The reim-

bursement environment in the 

US is fragmented, with health-

care organizations conducting 

independent reviews and third-

party organizations such as 

ICER generating class reviews 

on its own, where open commu-

nications and collaborations 

could benefit.  

LANGAN: The FDA is more 

open today in working with 

biopharma companies—and 

the partners these companies 

work with—in understanding 

and applying new technologies 

to improve safety, the quality 

of evidence, and to foster two-

way communication.  

CARTER: I still see a discon-

nect between what the FDA does 

and the positioning of the Center 

for Medicare and Medicaid Ser-

vices (CMS) in respect to access 

and reimbursement. The discon-

nect expresses itself on the evi-

dence front, where we rarely 

know how much value the FDA 

attaches to certain data as well as 

the reflexive reaction to submis-

sions—asking for still more data. 

It doesn’t appear that the kind of 

evidence with the potential to 

change the treatment pathway 

and produce better outcomes in 

the future gets much of hearing.

Looney: What about the provider 

side? How are they accommodat-

ing to pressure to demonstrate 

value with evidence?    

SHAH: Providers are under-

going a major business model 

transition that will impact 

expectations about all forms of 

evidence and how it is used. 

The key trend is that providers 

are having to take on more risk, 

because they are establishing 

their own health plans to fuel 

the activities of much larger 

group practices. In the future, 

this means potentially thou-

sands of new payers will be 

entering the market. Their 

standard of evidence is going to 

be different than that of the 

larger commercial payers, the 

FDA and CMS. They are also 

going to generate more data 

internally and will want to 

leverage that toward proving 

outcomes as well. Smaller plan 

operat ions—those ranging 

from about 100,000 covered 

patients to a million—are also 

more integrated, so they are 

likely to take greater interest in 

incorporating the patient expe-

rience when deciding to pay for 

expensive medicines. I predict 

they will use comparators and 

formulary decisions to accumu-

late RWE at a faster pace than 

the biggest players.  

CARTER: Another character-

istic of provider consolidation is 

a greater willingness to pool 

their data with other sources in 

pursuit of decisions on value. 

These organizations realize the 

need to aggregate. A good exam-

ple of an “early adopter” in this 

space is work my company is 

doing with Highmark and the 

Allegheny Health Network. The 

two have created the VITAL Pro-

gram, which seeks to partner 

with cutting-edge tech compa-

nies to develop a RWE process 

that leads directly to a reim-

bursement decision. That’s the 

agreed endpoint; there is no 

other competing or extraneous 

objective to confuse things. It’s a 

nice slant on what you normally 

see from the evidence side.

Looney: Is the cascade of indus-

try interest in being “patient cen-

tric” leading to positive change in 

the level of acceptance of RWE? 

It’s a contradiction to embrace 

the patient while downplaying 

“Validation is at the heart 

of the debate on making 

evidence work for the 

patient. PRO and other 

validation models must 

confront the gold standard of the 

clinical trial.”
— CINDIE DILLEY, UCB 
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the utility and relevance of evi-

dence drawn from the clinical 

setting.  

LOCKLEAR: Patients are at 

the center of what we do every 

day. The patient voice is now 

accentuated and more accessi-

ble through the expansion of 

social media. Payers must 

regard the patient as a cus-

tomer, with high deductibles 

and co-pays impacting the deci-

sions patients and care-givers 

take on their health. How to 

integrate the patient voice 

without adding too much sub-

jectivity to the evidentiary pro-

cess is a challenge. 

DILLEY: The patient perspec-

tive is going to matter much 

more—because patients are 

learning all about technology. 

And technology is an empower-

ing force. The concept of the 

patient portal, as it evolves, will 

put the patient in a position to 

decide how to access and dis-

tribute information on his 

health status and condition, all 

with a simple “hit send” on the 

email. Apple’s health kit has the 

functionality to aggregate all 

this into large data sets, which, 

in turn, will give patient advo-

cates the power to not only 

demand and design a topical 

study, but even serve up the data 

from its own patients’ records. 

What is most exciting to me 

about this is the potential in 

connect ing data to create 

insights we don’t have today. I 

focus on predictive analytics 

The biggest flaw in this instru-

ment to date is that data silos 

mean our models do not have 

enough data—and that makes 

the difference between a tenta-

tive and a definitive outcome. 

SHAH: Even good data runs 

up against patient heterogene-

ity, a defining characteristic of 

the CVD area I practice in. The 

consultation notes I prepare 

after a visit for three individual 

heart failure patients or three 

individual atrial fibrillation 

patients are invariably very dif-

ferent. The ability to compile 

data even within this fairly 

defined cohort, in a manner 

where meaningful inferences 

can be identified, is limited.  

DILLEY: I’d point out that big 

data was originally intended to 

serve as a screen against the 

extraneous “noise” factor. 

Machine learning and artificial 

intelligence (AI) are designed to 

uncover patterns and relation-

ships that the data fails to reveal 

on its own in smaller numbers. 

Each of these tools is being 

applied extensively in every 

other sector—except healthcare. 

Instead, we are forced to make 

hypotheses based on hunches 

that rely on random, individual 

human expertise. 

It’s always challenging to 

persuade cl in ic ians to go 

beyond that and embrace these 

autonomous, new technology 

models structured to uncover 

all those underlying relation-

ships and pinpoint the common 

ground. If you cannot explain 

this process to clinicians in a 

way that confirms its accuracy, 

and avoids the “black box” 

connotation of AI, you will find 

that, to them, such data has no 

value. Their response is akin to 

throwing the baby out with the 

bath water. This continues to 

be the major barrier in applying 

RWE and big data to solve 

problems in healthcare.   

Looney: If the transition to these 

new tools is well underway in 

other sectors like consumer 

goods and financial services, why 

can’t the same evolution occur in 

healthcare? Is it the different risk 

profiles? Ingrained practice pat-

terns? The conservatism of pro-

fessional guilds?   

SHAH: Professional practice 

in healthcare has yet to catch up 

with the technology. Disease 

standards are complex. As a car-

diologist, I am aware of at least 

eight different definitions of a 

male or female having a heart 

attack. So how do you form a 

consensus on what is a heart 

attack, how are you going to 

define who is having one, and 

how are you going to report it?  

Much of the problem reverts 

to the stage this industry is at rel-

ative to other sectors. We did not 

have access to big data in health-

care until a little less than 10 

years ago. In finance, the transi-

“Value-based 

purchasing sounds good 

in theory, but, 

practically, what is going 

on here is allowing a 

third party like CMS to decide what 

value is for everyone else.” 
— IAN DUNCAN, SOCIETY OF ACTUARIES
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tion goes back to the 1980s and 

in consumer, the mid-1990s. I see 

a lot of this as a timing issue. Peo-

ple have to understand and adapt. 

LANGAN: We have already 

mentioned privacy issues and 

other elements of regulation that 

are largely unique to this indus-

try. Each institutional platform 

in healthcare is different and 

their capacity to employ data 

technology will vary, though the 

trend now is that everyone is 

moving from an on premise 

server-based system to cloud-

based technologies. There is con-

vergence, but the industry still 

has work to do.  

SHAH: Many businesses in 

healthcare operate on razor-

sharp margins. Investments in 

data are expensive and time con-

suming. We see a trend that 

boards of directors are asking 

management tough questions 

about the ROI on this spending; 

many CIOs are struggling to 

quantify it. If you have just spent 

half-a-billion dollars on these 

systems, that’s a tough position 

to be in. It’s no surprise that a 

sense of deceleration has taken 

root. 

DILLEY: Don’t forget the 

“adoption curve.” Technology is 

asking the physician to change; 

to behave and do their work dif-

ferently, less on being the sole 

decision-maker on therapeutic 

options for the patient and more 

focus on their bedside manner. 

Many physicians entered the 

profession because of the deci-

sion-making autonomy it pro-

vided, so sharing this role with 

non-human decision tools 

requires an adjustment. 

Looney: Overall, should we be 

optimistic that such barriers will 

be overcome to realize the prom-

ise of RWE? 

SHAH: We can be optimistic 

that systems interoperability 

will progress, if only due to 

pressures from the regulatory 

side.  There are still some issues 

affecting RWE on reconciling 

differences from one platform 

to another. Specifically, we need 

common data models and defi-

nitions around the type of infor-

mation these models collect.  

NAUMAN: I’d like to ask Ian 

Duncan if he has any reaction 

to this discussion among our 

industry colleagues about miss-

ing instruments and data gaps, 

given his earlier comment that 

payers have all the information 

they need to make informed 

choices about value.  

DUNCAN: My point is that 

through my experience at Wal-

g reens and a number of 

accountable care organiza-

tions, I can attest to our capac-

ity to track what’s going on in 

regard to terms of service, 

claims and payment. Of course 

we lacked the insights from 

original sources l ike PRO, 

which is still on the frontier for 

payers. 

The bottom line is value. 

Value-based purchasing as 

touted by CMS and others 

sounds good in theory, but. 

practically. what is going on 

here is allowing a third party 

like CMS to decide what value 

is for everyone else. PRO rep-

resents an alternative voice that 

potentially widens the circle of 

influence in making value judg-

ments. But it’s a fairly crude 

tool. And we continue to pay 

for products that many stake-

holders will value not as some-

thing first and foremost but as 

something third hand. What 

the payer wants is data that 

determines whether drug A ver-

sus drug B will yield a better 

outcome in specific areas and 

is thus worth being reimbursed. 

What payers worry about 

most today is obtaining the 

integrated sets of data capable 

of delivering that kind of result 

from research. Complete data 

from providers and industry 

clients is not only harder to 

obtain but is filled with gaps 

and discrepancies. HIPAA 

requirements remain a sore 

“I see a disconnect 

between what the FDA 

does and the positioning 

of CMS with respect to 

access and 

reimbursement. It doesn’t appear 

that evidence with the potential to 

change the treatment pathway and 

produce better outcomes in the 

future gets much of a hearing.” 
— KAI CARTER, HEARTFLOW INC.
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point and impediment to the 

private sector in disclosing 

their data to us.  

LANGAN:  Everyone—not just 

payers—wants access to inte-

grated data. The gaps in data 

remain daunting. It involves den-

sity or longitudinal issues; the 

reason for some data being 

inputted is not always clear on 

its face, and it’s often completely 

unstructured. Our clients are 

looking across multiple provid-

ers to help them integrate it. 

Another objective is finding ven-

dors with the kind of data that 

can help engage the patient. 

Looney: I’d like to ask those of 

you from big Pharma how you 

address internal issues within the 

organization relating to the appli-

cation of RWE through the devel-

opment, commercialization and 

post-marketing stages. How hard 

is it to do all the tasks that relate 

to achieving market access for 

your company’s medicines? 

LOCKLEAR: RWE is a topic 

that readily engages everyone 

in our industry. There is very 

strong support for the concept 

in that it ties us to interests of 

the patient in an actual clinical 

setting.  In fact, it is a contra-

diction to support the impor-

tance of good outcomes for 

patients while eschewing use of 

RWE, observational studies 

and other evidence sources 

beyond the gold standard of the 

clinical trial.  

The challenge is, again, a 

matter of definitions.  Our 

function is usually classified as 

health economics and out-

comes research (HEOR). Its 

sounds very academic. We are 

deeply engaged in areas rang-

ing from early-stage develop-

ment to medical affairs and 

reimbursement.  

Most of us working in this 

area see ourselves as innovators, 

even disruptors. As a “center of 

excellence,” we persuade col-

leagues to leave their comfort 

zones and recognize that 

patients, providers, payers, and 

other key stakeholders may 

choose to look at our products 

from a different lens. I am cer-

tain most of us in this work are 

inclined to support RWE earlier 

in the development stage, to 

actually identify those patient 

sub-populations best positioned 

to benefit from our therapies.  

LANGAN: Another positive is 

the awareness of more bio-

pharma CEOs that the value 

through evidence issue is strate-

gically important and requires 

their direct support.  CEOs are 

often the ones behind decisions 

by big Pharma to create innova-

tion incubators or a digital 

health task force. I am based in 

Silicon Valley. I am seeing more 

requests from these CEOs to 

come see us because of their 

concern about being victims of 

data-led disruption of the bio-

pharma business model. 

DIXIT: One of the actions we 

should take is to separate out 

the traditional HEOR function 

from the generation of RWE. 

The reason is that HEOR tends 

to narrow the scope of inquiry. 

By default, it forces you down 

a path in which there are two 

models that are so carefully 

framed that truly meaningful 

or unexpected insights are 

harder to obtain. RWE opens 

up the model and a l lows 

researchers to engage multiple 

stakeholders, which also has a 

beneficial impact on market 

access.  Strong data on an 

HEOR study is good, but out-

comes evidence alone is often 

not sufficient to ensure market 

access for the product. 

SHAH: Defining the protocol 

is the essential starting point 

for any form of evidence-based 

research. Doing it well requires 

educating people in their ver-

nacular so that they under-

stand what problem you are 

solving for and how the data 

will help to accomplish that.  

LOCKLEAR: It’s also true that 

HEOR as a function tends to 

stick in people’s minds—inter-

nally, there is a presumed 

notion of what HEOR is sup-

posed to do. Regardless of 

where it sits, there is value in 

distinguishing between RWE 

“It is a contradiction to 

support the importance of 

good outcomes for 

patients while eschewing 

use of RWE, observational 

studies and other evidence sources 

beyond the gold standard of the 

clinical trial.” 
— JULIE LOCKLEAR, EMD SERONO
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and the conventional pathways 

of HEOR research. There are 

interrelationships between the 

two, but also key differences, 

and its worthwhile to articulate 

these distinguishing character-

istics with colleagues inside the 

organization.     

DIXIT: It’s drilled in peoples’ 

minds that HEOR always 

comes after FDA approval. 

That means it is a challenge to 

get development teams to 

accept input from HEOR input 

at the critical phase III stage 

toward registration. 

Looney: As part of an action 

reform agenda, what would you 

recommend as the one internal 

priority or change that would 

enhance prospects for the take-

up of RWE? Alternatively, what 

would you suggest as a key prior-

ity change on the policy or regu-

latory front to obtain the same 

objective?    

LOCKLEAR: On the policy 

front, the industry has a num-

ber of groups—PhRMA, BIO 

and NEHI come to mind—pro-

viding recommendations to the 

FDA on expanding the range of 

evidence to inform the registra-

tion and post-approval process 

on drugs and devices. There are 

some common themes, but also 

differences.  

On internal process, I would 

advocate the crucial connection 

that the CEO must make in 

raising the profile of RWE. We 

need ultimate buy-in from the 

very top of the organization, 

including recognit ion that 

HEOR and RWE are mission-

critical functions.  

DIXIT: I point to three inter-

related steps that would make our 

compliance with policy and regu-

lation easier. The first is greater 

acceptance by the FDA and pay-

ers on pragmatic approaches to 

evidence, including acceptance of 

observational data and patient-

reported outcomes in clinical tri-

als. Companies should be encour-

aged to submit such evidence, not 

just tolerate it. This will ensure 

the RWE perspective is consid-

ered during the drug approval 

process.   

The second is a stronger tie-

in between regulation and its 

end-purpose. Creating a struc-

ture that would show what reg-
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ulators and payers actually do 

with RWE is an example.  

The third is an extension of 

my second priority, but focused 

on creating a defined framework 

for PRO evidence. For example, 

there is very little clarity about 

how to insert the “patient voice” 

into the FDA decision on a new 

product label. We need more 

granularity on this if the health-

care system is to achieve the goal 

of being patient centric. Right 

now, there is little incentive for 

a biopharma company to invest 

in PRO because the FDA guid-

ance is so opaque. 

CARTER: We need a stronger 

consensus on defining value in 

the healthcare system. How is 

the data we generate used to 

shape decisions across a very 

diverse payer and reimbursement 

landscape? No answer has yet 

emerged on that. A first step in 

that direction depends on us 

working with other stakeholders 

in a systematic way, all along the 

full product life cycle. Consulta-

tion with stakeholders should 

not start and end at any one par-

ticular point, as tends to be the 

case today.

LANGAN: Regulatory policies 

that unleash the potential of that 

big data in realizing the promise 

of personalized medicine should 

be a priority, because this is 

where the future of medicine lies 

– in integrated data sets.   

 

Looney: How do your venture 

capital colleagues in Silicon Val-

ley see the trends—where is the 

VC community staking its claim?  

LANGAN: The Valley is heav-

ily focused on the measurement 

of value and outcomes. CEOs 

and  executive  sponsors of the 

events I attend are asking ques-

tions about how ready the P&R 

world is for RWE and the shift 

to value—and is your company 

gearing up for it too? How can 

you apply technology to improve 

the relevance and accuracy of 

data and use it to sow disrup-

tion in the biopharma business 

model? That’s another pregnant 

question. RWE is a sub-text in 

this conversation. Instead, the 

interest is in finding companies 

that have the mettle to be dis-

ruptive in a healthcare system 

that has to change. 

DUNCAN: Silicon Valley is 

interested in anyone who can 

speak and interpret the language 

of the payer. This community 

knows that if you can’t convince 

the payer to get on board, you 

don’t have a business. 

DILLEY: UCB has a different 

internal perspective on big data. 

We start by treating all the 

information we generate as an 

enterprise asset. We have prior-

itized big data as a key compo-

nent of our 10-year strategic 

plan.  This means our focus is 

not referencing data as a func-

tional tool designed solely to 

convince payers that our drug is 

valuable. Instead, we look at 

data as a strategic driver of the 

customer relationship, helping 

us to define our patients and 

explain how they actually 

respond to our drugs. Little is 

known about that patient 

response; if our data can tell us 

something about that, it gives 

us a competitive edge. We see 

data as an aid to patient strati-

fication, from clinical trials all 

the way through to post-mar-

keting surveillance.  

The point is we don’t place 

our emphasis on using informa-

tion just to get to reimburse-

ment. We think if we provide 

value for patients, through 

sophisticated patient stratifica-

tion informing everything we do, 

then reimbursement should fol-

low. We’d like to see other com-

panies adopt this same approach. 

And we have been proactive 

about data transparency. 

On the policy front, I would 

like to see an industry-wide 

stance on data sharing. I am a 

big believer in the merits of 

data aggregation in solving the 

information problem in health-

care. To do that, we have to 

come forward as a group and 

declare to data providers that 

unless they provide us access to 

data that allows us to integrate 

it with other data, relevant to 

our need to produce outcomes, 

we will not purchase any data 

from them. Some companies 

have taken a partial step in this 

direction. The rest of the indus-

try has to move on this as well, 

because if we can’t obtain data 

that responds to payer expecta-

tions of our products, or the 

evidence of value, how else do 

we make the case for access?

 

Looney: Looking ahead to 2020, 

will we still be talking about the 

same themes we have been rais-

ing today? 

SHAH: I am cautiously confi-

dent we will be having a differ-

ent conversation. It won’t focus 

on data integration, or data 

strength, or data silos. Instead, 

we will be examining the merits 

of the next stage, such as how 

better to collect the data we 

need for insights. Is it struc-

tured around a common agreed 

format? How can we exploit 

advances in technology that give 

us better analytics and deeper 

insights on what the numbers 

are telling us? The technology 

is ready. The question is whether 

the human aspects of organiza-

tion and deployment will be up 

to the task. 

WILLIAM LOONEY is 

Pharm Exec’s 

Editor-in-Chief. He 

can be reached at 

william.looney@ubm.

com
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The role of the biopharma chief financial officer is ever-evolving. “Jack 
of all, master of none”—indicating the familiarity across a spectrum of 
scientific and financial disciplines—doesn’t cut it. Mastery of far more 
than the company’s balance sheet is a necessity.

By Casey McDonald

T
he picture of an executive spending day 

and night pouring over a ledger and 

going cross-eyed staring at columns and 

charts doesn’t rightly portray today’s life 

sciences chief financial officer (CFO). Sure, keep-

ing up with the bills and financial disclosures 

while managing a firm’s financial risk remain pri-

mary functions, but CFOs have matured with the 

industry. 

Increasingly, the CFO must take on the role of 

a full partner and advisor to the CEO. Their 

responsibilities, both inward and outward facing, 

are greater than ever in a business that seems to 

multiply complexity.

The role today requires greater technical know-

how to be ready for markets that move at the speed 

of automated buying, as they navigate financial mar-

kets and volatility that can be downright frighten-

ing. The zeitgeist can be dominated by politicians 

tweeting with hashtags like #DrugPricing and #Evil-

BigPharma, and while CFOs might not have much 

of a hand in the dialogue, they must do their best 

to weather the storm while modeling long-term 

potentialities of overarching trends. 

While some threats are real, and some may be 

imagined, the possibility of industry upheaval can’t 

be ignored. The CFO must be vigilant and calculat-

ing, where the CEO is usually optimistic in their 

outlook.

The Rise of the CFO Strategist 
Balancing Numbers and Know-how

http://WWW.PHARMEXEC.COM/
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As our chief editor wrote in 

his op-ed in the September issue 

of Pharm Exec, the CFO skill-

set must now combat a trou-

bling macroeconomic land-

scape into planning by means 

of a “proactive assessment of 

currency, economic and tax 

trends.” John Cavan, CFO of 

ContraVir Pharmaceuticals, 

echoes this sentiment, noting 

that “risk management has 

gone from being about crisis 

management, and dealing with 

negative impacts from bad data, 

or something like Brexit catch-

ing you by surprise, to being 

more forward-looking—having 

a plan for different potential 

outcomes and events.”

Facing the street

This growth of the CFO’s role 

is not specific to the life sci-

ences, though the technical and 

innovative nature of the indus-

try, along with the additional 

layer of regulatory burden, 

makes the requirements that 

much more challenging. McK-

insey & Company has reported 

the position’s functional expan-

sion from “core responsibilities 

of financial reporting, audit 

and compliance, planning, 

treasury, and capital structure” 

to more and more tasks, includ-

ing portfolio management, 

with many CFOs taking prom-

inent voices in investor rela-

tions and in communications to 

the board.

Where CFOs have tradition-

ally been responsible for the 

record books, they now need to 

synthesize this story more 

broadly, understand the tech-

nology and present it to the 

greater community. More than 

ever, the biopharma CFO needs 

to possess the skills to commu-

nicate their company’s story to 

Wall Street, notes Les Funtley-

der, portfolio manager at E 

Squared and an adjunct profes-

sor at Columbia Business 

School, lecturing on the topic 

of asset a l locat ion in the 

healthcare space. Possessing 

the skills to communicate the 

story to the capital markets is 

key, while having the ability to 

properly value licensing deals 

and/or acquisitions.

On the biotech side, the 

CFO can often be the de facto 

CEO when cash runs low, 

Funtleyder, a member of Pharm 

Exec ’s Editor ia l Advisory 

Board, explains. “We’re seeing 

this happen a lot, so decisions 

around raising money, mini-

mizing or preventing dilution 

and partnerships, involve sig-

nificant input from the CFO.” 

As a result, biotech firms are 

seeing a greater number of Wall 

Street veterans taking top posi-

tions. Whereas these financial 

gurus may enter big pharma in 

lower operational roles and 

ascend the chain, in biotech, 

they’re likely to take the CFO 

seat more directly because 

these companies are smaller, 

Funtleyder adds. 

“As a public company, we’re 

always for sale,” says Greg 

Gould, CFO of Aytu BioSci-

ence Inc. “You need to be able 

to tell the story, ranging from 

the sophisticated science to the 

product and sales details, while 

still being able to sign off on 

the Ks and Qs.” And for a small 

biotech like Aytu, experience 

with exotic financings might be 

required.

For many CFOs, a blended 

financial background is highly 

sought after. Many companies 

take nontraditional corporate 

paths such as reverse mergers, 

or encounter hiccups along 

their clinical developmental 

pathways, so it’s important 

that a biotech CFO can talk to 

the banker, then switch gears 

and get on the phone with the 

accountant who can negotiate 

atypical financial maneuvers, 

Cavan explains.

Being on top of the figures 

and deadl ines is a major 

responsibility, as the CFO is 

generally responsible for main-

taining the company’s stock 

value and creating value for 

shareholders. In addit ion, 

being on top of projections, 

like a Phase III clinical trial 

deadline, for example, has 

implications for shareholders 

and patients. A three-month 

delay for a trial could mean bil-

lions lost in revenue down the 

FAST FOCUS

»The role of the CFO in biopharma and other industries has evolved beyond mainly directing 
disciplines in areas such as financial reporting, audit and compliance, and capital structure to 
now including tasks involving portfolio management and investor relations. Understanding new 
technologies and having the skills to communicate a company’s broader story to today’s more 
educated investment professional is critical to the job.    

» CFOs, particularly those with smaller biotech companies, are increasingly functioning as 
strategic advisors to the CEO and board of directors, with the effective ones providing input on 
important pre-commercial decisions such as clinical trial go/no-go determinations.   

» Biotech CFOs are typically more involved in fundraising, while CFOs of big pharmas, for 
example, are expanding into more of an operational role with capital allocation decisions 
that require calculations around returns. However, the business line between the sectors has 
blurred, as both sides are increasingly overlapping similar markets and fields of study. 
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line, but it’s also a time in 

which patients can’t access 

your drug. The CFO is think-

ing about the patients and their 

company’s bottom line, as they 

stay disciplined in their met-

rics—and do what’s in their 

power to put forward realistic 

and aggressive deadlines, and 

stick to them.

A key issue for CFOs is stock 

volatility in the healthcare 

space, where it’s 56% greater 

than in other sectors, according 

to Brian Hagerty, senior direc-

tor and head of healthcare cap-

ital markets for NYSE. “Con-

sidering the binary nature of 

news flows, you face a variety 

of groups on either end of the 

deal, be they investing in the 

growth of your company, or 

attempting to make gains by 

shorting your stock,” says 

Hagerty. “It can be important 

from early on that CFOs are 

well-equipped, and that they 

staff-up, with strong internal 

investor relations teams, or by 

bringing on solid outside firms 

for these services.”

The CFO is always talking 

to company investors, notes 

Buck Phillips, who holds the 

position at Novavax. The clin-

ical-stage vaccine maker expe-

rienced a precipitous fall in Sep-

tember, as the Phase III Resolve 

trial for its RSV F Vaccine in 

older adults did not meet pre-

specified efficacy objectives, 

causing the stock to tumble 

from $8.34 to just $1.40. 

“Controlling the disclosures 

is key, and we do a lot of work 

to be sure our’s is managed 

from investor meetings down 

to statements,” says Phillips. 

“The CFO’s primary role is 

managing the company’s finan-

cial risk, but one has to be flex-

ible. Mother nature doesn’t 

play along, so you face a con-

stantly moving target.” 

Novavax intends to further 

investigate the trial data and 

will update on additional stud-

ies, likely this month, the com-

pany states.

When an organization goes 

to the investor community, 

they often face a tough crowd, 

says Hagerty. More than ever, 

the investment professional in 

the audience is a highly edu-

cated, technically savvy indi-

vidual with an MD or PhD or 

both on their resume. CFOs 

communicating the business, 

therefore, are facing tougher 

questions. It’s important that 

the investment community 

clearly understands a com-

pany—tight, crisp and accurate 

messaging is a must, Hagerty 

adds. “These companies’ sto-

ries are complicated. In the life 

sciences, you’re not managing 

widgets.”

“One of the worst things a 

company can do in giving its 

pitch to Wall Street is to get out 

ahead of their skis and wind up 

regretting it later,” says Hagerty. 

CEOs are usually quite optimis-

tic, as one of the roles of being a 

true partner, and having a good 

fit to a CEO; the CFO needs to 

join the conversation with a real 

handle on risk and likelihood of 

success, notes Gould.

Looking inward 

In June, The Economist warned 

against “the imperial CFO,” 

envisioning the powerful execu-

tives using the dark side to reign 

down on every corner of the 

organization. Influenced by the 

shareholder value movement 

and the fact that the financial 

crisis focused more attention on 

CFOs, these individuals are 

wielding the force—in this 

case, big data and computing 

power at their fingertips—to do 

their bidding. CFOs are now 

dropping in on “whomever, 

whenever,” the magazine fore-

boded.

“You’ve got to keep a finger 

on the pulse internally and 

externally, from your clinical 

and manufacturing teams, to 

those in the community,” says 

Cavan. And you can’t ignore 

the details. Biopharma employ-

ees are high tech and high sala-

ried. So every day an employee 

walks in the door and turns on 

the light to start their day, the 

costs can be significant. 

Getting things done faster 

and cheaper is always top of 

“Risk management has gone from 

being about crisis management, and 

dealing with negative impacts from 

bad data, or something like Brexit 

catching you by surprise, to being 

more forward looking—having a plan 

for different potential outcomes and 

events.”
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mind. But handling the day-to-

day finances is just one aspect 

of the CFO’s internal angle. 

What’s changing is that the 

CFO is taking a greater role in 

overal l corporate strategy, 

increasingly functioning as 

strategic advisor to the CEO 

and board of directors in deter-

mining the best way for the 

company to grow.

“I’ve seen a lot of changes 

over the last decade involving 

the CFO’s role in strategic deci-

sions,” says James Dentzer, 

CFO of Curis, a biotech. Which 

program the company will be 

investigating in, how the com-

pany will be allocating its dol-

lars—the “go/no-go” deci-

sions—all require input, and 

the more effective CFOs get 

into this decision process. For 

many CFOs, the strategic advi-

sory role has become the most 

stimulating part of the posi-

t ion, bringing them to the 

negotiation table to offer an 

assessment of what the value of 

an asset might be in “our hands 

or in someone else’s.”

But growth can be a tricky 

thing. Small companies adding 

assets can suffer from indiges-

tion as much as starvation, so a 

strategy for bringing products 

on in a layered fashion while 

maintaining an overarching 

outlook for the firm is a must.

As in other industries, the 

role has matured in biotech as 

the industry itself has evolved. 

From Dentzer’s experience in an 

adjacent industry while work-

ing at Dupont, and in more 

mature industries like chemical 

and manufacturing, finance 

people add a great deal to a 

company’s overall approach as 

they make decisions around 

resource allocation and profit 

management. 

During Dentzer’s entry to 

the industry at Biogen, it was 

becoming the norm for success-

ful biotechs to raid these indus-

tries where finance people were 

groomed to have more substan-

tial roles. 

Whereas biotech CFOs may 

be more involved in fundrais-

ing, pharma CFOs are expand-

ing into more of an operational 

role, with capital allocation 

decisions that require calcula-

tions around returns, says Funt-

leyder. Their modeling efforts 

feed into the overarching ques-

tions hounding many in the 

industry—of make vs. buy.

Across the l ife sciences, 

many struggle to define the dif-

ference between a biotech and 

pharma. Big vs. small became 

defining factors in a business 

where pharmas make and sell 

biologics, biotechs make and 

sell small molecules and both 

play in the generics and/or 

biosimilars space. For some, 

the new line is simply those 

with revenues and the rest hop-

ing to get there. Thus, in some 

ways, the balance sheet is one 

place where the biotech /

pharma line still exists. 

CFOs for the two categories 

of companies may have tradi-

t ionally managed different 

types of companies, and had 

different roles. And for a com-

pany hoping to transition from 

development to clinical, the 

CFO might have to undergo the 

metamorphosis with it. Because 

biopharma is lived in discovery 

stages, the CFO must change 

with it.

Is it too much to expect lone 

CFOs to master all these roles? 

Certainly many companies go 

through changes at the top 

when they maturate along pre-

clinical, clinical and commer-

cial phases. Many executives 

are hired for their experience 

in specific scientific stages, or 

for prowess in fundraising or 

unique financial circumstances 

and maneuvers; bringing a 

commercial stage-ready CFO 

to a company that has attained 

that level is not uncommon.

Ernst & Young and other 

business organization analysts 

have reservations about the 

increasing role that CFOs are 

taking. Is it too much for one 

man or woman? Should the tra-

ditional role of the finance guru 

be more ingrained in the title? In 

ruling over a vast array of met-

rics, one has more analytic tools 

than ever to perform the data side 

of the job. But with this comes 

the power to manipulate num-

bers and even misrepresent them. 

The biopharma industry will 

continue to add complexity, 

which could make it ripe for 

certain detrimental practices. 

Once given, it could be a chal-

lenge to wrestle power and 

influence away. 

CASEY MCDONALD 

is Pharm Exec’s 

Senior Editor. He can 

be reached at casey.

mcdonald@ubm.com 

“You need to be able to tell the story, 

ranging from the sophisticated 

science to the product and sales 

details, while still being able to sign off 

on the Ks and Qs.”
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H
ealthcare today is all about im-

parting a sense of urgency to the 

delivery of vital patient services. 

“The patient is waiting” has become 

the favored mantra of stakeholders, 

from the regulator to drug manufac-

turers, providers and, yes, patients. 

What was once a short-stroll jour-

ney to treatment has instead become 

an endurance marathon, with many 

points of friction confronting the pa-

tient each step of the way. 

Easing that path, through multi-

billion dollar investments in technol-

ogy and human capital, has become a 

strategic imperative for biopharma as 

it confronts a slowdown in the uptake 

of new innovative therapies. Innova-

tion to bolster access, treatment and 

compliance also promises to unlock a 

much higher level of patient engage-

ment in therapy —a key factor in im-

proving health outcomes and lowering 

pharmacy treatment costs. 

Solutions to enhance the patient 

experience were the theme of two re-

cent events—Patient Journey Map-

ping: From Diagnosis to Treatment; 

and Reimbursement Access 2016—

hosted in August by Pharm Exec’s sis-

ter conferencing unit, CBI. Keynoter 

at both meetings was United Bio-

Source Corporation (UBC), a leading 

provider of pharmaceutical support 

services in partnership with its parent 

company, Express Scripts, itself re-

sponsible for the safe processing and 

use of one out of every four prescrip-

tions in the US. 

The joined conferences showcased 

UBC’s unique approach to giving pa-

tients a fresh treatment experience, 

one that is seamlessly connected but 

also highly personalized. The scale 

and reach offered by Express Scripts 

allows UBC to present to its pharma-

ceutical customers a competitively dif-

ferentiated set of capabilities that un-

lock a faster path to therapy and are 

prized by patients and their physicians. 

These include sophisticated technology 

tools that connect parties and auto-

mate the data-intensive front-end of 

patient access services delivery. Cou-

pled with proactive case management 

and adherence tools that rely heavily 

on direct human interventions, this 

suite of services has become what the 

company calls compassionate care. 

“We call it our fusion strategy: be-

tween the hard side of data retrieval 

and processing and the soft side of lis-

tening and helping patients—a combi-

nation of high tech and high touch,” 

UBC presenter Ron Lacy, Senior Direc-

tor, Healthcare Analytics & Technol-

ogy, told the CBI attendees. Buttressed 

by the deep learning data pockets of 

Express Scripts, it allows UBC to push 

beyond the standard fare of a patient’s 

eligibility and benefit structure, from 

enrollment through script fill, to create 

for manufacturers richly contextual in-

sights on patient behaviors in respond-

ing to medicines in the clinical setting. 

It enables real answers to customers’ 

Wisdom for  
the Journey
In patient support programs, success — and 
your ROI — rests on making that vital connection 
between technology and the human touch.
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tough questions: how are patients re-

sponding to our medicines? Where are 

the pain points? What’s the ROI? 

It’s all measurable for the customer, 

because UBC is unwavering in its mis-

sion to keep the time between drug 

referral and receipt as short as possible. 

What’s novel is the strong emphasis on 

user engagement by tracking the needs 

and motivations of every patient who 

moves through the prescription chain. 

“UBC’s patient profiles are the most 

extensive in the business,” says Lacy. 

To ensure the relevance of its pro-

gramming and fulfill that superior pa-

tient experience, UBC has mapped out 

a pathway of care consisting of four 

connected steps. These are: 

Awareness. UBC leverages multivariate 

analytical solutions like the Health-

Verity™ Market Place to scan medical 

claims and other data to define a con-

dition, predict which patients are most 

likely to benefit from specialized sup-

port services and then match patients 

to the appropriate service. One chal-

lenge UBC is currently addressing: as 

physician reliance on e-prescribing ex-

pands, industry must come to agree-

ment on a standard allowing such 

data to facilitate enrollment in these 

programs. UBC intends to help forge 

that consensus. 

Access. Rapid analytics are critical to 

solving for the rising patient out-of-

pocket costs, which are expressed in 

higher rates of prescription abandon-

ment—50 percent of patients whose 

drug costs exceed $2,000 per year 

never initiate their first refill. UBC has 

developed tools to track timing, deliv-

ery and use performance at each step 

of accessing a medicine. It has pro-

gressed benefit eligibility from days 

to minutes through such measures as 

moving prior authorization (PA) ap-

provals from paper-based to e-digital 

formats—27 percent of all PAs at Ex-

press Scripts are now ePA, up from 

only eight percent last year. 

Initiation. This is the stage where pro-

vider/patient training and coaching— 

on both a virtual and human-touch 

basis—really counts. UBC is also ap-

plying multiple platform channels, in-

cluding mobile, to make fill reminders 

and other persistency messaging more 

accessible. Keeping the patient com-

pliant with therapy is the goal; a pre-

condition for that is using advanced 

predictive analytics to fix baselines 

in measuring performance improve-

ments for each service category.

Engagement. This is the ultimate pre-

ferred end-stage of every patient jour-

ney. The objective here is to involve 

the patient directly as his/her own-

advocate. What UBC calls the “con-

nected health app” is a key program 

feature, using mobile, video and other 

communication platforms to raise the 

quantity—and quality—of contacts 

between patients, providers and the 

care-giver.

The second UBC keynote presenta-

tion was a simple clarion call to change 

the current support services mix for 

patients living with disease. According 

to UBC presenter Roy Hall, Senior Di-

rector, Commercial Product & Service 

Development, years of evidence from 

UBC patient profiling shows that every 

individual experiences their disease 

differently. “We have to transition 

from a population-based ‘one-size-fits-

all’ approach to something more per-

sonalized—because that’s where the 

practice of medicine is going.” 

Surprisingly, before an audience 

grounded in the logistical certainties of 

big data, Hall argued for tying patient 

support closer to the human equation, 

noting that there is more engagement 

when program personnel work with 

patients on the basis of three emotive 

characteristics: conviction, expressed 

through knowledge, confidence and 

certainty about a patient’s illness and 

prognosis; compassion, the capacity to 

understand and relate to patient needs, 

on a personal level; and empathy, the 

pretext for which is trust between that 

service provider and the patient. His 

presentation posed five questions as a 

benchmark for measuring the success 

of your patient service model, of which 

the first—am I creating trust with pa-

tients and prescribers?—and last—do 

my programs have the right mix of 

technology and compassionate care?—

were deemed critical to the “high 

touch” narrative. 

Hall told the CBI delegates that 

while technology can help inform the 

relationship with patients, results still 

depend on the human touch—an in-

tangible that you can’t automate. An-

other UBC presenter, Justin Gambill, 

Program Manager, summed up the 

session with a story of how UBC staff 

took unscripted, extraordinary mea-

sures to ensure one of its youngest 

prescription support patients was able 

to continue treatment with a rare dis-

ease drug while his family was on ex-

tended leave in India, investing hun-

dreds of program staf f-hours to 

replicate the supply chain infrastruc-

ture required for safe treatment with 

this life-saving drug. 

“To UBC, this case was not an ac-

cess or reimbursement issue,” said 

Gambill. “What about when life just 

happens? We answered that question 

by deciding to step in, because in our 

view a strong patient support culture 

always has to stretch the boundaries of 

what’s feasible. It may be just an anec-

dote to you, but for us it’s a great way 

to measure the impact of what we do.”

Next page: Q&A with UBC’s Strategy Head

“A strong patient support culture always has 

to stretch the boundaries of what’s feasible.”
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High Tech Paves the Way for High Touch
Insights from Brett Huselton, VP, Commercial Strategy & Opportunity Development

A
s a follow-up to UBC’s keynoters at the two CBI con-

ferences on the current state of play in pharmaceuti-

cal support services, Pharm Exec spoke with the com-

pany’s top executive for commercial strategy, Brett Huselton. 

Huselton, a Vice-President with a previous background in 

CRO management as well as cognitive psychology, leads a 

diverse team of professionals responsible for delivering stra-

tegic insights to UBC clients on patient support programs, 

from design to execution. Here are some excerpts from that 

conversation:

PE: How do you characterize the current state of the patient 

journey in healthcare? Specifically, what is the company doing 

to advance its value differential against the competition?

Huselton: Healthcare is a world of daunting complexity in which 

there is no straightforward path to mark the patient journey. 

The patient experience is consistently inconsistent. The best 

way to change this is fostering awareness among the healthcare 

provider (HCP), the first line of contact with the patient, about 

the services available to support the recommended course of 

treatment. The HCP often doesn’t know that we contract with 

drug manufacturers to ensure clinical recommendations are 

executed seamlessly, at every step of that patient journey.

Embedded in the process are numerous points of friction—

from referral to diagnosis all the way to the dispensing. It 

begins with the interaction between patient and the HCP at 

the point of care, which often concludes with the patient not 

fully understanding what’s expected, then spirals into outright 

unawareness of financial and cost-sharing responsibilities.

Helping patients navigate this thicket of rules demands 

extensive follow-up that can take days, even weeks to resolve. 

Many patients simply give up, contributing to progressively 

higher rates of script abandonment—and why not? A typical 

physician visit today offers the patient little or no background 

on the prescription, side-effects, or out-of-pocket costs. In 

addition, many drugs are for chronic conditions that require 

a lifestyle change from the patient to stay on therapy. 

What makes UBC’s service offering to manufacturers dis-

tinctive is we address these friction points comprehensively, 

from two angles. The first covers the clinical side. This entails 

working with the manufacturer and HCPs to design and 

implement Hub-directed service links to promote disease 

awareness and track adherence to therapy. The second fo-

cuses on patient access through individualized case manage-

ment to overcome drug utilization barriers as well as obtain 

eligibility for financial assistance. Binding the two service 

components is UBC’s high-tech commitment to automating 

these steps wherever improved efficiency dictates, while re-

taining a high-touch human approach. We know that com-

passionate care from trained support personnel fosters brand 

loyalty and actionable insights from the patient response to 

new drugs.

I’d also emphasize that we support the patient journey as 

a continuum of services, from start to finish. If you approach 

the journey as a series of disconnected episodes of care, you 

are not solving for the worst aspects of the healthcare system; 

you are perpetuating it.

PE: What examples can you cite that demonstrate how the UBC 

service mix delivers an enhanced patient experience, better out-

comes and lower costs of treatment?

Huselton: UBC has fully embraced the potential of automation, 

where we have a particular strategic advantage due to the size, 

scale and reach of our parent company, Express Scripts, the 

leader in pharmacy benefit management, presently ranked 

22nd on the Fortune 500 list. This gives UBC an advantage 

in addressing the health sector’s hugely inefficient reliance on 

paper as the principal medium of information exchange. In 

medicine, we still rely on the fax, a 1970s technology.

Progress is particularly notable in the processing of real-

time benefits coverage detail, not just eligibility. Having a 

deep understanding of the patient’s drug benefit, whether it’s 

active or not, and the specific conditions of coverage is the 

holy grail for all drug service providers today. Manufacturers 

prize access to and learnings from these data above all others. 

This is the number one way to address the market’s insatiable 

thirst for appropriate access and speed to therapy. UBC’s 

relationship with Express Scripts, whose benefit and claims 

files cover nearly a quarter of the US insured population, 

Brett Huselton
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gives us unrivaled access to this data, which gives rapid in-

sights into a patient’s coverage, fi nancial responsibilities and 

access to a therapy. We take multiple phone calls and time 

out of the traditional workfl ow by consuming the informa-

tion and making it available in real time through an HCP’s 

workfl ow, or internally to one of our patient support Hubs. 

We have the capacity to link directly into the practice work-

fl ow of physicians, pharmacists and other HCPs at the most 

critical interaction in healthcare—the actual point of care. 

Providers get the information they require much more rap-

idly, while patients have convenient online access to the Hubs 

and portals that UBC manages to support their prescription 

pathway and deliver a wide range of adherence solutions. 

Automation is continuously improving our time to re-

spond. We are reducing delays caused by missing information. 

More important, the improved accuracy and accessibility of 

data gives us and the clients using our Hub service the op-

portunity to glean trends in utilization and patient response 

right after a new product is launched. We can easily see in 

the fi rst quarter after a drug enters the market just where 

prescribers are moving patients, what the obstacles to uptake 

are, and the most common errors and missing information 

that drive delays in Hub enrollments.

Ultimately, UBC aims to secure full patient engagement in 

the administration of care. We give the manufacturer the 

fullest possible profi le of the patient. Automation of front-end 

services is critical, but, in our view, that has to be supple-

mented with a deeper awareness of the human dynamics. By 

that we mean care coupled with the compassion that stems 

from active case management, led by trained support person-

nel serving as navigator of the patient journey through the 

health system. We combine the data we collect through au-

tomation with direct fi eld-based observation to help manu-

facturers address questions relevant to their ROI calculations, 

such as “are we a good steward to the patients we serve? Is 

the return on spend per referral worth it? How do we know 

and why should we know?” 

PE: Do you have evidence that this integrative approach to the 

patient experience yields a benefi t in the form of increased en-

gagement of patients in achieving better outcomes?

Huselton: Yes. UBC programs are highly fl exible and allow for 

a wide range of contacts among our service points. With data, 

we can assess and evaluate the impact of these contacts. What 

we fi nd for our clients is that when patients are active in a 

high-touch patient support program, they stay on therapy lon-

ger. We looked at this recently in a chronic lymphocytic leu-

kemia population, which experienced a 21 percent increase in 

adherence. For a cohort whose endpoint is survival, that’s a 

meaningful ROI. Another aspect of engagement is overcoming 

the prior authorization (PA) hurdle. When we applied UBC’s 

automated adjudication technology to cut the time for a PA 

on a $70,000 specialty drug, from 17 days to less than one 

minute, we found that patients initiated therapy and stayed 

on course much longer. In the previous “paper chase” mode, 

abandonment or cancellation of the prescription increased by 

40 percent every day past the seventh day. Those numbers are a 

game changer for pharma, because the hurdles that payers are 

introducing to limit access are only getting higher. So if we can 

speed up the process even one day sooner, then 40 percent of 

the scripts would have followed through to dispensing—and 

ultimately to the manufacturer’s P&L. 

PE: What do you see as the future state of the patient journey? 

Where are the key opportunity areas? What is UBC doing to 

prepare for alternative futures, in terms of its service mix?

Huselton: The future is all about realizing the value equation—

fi nding the appropriate balance between cost and outcomes. 

Insights derived from ubiquitous information will be necessary 

to make the case for value, based on what prescribers want, 

how they make treatment decisions, and the patient response 

to drug therapies. Service providers will be expected to ask 

the right questions and provide answers, even when the data 

alone offers nothing obvious. UBC’s future in an increasingly 

knowledge-based industry depends on our continuing to lead 

this transition.

In this new world, we believe competitive differentiation 

is going to depend on addressing the “soft side” of care, in-

cluding the larger strategic insights that come from helping 

and observing patients in the active clinical setting. To do 

that, our technologies need to follow the patient. We must be 

omnipresent, engaging the patient on multiple channel plat-

forms ranging from the cell phone to the call center; from 

physical, fi eld-based Hub infrastructure to distance learning 

telemedicine; even to the patient’s own home, utilizing user-

friendly communications tools as well as engaging nurses and 

pharmacists. Human stewardship is the vital connective, and 

UBC is adapting its staff recruitment to build service teams 

that combine “soft side” skills with knowledge of the eco-

nomics of healthcare provision and fi nancing. 

UBC will make these investments, because if we treat pa-

tients well, the market will reward our drug inventors and 

manufacturers with that most precious of commodities, 

brand loyalty.

http://www.ubc.com/
http://WWW.PHARMEXEC.COM/
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The latest price rules revision is both radical and rare by the 
government’s usual exhaustive standards. What do the new rules 
mean for pharma players in the world’s third-largest market?

By Donald Macarthur

T
he revision of pricing rules that occurs every 

two years in Japan, with a new list of reim-

bursement prices simultaneously appearing, 

is not normally something to get too excited 

about. In the Japanese manner, change is character-

ized by evolution not revolution, and then only after 

lengthy discussion and the development of a wide-

spread consensus. April 2016’s revision, however, 

broke the mold (see Table 1 on facing page). Not only 

was cost-effectiveness evidence demanded for the first 

time, but provision was made without prior warning 

to target those marketed drugs considered “huge sell-

ers” (kyogaku) with price cuts of up to 50%. Further 

action is expected soon to tackle what is now dubbed 

“the expensive drug issue.” The very future of the 

National Health Insurance (NHI) scheme might even 

be jeopardized without this, some fear.

‘Huge Sellers’ Herald Changes 
in Japan Drug Pricing

FAST FOCUS

» Prescription drug sales in Japan rose 6.2% in 2015, driven by such factors 
as universal health insurance, fee-for-service provider remuneration, and a 
tech-hungry yet aging population.  

» This year marked the introduction of mandatory cost-effectiveness  
standards in Japan. The requirement is clouded in uncertainty, with the 
absence of a fixed incremental cost-effectiveness ratio and no  
announcement yet of a health technology assessment (HTA) agency to 
administer the new rules.

» “Huge seller” repricing is unlikely to affect many brands from a relative 
sales perspective, but drugs such as Opdivo and Repatha have been  
mentioned as future targets.

http://WWW.PHARMEXEC.COM/
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Japan is of course a major 

pharmaceutical market which 

cannot be ignored by any serious 

multinational company. Prescrip-

tion drug turnover at NHI prices 

in calendar 2015 were JPY 10,958 

billion ($104.6 billion), up 6.2% 

on the previous year in local cur-

rency terms, according to IMS 

Japan. Sales are fuelled by univer-

sal health insurance, fee-for-ser-

vice provider remuneration, and 

a population that possesses an 

insatiable appetite for new tech-

nology and is also ageing.

NHI pricing principles

With very few exceptions, prod-

uct listing in the NHI drug tariff 

is necessary to access the mar-

ket. This gives the reimburse-

ment price applicable in hospi-

tals (41% of 2015 sales), 

community pharmacies (38%) 

and self-dispensing GP clinics 

alike (21%). Decisions are taken 

by an independent expert body, 

the Drug Pricing Organization 

(DPO), after a short negotiation 

process with the Ministry of 

Health, Labor and Welfare 

(MHLW), and are rubber-

stamped by the top policy body, 

the Central Health Insurance 

Medical Council (Chuikyo).

A new drug normally receives 

the same price per day as that of 

a similar, already reimbursed 

product, with the possibility of 

additional price premiums for 

innovativeness, usefulness, pae-

diatric use or small market size. 

Products lacking novelty get the 

lowest class price. If a suitable 

comparator does not exist, the 

price is arrived at by cost calcu-

lation. As the final step in the 

process, the initially calculated 

price may be subject to revision 

(upwards or downwards) by 

application of the foreign price 

adjustment rule.

Introductory NHI prices usu-

ally show later decline. There are 

three mechanisms for this:

 » Price revision of the entire mar-

ket on April 1 of alternate (even-

numbered) years designed to 

squeeze the “drug price mar-

gin,’” or yakka-sa, and bring 

prices in the NHI tariff closer to 

lower actual market prices that 

have arisen due to discounting.

 » Greatly expanded sales over 

the levels forecast are penalized 

by downwards repricing in lieu 

of and at the same time as a 

biennial revision.

 » Additional price cuts are given 

to “long-listed” brands (i.e., 

off-patent originator products 

with marketed generics) with 

low levels of generic uptake.

 » The savings are used to fund 

concurrent increases in NHI 

medical and technical fees.

It is possible to have the 

impact of biennial revision or 

repricing mitigated by applica-

tion of “correction premiums”:

 » When a pediatric or orphan 

indication has been added.

 » For products whose “true clin-

ical usefulness” is shown 

through results published in a 

“globally-appreciated aca-

demic journal.’”  

 » With originator drugs NHI-

listed for less than 15 years 

with no marketed generics and 

with a yakka-sa below the 

weighted average yakka-sa of 

all listed drugs.

This last-named premium 

comes conditional on the com-

pany, at MHLW request, pro-

gressing Japanese development 

or more new drugs/more new 

indications of drugs used off-

label. 

Repricing rule  

for ‘huge sellers’

The new rule is in two parts:

 » Products with annual sales at 

NHI prices of JPY 100-150 

billion within 10 years of list-

ing that are at least 1.5-times 

April 2016 NHI Revision: By the Numbers 

With price surveys conducted in Fall 2015 showing an average yakka-sa of 8.8% and a 2% 

allowable discounting zone, NHI prices were cut on average by 6.8%.

If repricing cuts on long-listed brands and generics are included, the reduction totaled 

7.8% (compared to 5.7% in April 2014, excluding the effect of the consumption tax rise).

823 presentations (416 active ingredients) received the premium for new drug 

development. 80% of these maintained in full their pre-revision prices (83% in 2014).

20 active ingredients (versus 11 in 2014) in 45 presentations were subject to downwards 

repricing under the regular market expansion rule, saving JPY 20 billion. Four brands 

received the maximum possible 25% price cut.

Repricing of four “huge seller” brands saved an additional JPY 28 billion.

1,057 long-listed original presentations (439 active ingredients), received “Z2” price cuts, 

16% more ingredients than in 2014.

Provider fees rose overall by an average of 0.49% (medical fees +0.56%, dental fees 

+0.61%, dispensing fees +0.17%).

Table 1

http://WWW.PHARMEXEC.COM/
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the forecast level (maximum 

price reduction possible = 

25%).

 » Products with annual sales 

more than JPY 150 billion 

within 10 years of listing that 

are at least 1.3-times the fore-

cast level (maximum price 

reduction possible = 50%). 

It badly hit the NHI prices of 

six presentations of 2015’s top-

four best-selling brands (see 

table 2 above). 

The two hepatitis C virus  

brands remarkably had  been 

available just a matter of 

months, with Sovaldi only the 

fourth new drug to be given the 

innovativeness premium at 

launch, the first since 2002, with 

its premium of 100% the highest 

ever awarded. 

Cost-effectiveness 

requirements 

2016 also saw the first manda-

tory cost-effectiveness demands. 

Guidelines were published the 

previous year. While cost per 

quality-adjusted life year meth-

odology will be applied, no fixed 

incremental cost-effectiveness 

ratio (ICER) is used, so it is not 

clear how there will be a link to 

price. To add to the confusion, 

no HTA agency has been 

announced. Assessment of sub-

mitted data is likely to be ini-

tially performed for MHLW by 

academic reviewers under the 

supervision of Chuikyo special 

member Dr. Takashi Fukuda of 

the National Institute of Public 

Health. He also led the appraisal 

of the five drugs in the 2014 cost-

effectiveness pilot, no details of 

which have been released. Japa-

nese universities that specialize 

in health economics include 

Tokyo, Kyoto and Kobe.

Existing products

Seven marketed medicines (see 

Table 3 on facing page) and five 

medical devices were selected 

for immediate economic evalu-

ation by applying the following 

criteria:

 » First added to the NHI tariff 

between April 2012 and April 

2015.

 » Priced by similar efficacy cost 

comparison with the highest 

awarded price premium.

 » Priced by cost comparison 

with an added premium of at 

least 10% and having the high-

est projected peak sales.

 » Priced by cost calculation with 

the highest awarded premium 

above the standard operating 

profit.

 » Priced by cost calculation with 

an operating profit premium of 

at least 10% and having the 

highest projected peak sales.

 » Drugs with similar pharmaco-

logical effects to those above.

Excluded were drugs for use 

in a rare disease that lacks ade-

quate established treatment and 

drugs developed for Japan at 

MHLW request.

Their NHI prices will be 

potentially revised from April 

2018. The new price will first be 

calculated according to the con-

ventional price adjustment rules 

(market based and repricing if 

high sales) and then adjusted 

again based on the results of the 

cost utility analysis. 

Whether proof of cost effec-

‘Huge-seller’ Repricing

Brand

Date of 

first NHI 

listing

Forecast peak 

annual sales  

(JPY billion)

2015  

actual sales 

(JPY billion) Price cut (%)

Harvoni 

(lepidasvir + 

sofosbuvir)

8/2015 119.0 117.6 (4 months) 31.7

Avastin  

(bevacizimab)
6/2007  30.1 115.3

10.9 (net after receipt of 

correction premium)

Plavix 

(clopidogrel)
4/2006  53.4 114.2

17.1 (plus 11.7% 

repayment of drug 

development premium, 

or 28.8% gross)

Sovaldi  

(sofosbuvir)
5/2015 98.7

111.8  

(7 months)
31.7

Table 2. Source: MHLW
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43

WWW.PHARMEXEC.COM

OCTOBER 2016 PHARMACEUTICAL EXECUTIVE Market Access

tiveness might allow the two Gil-

ead brands to recoup some of the 

losses to “huge seller” repricing 

is an interesting thought. This is 

unlikely. With Ministry of 

F i n a nc e  encou ragement , 

MHLW’s intention is to use the 

results merely as another cost-

containment tool.

New products 

NHI price applicants after Octo-

ber 1, 2016, are required to sub-

mit pharmacoeconomic data as 

part of their dossier when the 

new drug is to be priced either:

 » By cost comparison with a 

price premium of at least 10% 

sought, and annual sales  fore-

cast to peak at more than JPY 

50 billion.

 » By cost calculation with a pre-

mium of at least 10% over the 

standard operating profit  

sought, and annual sales fore-

cast to peak at more than JPY 

10 billion.

The same exclusion criteria 

apply for existing products.  

 MHLW emphasizes its initial 

intention is just to test the pro-

cess, with the results of eco-

nomic evaluation not having any 

effect either on the launch price 

or on the time needed to obtain 

this. 

Other measures

The main plus for research-based 

companies in the 2016 reform 

was a further two-year extension 

to the new drug development 

premium program, on trial since 

2010, pending analysis of further 

data. Qualifying products 

received a price premium of 

5.41%, as long as the result did 

not exceed the previous NHI 

price. The scheme has effectively 

prevented market-based price 

reductions with a number of key 

brands during their patent life. 

Industry has consistently 

requested the premium be made 

permanent but is certain to be 

happy to see the pilot continue 

on a rolling two-year basis, with 

none of the expected restrictions 

imposed. 

It was a controversial mea-

sure from the start, mainly 

because of a disconnect between 

companies awarded premiums 

and those requested to develop 

new drugs/new indications for 

Japan, and also because the 

main recipients of premiums 

were foreign-origin companies. 

Unlike other types, this premium 

is not permanent. At generic or 

biosimilar entry, or if 15 years 

have passed since launch, stored-

up price cuts that would other-

wise have been imposed are 

enacted in a single step.

One of the toughest mea-

sures to swallow is repricing of 

medicines other than the target 

ones merely because of alleged 

pharmacological similarity, 

regardless of their level of sales. 

ARBs, SSRIs and DPP-4 inhibi-

tors are among entire classes 

which have suffered over the 

years. In the case of “huge 

seller” repricing, MHLW gave 

assurance that only products 

that were the direct comparator 

of the big-selling brand would 

be repriced. Furthermore, 

though Daiichi Sankyo’s oral 

antiplatelet Efient (prasugrel) 

used Plavix as its price compar-

ator, the company successfully 

argued that usage of the two 

drugs was different, so Efient 

escaped repricing.

As part of government policy 

Initial Drugs Subject to Economic Evaluation

Brand Indication

Price/Operating 

Profit Premium (%)

Forecast  

Peak Sales 

(JPY billion)

(a) Products priced by cost comparison

Opdivo (nivolumab)
malignant 

melanoma
  60     3.1

Kadcyla (trastuzumab 

emtansine)

HER+ive breast 

cancer
  10   17.0

(b) Products priced by cost calculation

Sovaldi (sofosbuvir) chronic hepatitis C 100   98.7

Harvoni* (ledipasvir + 

sofosbuvir)
chronic hepatitis C     0 119.0

Viekirax* (ombitasvir + 

paritaprevir + ritonavir)
chronic hepatitis C     0   60.8

Daklinza* (daclatasvir) chronic hepatitis C   40   22.2

Sunvepra* chronic hepatitis C     0   15.9

* selected because of pharmacological similarity to Sovaldi

Table 3. Source: MHLW
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to promote higher use of gener-

ics, there is continuing pressure 

through the pricing system on 

mature originator drugs, known 

as long-listed brands. Since 

2002, MHLW has targeted these 

for special one-off price reduc-

tions under the so-called “Z 

rule.” At the 2014 revision, this 

became a maximum 2% price 

cut linked to the rate of generic 

uptake five years after generics 

first appear (“Z2 rule”). The cut 

would be repeated every two 

years until generics accounted 

for 60% volume usage of the 

molecule. With overall generic 

penetration running higher than 

expected (almost 55% in calen-

dar 2015), new targets of 70% 

by mid-2017 and at least 80% at 

the earliest possible date between 

April 2018 and April 2020 have 

now been set. 

Brand life used to extend well 

beyond patent expiry, but this is 

no longer the case. A number of 

innovative companies are now 

offloading their long-listed brands 

to generic players as a result.

A disappointment, though 

not an entirely surprising one, 

was MHLW’s refusal to abolish 

the 14-day prescribing limit for 

oral drugs during their first year 

on the market. Industry lobbied 

hard in the run-up to both the 

2014 and 2016 revisions to get 

the limit lifted, pointing out it 

was unique to Japan, but with-

out success. Objections came 

from the powerful Japan Medi-

cal Association, alleging risks to 

patient safety, though in truth 

their main concern was probably 

loss of prescribing income.

Prospects 

Some have criticized the 2016 

reforms as anti-innovative, but 

this has to be put into interna-

tional context. Huge sellers are 

not a phenomenon unique to 

Japan; indeed the newer direct-

acting HCV drugs received special 

attention from payers worldwide. 

What makes Japan different 

is that many of the approaches 

taken elsewhere are not possible 

there. There are no budgets, pre-

scribing limits, quotas, special 

f u nds ,  pre - aut hor i z at ion 

demands or therapeutic substitu-

tion. Managed entry agreements 

are also thwarted by the pres-

ence of over 3,500 separate pay-

ers, half employee-based and 

half community-based, as there 

has been no consolidation of 

health plans under NHI. There 

is also no one for industry to 

negotiate a finance—or out-

comes-based deal with; plans are 

managed by clerks in HR depart-

ments who merely collect funds 

from members and ensure pro-

vider bills are paid. 

“Huge seller” repricing is 

unlikely to affect many brands. 

At the equivalent of $955 mil-

lion, the lower annual sales 

threshold is, after all, higher 

than the entire GDP of some 

African countries. But Ono’s 

Opdivo and Repatha (evoloc-

umab), a novel lipid-lowering 

drug from Amgen Astellas, have 

already been mentioned as 

future targets.

Approved initially for unre-

sectable malignant melanoma, 

Japan was Opdivo’s lead-off mar-

ket, in September 2014. An addi-

tional and much larger indication 

of non-small cell lung cancer was 

added in December 2015, with 

filings later made for head and 

neck cancer, renal cell carcinoma 

and Hodgkin’s lymphoma. As 

monotherapy or in combination, 

Ono and its partner Bristol-

Myers Squibb have reportedly 

more than 20 other cancers in 

their sights. Ono has repeatedly 

upped results for Opdivo in 

Japan, from the JPY 3.5 billion 

originally expected in fiscal 2015 

to the JPY 21.2 billion it actually 

achieved,  and is now forecasting 

JPY 126 billion for fiscal 2016. 

The anti-PD-1 drug could eventu-

ally cost NHI JPY 1.75 trillion 

($16.7 billion) for the 50,000 

patients who might benefit,  the 

Nikkei Asian Review reports. 

This would amount to 16% of the 

country’s current total pharma-

ceutical spend.

Fears that repricing would 

next occur as early as April 2017 

seemed to disappear when a 

planned increase in consumption 

tax, which would likely have 

meant an exceptional drug price 

revision, was delayed until Octo-

ber 2019. However, concerns on 

“expensive drugs” are such that 

an out-of-cycle repricing might 

indeed take place, though this 

will be strongly resisted and not 

just by industry. 

Price cuts are not the only con-

cern. MHLW has also talked 

about bringing in “optimal use 

promotional guidelines” for 

pricey drugs. This could include, 

for example, restricting NHI use 

to patient groups who show the 

best response or allowing pre-

The cancer  

immunotherapy  

Opdivo (top) won its 

inaugural approval in 

Japan, in September 

2014. Hepatitis C  

blockbuster Sovaldi 

was the first new drug 

since 2002 to be 

given the innovative-

ness premium in 

Japan.
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scribing only in specialist centers. 

Utilization controls are currently 

weak in Japan, so if such mea-

sures spread they could be a 

game-changer, potentially having 

a bigger impact on the market 

than cost-effectiveness demands.  

The August 2016 listing of 

new additions to the NHI drug 

tariff has already resulted in one 

disturbing example. Two rival 

new monoclonal antibody prep-

arations for the same psoriasis 

indication were simultaneously 

priced. The Drug Pricing Orga-

nization chose pricing by cost 

comparison with a third drug as 

the common comparator. No 

price premiums were added so 

the two new drugs received the 

same calculated price per day. 

According to the rules, one was 

eligible for the final foreign price 

adjustment step, the other was 

not. Certain parties in the pro-

cess, however, did not want 

upwards adjustment to apply; 

both drugs had similar outcomes 

so NHI prices should be similar, 

they felt. The company disagreed 

and won on appeal, resulting in 

a 68% price increase for its 

brand through foreign price 

adjustment. Almost immedi-

ately, MHLW agreed with rec-

ommendations by some Chuikyo 

members that doctors should be 

urged to prescribe cheaper alter-

natives and that the foreign price 

adjustment rule should be mod-

ified in 2018. The marketing 

company was profoundly 

unhappy with the former sugges-

tion and withdrew its new drug 

from the market.    

Larger context

It is not all bad news. Japan 

might be a price-controlled mar-

ket but several aspects of the 

pricing environment are positive. 

It is rules-based, with published 

formulae and detailed reasoning 

making results more transparent 

and predictable than almost any-

where else. A points-based sys-

tem allows companies to fore-

cast the size of any usefulness 

premium or whether they will be 

entitled to any increase in the 

operating profit allowance. 

There is no hint of discrimina-

tion, as evidenced by six of the 

current 10 leading companies 

being of overseas origin. 

Certainly no one complains 

about the speed of reimburse-

ment review, which at 60 days, 

is probably the fastest in the 

world when a negotiated settle-

ment is needed. New drugs are 

added to the tariff four times a 

year. Few complain about intro-

ductory prices either. True, 

launch NHI prices very rarely 

are allowed to rise and typically 

decline over time, but this is a 

pattern which has been repeated 

for more than 50 years and is to 

some extent manageable. Unlike 

many other countries where cuts 

are arbitrary in degree, and 

seemingly random in frequency 

and timing, MHLW strictly fol-

lows a well announced process. 

For key brands, negative 

price impacts are increasingly 

mitigated by application of “cor-

rection premiums,” especially 

the premium for new drug devel-

opment, which is unique to 

Japan. One-fifth of presenta-

tions in 2016 retained their pre-

revision price, which is almost 

double the proportion in 2008, 

the final revision before the pre-

mium was introduced.  

Regular repricing, in use 

since 1982, should never come 

as a surprise to those affected. 

MHLW uses formulae to arrive 

at the extent of the cut, which is 

also subject to a time limit and 

a cap. Industry might argue this 

penalizes success, but Japan is 

only doing what payers every-

where practice, linking price 

with sales volume. Unlike, for 

example, France, Japan doesn’t 

re-review price and reimburse-

ment status after a certain list-

ing period or with every new 

indication. 

The forecast annual sales 

peak that now requires submis-

sion of economic evidence with 

the overwhelming majority of 

new drugs that are priced by cost 

comparison, the equivalent of 

about $477 million, has been set 

high (it is, in contrast,  only $22 

million in France), perhaps 

because of a shortage of eco-

nomic assessors. MHLW first 

invited companies to submit 

pharmacoeconomic data in 

1992. Few did then, as the pric-

ing rules did not consider cost 

effectiveness at all. This is still 

the situation today.

For the pharmaceutical 

industry, optimizing prices in 

Japan has always been a two-

step process: Discover how the 

rules work and then learn how 

to work the rules. The rules 

might have toughened up at bit, 

but these principles remain. 

DONALD 

MACARTHUR is an 

independent industry 

consultant and 

analytical writer on 

pharmaceutical 

pricing, 

reimbursement, and 

market access issues. 

He has covered the 

Japanese market for 

more than 30 years. 

He can be reached at 

don.macarthur@

btinternet.com

One of the toughest measures to swallow is 

repricing of drugs other than the target ones 

merely because of alleged pharmacological 

similarity, regardless of their level of sales
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A practical roadmap for pharma brand teams in avoiding the pitfalls in 
statistical thinking when appraising and presenting data

By Ben Locwin, PhD

A
recent conference on content marketing 

encapsulated what has been a growing 

problem in efforts to glean insights from 

today’s swell of healthcare information: 

An astounding number of statistics were presented 

with no context, along with infographics with 

much more focus on the visuals and little picture 

elements, and no scrutiny on the totality of errone-

ous and misrepresented data. 

The infographic and how                

not to create it

The very term “infographic” suggests that the 

“information” is primary and is supported by 

graphical elements. But in reality, most of them are 

“graphormation,” where instead the integrity and 

accuracy of the data takes a back seat to the pri-

mary element, which is just intended to be eye 

candy. These graphics try (and often fail) to convey 

information. They often show isolated numbers 

and statistics in adjacent blocks of space with no 

context. One shouldn’t endeavor to purvey such 

analytical smut. With a few expert tips, you can 

certainly avoid it.

For example, a favorite approach for infograph-

ics or social marketing tells readers about the “7 

Best Practices for [Something],” or “The 8 Ways 

People Do [Something].” Here’s a tip: There aren’t 

“7” best practices for anything, or “8” ways peo-

ple do certain things. Practices, decisions and 

behavior exist along a continuum, and claiming to 

quantify this into precise bins is a fallacy. Do XX 

percent of people really [____]? The concept of 

being overconfident in data will be explained in 

Content Marketing’s Data Fail: 
Information Without Insight?
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the next section. But the very 

simplicity of infographics makes 

it easy to misuse them; most are 

full of spurious correlations, 

poor decision-making and super-

ficial “science.” 

One of the big problems with 

analyzing big data to look for 

trends is that there’s no hypoth-

esis to test. Looking at volumes 

of data after the fact to try to 

find correlations is a surefire way 

to convince yourself of causality 

where none exists. This is the 

fallacy known as post hoc, ergo 

propter hoc (after this, therefore 

because of this): there seems to 

be some trend of interest in the 

data and one looks to see what 

preceded it. The “rush to con-

clude” bias has viewers drawing 

associations where they don’t 

exist to some recent market 

launch or ad campaign. 

The fact is that there are so 

many factors that are not actu-

ally related, a person is more 

than likely to choose wrong.  

Said another way, there are actu-

ally many factors that preceded 

the interesting data trend, and 

most aren’t the cause; how do 

you know which one(s) is/are the 

cause if you didn’t control all of 

the other variables? You don’t.

The precision of        

the numbers 

Another pervasive practice in all 

data analysis, but most visible 

to the public in marketing data, 

is the seeming unwavering pre-

cision of published numbers: 

“59% of patients refuse their 

tablet medications,” or “88% of 

your clients use social media to 

make decisions.” ALL their 

decisions? Surely there are still 

decisions being made by health-

care providers and patients 

which aren’t being steered by 

their Twitter feeds? They are 

still capable of driving to the 

grocery store, with all of the 

complexity that that entails, and 

can choose their own food items, 

and even make it back home. 

Also, the percentage of peo-

ple who use or rely on social 

media is not reliably “88%” if 

different groups are resampled. 

In most cases, these seemingly-

precise numbers were drawn 

from a non-scientific poll or a 

small sample group from which 

it is irrelevant and erroneous to 

extrapolate to the broader soci-

ety. Every inferential statistic is 

constrained by an estimate of 

uncertainty. This set of bound-

aries is called the confidence 

interval, and it not only helps 

data analysis to be more accu-

rate, but it drives better business 

thinking.

Imagine this: If a company is 

going to make corporate-level 

decisions about the success of a 

new product launch based on a 

sample or a focus group which 

indicated a 92% adoption rate, 

it may find itself in a position of 

extreme financial loss if the 

actual uptake rate in the broader 

population was more like 60%-

70%. Each percentage point dif-

ference could mean thousands 

(or more) individuals not adopt-

ing a company’s technology, and 

in a financial sense, each planned 

customer conversion that is 

unrealized is equivalent to 

potential dollars lost. How is 

this? Through the concept of 

time value of money (TVM), 

where money now is more valu-

able than the same amount of 

money later. Whether missed 

customer opportunities or unin-

FAST FOCUS

» The pieces of data in infographics need to be accurate, but also should be arranged visually in 
a way that takes advantage of the principles of analytical design. Pretty pictures or slick graphics 
are not the goal—achieving data accuracy is.

» During the data-gathering process, having an accurate estimate of the uncertainty behind the 
numbers is crucial. In cases where an infographic is capturing a sampling of people or market 
segments, but extrapolating the results to apply to the entire US or world population, that means 
showing the sample size and confidence intervals.

» The proper use of “framing” is important to better exemplify a brand’s message, and give cus-
tomers more incentive to react.

» Finding out more about the underlying data in clickable content can be done by pre-specifying 
an a priori hypothesis before launching a marketing initiative and performing measurements of 
engagement. “Clickiness” can be a good proxy for customer engagement or interest, but the 
hypothesis should be tested appropriately.

How not to display actionable information.
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vested dollars, each is an oppor-

tunity loss, and that loss was 

directly driven by an overesti-

mate of the accuracy of statis-

tics. 

Confi dence intervals act as a 

safety net for the ability to 

“know” what is going on within 

the data. Think about driving on 

the street: Each lane has a bit of 

buffer space to your left and 

right, and then there are lane 

markers (lines) to keep you hon-

est. Presumably, if everyone 

operated their vehicle within the 

painted lines, there would be no 

accidents. This could be one’s 

business if operating within the 

certainty of their knowledge.

Let’s use the driving analogy: 

Pay attention to your market and 

your data (keep your eyes on the 

road), and don’t take overly 

risky actions and veer outside 

your data’s confi dence intervals 

(traffic lanes), and you’ll be 

doing a great deal to insulate 

your business from unnecessary 

risk. 

In the example depicted in 

the chart above, 60 people were 

polled to ask the likelihood that 

they would make a particular 

choice; the average (mean) is 

53%. Not acknowledging the 

confi dence interval is to disavow 

a signifi cant amount of informa-

tion about how uncertain the 

estimate is. The 95% confi dence 

interval for the mean ranges 

from 43%-64%; what this 

means is that there is a 19-in-20 

chance that the actual average of 

an individual’s dataset is 

between 43% and 64%, and it’s 

not known with any more preci-

sion than that. This represents a 

huge difference.

Framing

Another concept that companies  

may not give enough credit to, 

and is often executed incorrectly, 

is that of framing. What this 

refers to is putting numbers in a 

context (or framing them) in 

such a way that they’ll increase 

the likelihood of customers to 

make certain choices. 

Example: If one works in 

clinical settings with physicians 

and patients, there is a much 

greater chance that people will 

elect to choose a particular 

treatment if it is framed as hav-

ing a 90% success rate at treat-

ing their particular condition, 

versus if they are told the drug 

has a 10% failure rate. Even 

though 10% is simply the corol-

lary of the success rate (the 

remaining of the 90% for whom 

there was no treatment effect), it 

isn’t perceived that way. And this 

confounds physicians very often, 

as well as patients. Why? 

Because human beings have 

emotional reactions to “success“ 

and “failure,” and our brains are 

not very good at working with 

probabilities.

Clickiness

Does someone want to engage 

with your content? Are they 

searching your site for particular 

things, or just browsing? How 

about email “hit rate”? For this, 

I’ve developed a term called 

“clickiness” to describe how dif-

ferently customers respond 

depending upon what they are 

looking at. There are non-ran-

dom patterns in web traffic’s 

clickiness, where certain sites do 

better than others, and within 

sites, there are zones, sections, 

and content which is more traf-

fi cked and “clicky” than others.

 What defi nes this? Certainly, 

there are visual cues—and some 

people respond more strongly 

than others to certain visual 

stimuli; and because of this, 

there will never be one type of 

site or content which always out-

performs others. The subjective 

variance in the “clickers” will 

always leave noise in the data. 

For example, eye-tracking anal-

yses (where subjects’ eyes tend to 

track on a given image) show dif-

ferences in the focus of visual 

interest, with some areas of an 

image attracting the attention of 

users’ eyes the most, while other 

areas having relatively low visual 

scrutiny. 

So, to enhance your contents’ 

clickiness, you’d want to build 

up the visuals and other stimuli 

in such a way that their density 

drives proportionally greater 

traffi c to where you are deriving 

the most value from their pres-

ence. 

The smart path 

When it comes to brand market-

ing in the biopharmaceutical and 

healthcare space, there are sev-

eral overlooked but common pit-

falls in statistical thinking—

requiring an improved approach 

by drugmakers in appraising 

their own data. Small, smartly-

taken decisions in looking at and 

analyzing data can make a con-

siderable difference in helping an  

organization’s analytics not be a 

quantitative disaster. 

BEN LOCWIN, PhD, 

is President, 

Healthcare Science 

Advisors. He can be 

reached at ben.            

locwin@healthcare

scienceadvisors.com 

and on Twitter 

@BenLocwin 
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T
he proliferation of 

big data in health-

care has created 

unique opportunities  

for Life Sciences com-

panies to realize com-

mercial advantage. In 

our new white paper, 

“Big data in Life Sciences: the time for 

strategy is now,” we illustrate how to 

fully capitalize on this information 

revolution with a comprehensive, cross-

functional big data strategy — a need 

which is now at a critical tipping point 

for our industry. 

Recognizing the real challenges 

As many of the leading experts inter-

viewed noted, investing in data alone 

will not guarantee better insights and 

deliver return on investment. New and 

emerging commercial datasets are ex-

pansive — some providing information 

on over 500 million patients — and ex-

pensive, with large companies spending 

between $30–100 million annually on 

procuring them. 

Investment must also be made in 

technologies and processes that can 

address the critical issues of data du-

plication, cleanliness and integration. 

Even more fundamental than this is 

the need to develop a common vision 

for how to extract insights from infor-

mation, spanning multiple functions, 

from analytics and technology to mar-

keting and medical affairs.

“We still do not have a common lan-

guage for how to use data,” said one 

expert interviewee, noting that because 

of this, misuse or misinterpretation of 

data is not uncommon. Having a clear 

objective in mind, a universal language 

across departments, access to linked 

data, and the agility to act on data in-

telligence in a timely fashion are vital.

A roadmap for success

To quote a colleague from a recent life 

sciences sales and marketing confer-

ence I attended, “We are data rich and 

insights poor.” Developing a robust 

commercial big data strategy requires 

a comprehensive solution that encom-

passes technology platforms, partner 

and vendor coordination, data science 

expertise and end-user applications. A 

holistic approach will unlock the value 

of existing datasets and technologies, 

augment them significantly, and accel-

erate and improve strategic planning 

and commercial execution. 

Here is the five-point roadmap:

 » Keep the end goal in mind — Be clear 

about the questions you want an-

swered.

 » Follow the money — Identify the costs 

of both data acquisition and inte-

gration across all commercial areas 

of the business.

 » Create a common language — Establish 

a common understanding of the “lan-

guage of data” within your business, 

and with partners and providers.

 » Bring in the village — An effective 

data strategy requires coordination 

across technology teams, business 

teams, and external vendors and 

partners.

 » Get started to get ahead — Early 

adopters will enjoy the distinction 

and differentiation that such a com-

mercial data strategy can provide.

An effective big data strategy be-

gins with changing the mindset around 

people, process and technology. With a 

coordinated, cross-team plan to bring 

currently fragmented and siloed ap-

proaches to data together, life sciences 

companies will get the market, medi-

cal and customer insights they need 

to transform commercial success with 

speed and confidence. ■

Seizing the commercial opportunity 
from big data in Life Sciences
William King, Founder and Executive Chairman, Zephyr Health

William King

To download a copy of the  

big data white paper, visit:  

zephyrhealth.com/resources

http://zephyrhealth.com/resources
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T
he growing popularity of 

Inter Partes Reviews 

(IPRs)—which offer 

third-party petitioners 

the opportunity to challenge the 

validity of a patent after it has 

been granted—is no secret to the 

pharmaceutical industry. For 

generic firms, IPRs are a cost-

effective way to  clear out FDA 

Orange Book-listed patents before 

or during litigation; for originator 

companies, IPRs pose a threat to 

valuable patent portfolios. 

Data is just beginning to 

become available from com-

pleted IPRs initiated by generic 

petitioners that may provide 

guidance for pharma innovators 

deciding whether to fight or set-

tle and for generic petitioners 

deciding whether IPR is a better 

forum to pursue their portfolio 

objectives. Specifically, origina-

tor companies should consider 

that, while the institution rate of 

IPRs has been high, new rules 

allowing testimonial evidence at 

the preliminary response stage 

may help decrease the risk of a 

patent invalidation.

How it works

By way of background, the IPR 

process occurs in two steps. First, 

the federal Patent Trial and 

Appeal Board (PTAB) decides 

whether an IPR petition has suf-

ficient merit to proceed—a pro-

cess known as the institution 

decision. Second, if the PTAB 

decides to institute the IPR, it will 

hear arguments from the patent 

owner and the patent challenger 

and then issue a final written 

decision that either upholds or 

denies the validity of the patent.  

In March, the US Patent and 

Trademark Office (PTO) released 

new rules for IPRs under the 

America Invents Act enacted by 

Congress in 2011. The rules allow 

a patent owner to present testimo-

nial evidence to the PTAB at the 

preliminary response stage of an 

IPR proceeding. This marks a 

revision of the previous standard, 

which barred the admission of 

new testimony and/or evidence by 

the owner at the pre-institution 

phase. In essence, it allows some 

patent owners to prevent institu-

tion proceedings in situations 

where under the old rules they 

would not have been able to do so.  

Overview of survey

In a survey of a sub-group of 111 

IPRs filed by generic drug com-

panies against pharmaceutical 

patents, we found an institution 

rate of 67%, which is not sig-

nificantly different from the gen-

eral rate of institution across all 

technologies. The data on insti-

tution rate presented in this arti-

cle pre-dates implementation of 

the PTAB rule changes on May 

2, 2016, which allow patent 

owners to submit newly created 

testimonial evidence, so it will 

be important to monitor whether 

that rule change will lower the 

institution rate in the future. 

There is also evidence of a very 

high settlement rate of 23% 

New Challenge to IP 
Innovation  
Survey on the rising use of Inter Partes Reviews to challenge 
patents reveals key considerations for originator companies
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Figure 1. The outcomes of IPR petitions filed by the most active generic drug company petitioners.
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(combined pre- and post-institu-

tion settlements out of total out-

comes), with pre-institution set-

tlements counting for 17% of all 

outcomes (see Figure 1 on facing 

page).

High settlement rate

The high rate of settlement com-

pared to other technologies indi-

cates that generic firms may be 

using IPR as leverage to initiate 

settlement discussions. A signifi-

cant number of cases were settled 

after the filing of a preliminary 

response by the patent owner but 

before an institution decision. It 

serves as another tool for generic 

firms to put more pressure on orig-

inators before or during litigation.

While a settlement can elimi-

nate the uncertainty of parties 

having to face a PTAB decision, 

it may lead to follow-on petitions 

being filed by other abbreviated 

new drug application (ANDA) fil-

ers seeking  to obtain the same 

terms of settlement. The risk of 

follow-on petitions, together 

with the new rules permitting use 

of newly created testimonial evi-

dence at the preliminary response 

stage (which could reduce the 

likelihood of institution) should 

be carefully considered by origi-

nators when making decisions 

regarding potentially pursuing a 

pre-institution settlement.

Joinder attempts and 

late IPR filers

Several IPRs involved joinder 

attempts by generic petitioners 

seeking to follow onto earlier 

filed IPRs. A joinder is when a 

party petitions to be added as a 

challenger to an IPR proceeding 

initiated by a different patent 

challenger. If a party has an inter-

est in the invalidation of the pat-

ent at issue, it would join the IPR 

proceeding to try to ensure dis-

missal of the patent. It may also 

raise the prospects of a dismissal 

since the initial patent challenger 

may opt for a settlement before 

the PTAB issues a final decision 

to invalidate the patent; alterna-

tively, it may increase the likeli-

hood that the patent owner will 

settle with it as well.  

Indeed, the repeated use of 

joinders by generic firms rein-

forces that they are using IPRs as 

a tool to gain access to settlement 

whether or not they were the first 
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filers of IPRs themselves.  It means 

that originators should be cau-

tious about settlements due to the 

risk of such follow-on petitions.

Behind the numbers

Overall, a high percentage (52%) 

of the IPRs are still before the 

PTAB. Thirty have been “insti-

tuted but with no final written 

decision, while 22 are “pending 

an institution decision.” With 

more than half of the generic 

IPRs lacking decisions, we can 

see that more generic firms have 

used IPRs in the last year than 

previously. Additionally, the 

high settlement rate means both 

generic firms and originators 

generally prefer a settlement to 

a PTAB decision.  This could be 

for several reasons: (1) generic 

firms may want the patent to 

remain in place to deter other 

competition once they have 

license to use the patent; (2) orig-

inators may fear a patent-ending 

final written decision; or (3)

generic firms may have only filed 

the IPR to coerce the originator 

into negotiating. 

While originator firms should 

use settlement to avoid final 

PTAB decisions, the originator 

firms should also track the effect 

of the new rules that allow testi-

monial evidence at the prelimi-

nary response stage. If these 

rules decrease the institution 

rate, originator firms should 

consider waiting to settle until 

after institution decisions.

Because many of these IPRs 

involve parallel Hatch-Waxman 

litigation and multiple, serial 

ANDA filers, it is likely that the 

trend of joinder requests in phar-

maceutical IPRs will continue.  If 

one of the early ANDA filers pur-

sues IPR, and another ANDA 

filer is already in litigation with 

the patent owner and facing a 

one-year bar on filing IPR, the 

later ANDA filer(s) may find that 

a good option is to seek joinder 

with the earlier IPR. This strategy 

might enable them to participate 

in any settlement discussions that 

take place as to the IPR and thus 

avoid being shut out from such 

settlement discussions.

These findings are not very 

reassuring for innovators. It 

now appears to be more diffi-

cult to settle an IPR claim 

without follow-on risks than it 

is to settle a Hatch-Waxman 

litigation because our data 

shows that in some cases a sec-

ond generic company will sim-

ply file a near-copy of the ear-

lier generic company’s IPR 

petition who settled out. Once 

an IPR petition is filed it is pub-

lic and cannot be sealed, leav-

ing the arguments in the public 

record to others who may wish 

to pursue another IPR in the 

wake of the settlement.  Also, 

we have additional recent data 

demonst rat ing that  some 

generic producers are pooling 

their resources and filing joint 

petitions for IPR. And although 

the new PTR rules allowing 

new testimony to be used by an 

innovator at the pre-institution 

stage may help in a limited 

number of cases, it is unlikely 

to substantially alter the situa-

tion. 

Overall, the survey trend rep-

resents an unsettling develop-

ment for all of those in the front 

line of defending biopharmaceu-

tical innovation. 

Figure 2. The number of IPR petitions from generic companies who have filed the most IPR 
petitions to date.
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It now appears to be more difficult to 

settle an IPR claim without follow-on 

risks than it is to settle a Hatch-

Waxman litigation 
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H
ave you noticed that a 

few biopharmaceuti-

cal companies and 

brand teams consis-

tently launch successful products, 

beat analysts’ projections and 

effectively counter competitors? 

And many other companies and 

brand teams—despite offering 

good products—often have failed 

launches, routinely miss sales pro-

jections and are usually outma-

neuvered by rivals? The bio-

pharma industry has transitioned 

from the growth or Commercial 

Stage (“Pharma 1.0”) to the 

mature or Competitive Stage of it’s 

lifecycle. This transition demands 

a wholly different approach to 

competing called “Pharma 2.0.” 

Winning companies have 

embraced the highly successful 

and leading-edge Pharma 2.0 

mindset, strategic framework and 

winning actions, while losing 

companies cling to outdated, inef-

fectual Pharma 1.0 marketing 

toolsets and promotional tactics. 

Take the following questionnaire 

to determine if your company is 

Winning, Competing, Participat-

ing or Spectating in Pharma 2.0. 

You can answer these brief 

questions from the perspective of 

your firm, franchise or brand team. 

Focus on your major product(s). 

Check each box that applies, then 

follow the directions at the end of 

the quiz (See page 65). The Pharma 

2.0 capabilities are noted in bold 

at the beginning of each question.

Pharma 2.0 Competitive 

Questionnaire

T�Game Changing: Do each of 

your key brand teams identify 

and implement a single, overarch-

ing game-changing or market-

shaping strategy to win vs. trying 

to win by differentiating your 

product?

T�Product Launch 2.0: In drug 

launches, does your company or 

brand team seek to win the Pre-

Launch Years (beginning three or 

more years before launch) with 

an election-style strategic com-

munication campaign vs. seeking 

to win the Launch Year with a 

tactical and promotional mili-

tary-style campaign?

T�Product Counter-Launch 2.0: 

Does your company regularly 

prepare and conduct counter-

launches early in the Pre-Launch 

phase to preempt major compet-

itors’ product launches? 

T�Election Campaign Platform 

2.0: Do your brand teams pre-

pare and communicate a concise, 

consistent “election campaign 

platform”—similar to a Presi-

dential campaign approach—for 

each major brand? 

T�Product Positioning 2.0: Do 

the brand teams for your compa-

ny’s major products position their 

products with four words or less 

and avoid the use of lengthy 

“product positioning statements?” 

T�Multi-Level Competition: Does 

your company require that all 

key brand plans include ways to 

win not only at the brand level 

but also at the franchise, portfo-

lio and corporate levels? 

T� Competitive Conference 

Management: Do your key brand 

teams annually seek to win the 

one or two “Super Conferences” 

(for example, meetings conducted 

by the American Society of Clini-

cal Oncology, American Diabetes 

Association, European Commit-

tee for the Treatment and 

Research in Multiple Sclerosis, 

etc.) in their respective therapeutic 

areas by preparing and executing 

plans to win during the Pre-, At-, 

and  Post-Conference Phases. 

T�Competitive Trial Manage-

ment: Do your major brand/

franchise teams regularly pre-

pare communication plans for 

their and their competitors’ key 

clinical studies?

T�War Games 2.0: For your com-

pany’s major products, do brand/

franchise teams conduct at least 

twice annually the newer “Com-

petitive Simulations,” including 

senior corporate management, 

and identifying only three to five  

winning, executable actions vs. 

conducting traditional war games 

which exclude top management 

and identify either numerous 

competitive insights and/or pro-

motional tactics? 

T� Braneric Competition: Do 

your brand plans prior to launch 

include strategies and actions for 

competing against generic com-

petitors vs. waiting a few years 

before patent expiration to 

address generics?

T�Payer Competitors: Does your 

company or brand team recog-

nize payers as a third-type of 

competitor (“Budget Competi-

tors” seeking the same budget 

dollars as biopharma companies) 

and have specific approaches to 

deal with payers not only as cus-

tomers but also as competitors?

Are You Winning or 
Losing in Pharma 2.0?
Answer 12 key questions to determine if your brand team is 
leveraging today’s winning competitive strategies and actions

Continued on Page 65
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Recent data from the European Federation of Phar-
maceutical Industries and Associations determines the 
overall market size as roughly USD 2.4 billion. Though 
comparatively smaller when juxtaposed against some of 
the country’s larger neighbours, the growth trajectory 
nonetheless appears rosy with pharma sales widely pre-
dicted to increase by as much as USD 1.27 billion by 
2020. What’s more, in a marketplace historically domi-
nated by cheap generics, innovator drug developers are 
also performing well and now officially account for as 
much as two thirds of its value despite possessing only 
one third of its volume.

One commentator who has long been anticipating a 
picking up of the business winds and detects solid evi-
dence of the advancement of innovation-driven pharma 
is Karel Kucera, CEO of the Czech Business and Invest-
ment Development Agency, CzechInvest. “We increased 
the number of employment opportunities in high-
end industries by 250 percent since 2014, making the 
healthcare and life science industry a strategic pillar of 
development because the investments go beyond manu-
facturing”, highlighting that pharma R&D is an “inte-
gral part of high-end value chains,” he notes. 

Such developments only serve to complement the many 
longstanding positive structural attributes commonly 

associated with the Czech Republic: namely a strategic 
geographic positioning right at the heart of CEE and a 
location on the very doorstep of some of Europe’s largest 
pharma markets. “Nor should anyone forget,” points out 
Kucera, that “the Czech Republic also attains a level of 
political and economic stability that few other countries 
within the region can realistically match.” “You could 
even say that the attractive combination of an easily ac-
cessible and highly skilled talent pool, sophisticated in-
frastructure and advanced quality of life actually renders 
the Czech Republic more comparable to Bavaria than to 
the other CEE countries,” he muses. 

TO PAY, OR NOT TO PAY?

Despite growing recognition of the local pharma market 
as a strong regional force, the Czech Republic healthcare 
and life sciences arena is not entirely free of challenges 
however; the most significant being the thorny issue of 
how to sustainably finance the nations’ health needs. In 
the words of Andrej Babiš, Czech Minister of Finance, 
the national health expenditure “risks spiralling out of 
control” with the public coffers struggling to satiate 
the “black hole” of surging demand and skyrocketing 
prices. Others disagree and claim that current budget al-
locations are inappropriate for the scale of task at hand.

Although national healthcare spending has undoubt-
edly increased year-on-year in recent years, Health Min-
ister Svatopluk Němeček is eager to point out that “total 
healthcare expenditure in the Czech Republic remains a 
mere seven percent of GDP,” thus stubbornly below the 
nine percent average enjoyed by many OECD countries. 
What’s more, he is keen to counter claims of financial 
misallocation and wastage noting that, on the contrary, 
the Czech public health spending ranks “third among 
European nations in terms of sheer effectiveness and val-
ue for money, despite its overall comparative paucity.”

Jan Žaloudík, chairman of the Committee of Health 
and Social Policy in the Czech Senate and advisor to 
the Prime Minister, somewhat agrees. For him, the true 
problem lies not so much in wastage and misallocation 
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of funds per se, but rather in a “woeful lack of transpar-
ency and openness.” In his opinion, though the health 
system itself “remains broadly stable, it is this sheer 
opacity surrounding how money is spent” that inhibits 
the desire at the governmental level to inject the level of 
financing that is truly required.

To many of its proponents, ‘big data’ is a technological phe-

nomenon with potential commensurate to the complexity of 

the industry it is deployed in. The pharmaceutical industry 

in particular lies at the “vanguard of a revolution on how to 

conduct business” exclaims Heidrun Irschik, CEO and CPO 

of Novartis Czech Republic, “the opportunities offered by 

big data are present and we need to tap into this immense 

potential without any further hesitation.” 

The accumulation of data as a side effect of technologi-

cal development is seemingly yet to be fully exploited in the 

healthcare and life sciences domain; not only for the benefit 

of individual business but, according to Irschik, with the po-

tential to “greatly benefit patients” which she identifies as 

“the goal that unifies all stakeholders of the pharmaceutical 

industry.” Yet within the Czech market, changes albeit incre-

mental, can be perceived.

Identifying “obvious synergies”, Irschik urges the creation 

of a framework in which medical staff communicate unmet 

needs to IT experts in order “to develop an appropriate tool 

or application simplifying the live of patients tremendously.” 

Novartis, on the threshold of moving more into big data, is 

currently “exploring possibilities such as electronic nurses” 

which could find use in patient data collection such as blood 

pressure or even simpler “reminding patients to take their 

medicine.” 

Big data could also help lower the cost of healthcare 

spending overall. Giving chronic heart disease as an ex-

ample, Irschick proclaims that “it is assumed that re-hospi-

talization can be significantly decreased” and explains that 

this will not only “contribute to the life of the patient” but 

furthermore save “large sums of money” for the healthcare 

system. Certainly, big data has the potential to revolutionize 

the pharmaceutical industry as well as healthcare at large as 

the “possibilities offered are beyond our imagination” says 

Irschik, concluding that “we need to start exploring and ex-

ploiting the potential!”

At the Vanguard of the Digital Revolution
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and cure diseases, to ease suffering, and to enhance 
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TURNING ON THE SPOTLIGHT

To be fair, Minister Němeček has 
taken the fundamental first step to-
ward addressing the palpable lack of 
accountability in healthcare financ-
es by “establishing the National 
Medical Information System” which 
manifestly aims to enable the minis-
try to regain “a precise overview of 
the costs for each diagnosis”. Lead-
ing this project is Ladislav Dušek, 

director of the Institute for Health 
Information and Statistics, who re-
fers to the task of shedding light on 
the financials of Czech Healthcare 
“my core mission.” “When I initially 
assumed this position, the informa-
tion gathering system was nothing 
short of disastrous,” he candidly 
recalls. Prior to his appointment, 
the institute had been “collecting 
the data manually [using] 70,000 

sheets of paper distributed through-
out the healthcare system”. Dušek 
explains that he himself expects 
“large swathes of the healthcare 
system to be underfunded ... as it 
should be obvious that the financial 
requirements of healthcare—given 
the aging population, longer surviv-
al rates, new molecules, new diag-
nostic techniques, and much more—
will necessarily rise!” 

Motivated by a steadfast and un-
wavering desire to help the Czech 

population, Ladislav Dušek reveals 
that the information gathered will 
not only be utilized in order to 
“cast a spotlight on the system”, 
but more specifically will climax in 
a remodelling of current reimburse-
ment legislation as “the segment of 
reimbursement is the most in need 
of transparency in order for us to 
know how to distribute the finances 
correctly”, and that the challenge of 
financing Czech healthcare “cannot 
[be] solved by a flat decision to in-
crease finances”. “Our overriding 
goal is to bring about a truly fair and 
rationalised system of reimburse-
ments,” agrees Minister Němeček. 

DUAL REFERENCE PRICING

A fairer reimbursement system is 
indeed keenly sought after by the 
industry itself with many pharma 
executives describing the existing 

Ladislav Dušek, director of the Institute for 

Health Information and Statistics; Heidrun 

Irschik, CEO and CPO of Novartis Czech 

Republic
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Czech market access framework as 
unnecessarily complex and cum-
bersome. Jaroslav Duba, CEO and 
founder of OAKS Consulting—a 
local champion in providing mar-
ket access services— explains that 
“the Czech Republic has a dual 
regulation system in place, one for 
ex-factory maximum prices and 
the other for price reimbursement”. 
Elaborating on the system, Duba 
proclaims that price-pressure is 
something headquarters and expa-
triates unrightfully “lament about,” 
explaining that the ex-factory price 
is referenced to the average price of 
the lowest three prices in a basket 
of 19 EU nations concluding that “if 
pharmaceutical companies manage 
their pan-European pricing strategy 
correctly, they can avoid a price sur-
prise” highlighting that the ex-fac-
tory price can only be as low as it is 
in other countries. 

Martin Minarovič, 
managing director of 
Janssen Czech Republic 
agrees, pointing out that 
“all of those countries 
reference in between each 
other, all striving for low 
drug prices, therefore it 
is logically inconclusive 
to argue that one has the 
lowest price when this 
price in fact was referenced to the 
one it is compared against”. 

Despite contesting the notion of a 
harsh pricing system, Duba acknowl-
edges “Czech reimbursement proce-
dures are slightly different from the 
norm across Europe,” explaining 
that local market reimbursement is 
“assessed on the basis of therapeu-
tic interchange-ability.” This results 
in a greater need for comprehensive 
analyses of the segment pharmaceu-
tical companies wish to enter includ-

ing “how it treats and what other 
options are available for patients.” 
Duba emphasizes that “if the prod-
uct is not interchangeable, then the 
reimbursement level depends on 
pan-European price management.” 

Levels of reimbursement, howev-
er, are not the only challenge as John 
P. Kennedy, general manager  for 
Pfizer Czech Republic states, “path-
ways for pricing and reimbursement 
exist” but “there are certain ar-
eas where we need to improve our  

Jaroslav Duba, CEO and founder of OAKS Consulting; 

Martin Minarovič, managing director of Janssen Czech 

Republic; John P. Kennedy, general manager for Pfizer 
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in-depth understanding.” Kennedy 
criticizes the fact that “in reimburse-
ment procedures the innovative treat-
ment can be placed within the same 
reference group as a treatment with 
lost exclusivity” which consequently 
lessens the value of innovation.  

The underlying issue is the com-
plexity of the system at large, adds 
Radek Korbel, head of Sanofi-Gen-
zyme’s Czech and Slovakian affiliate, 
to the extent that “when I explain this 
system to my colleagues from the US, for instance, they 
will not understand and deem it to be illogical. In MS, 
we’re referenced to other local drugs which gets quite 
complicated.” 

“It is true that in the Czech Republic we have a unique 
referencing system which results in some specific chal-
lenges,” agrees René Bastl, managing director at Merck 
Group Czech Republic, while accepting that, “innova-
tive biological treatments have a high price thus the sys-
tem must achieve savings somewhere.” On the other side 
of the coin, “the Czech Republic’s regulatory framework 
ranks one of the best in the CEE in providing patients 
access to new medicines,” he enthuses. 

Jakub Dvořáček, executive director of AIFP, the 
Czech innovative pharmaceutical association very much 
concurs, “Pricing is always going to be a challenge in 
any market in an era when drug development costs never 
cease to rise, but I am happy to be able to say there are 
other factors that very much enhance the attractiveness 
of the Czech market! Market access, for instance, is one 
of the best in the region.” 

Ondř ej Halász, country manager of CSL Behring 
Czech Republic and Slovakia explains why Czech market  

Q&A with Darina Hrdlickova, country manager 

of PPD

At the EU level, there are moves underway to 

implement a single point of submission for clin-

ical trials. If this proposal makes it into legisla-

tion, how will this likely impact your operations 

in the Czech Republic?

I believe our operations will be impacted 

positively because the whole purpose of imple-

menting a single submission entity is to stream-

line the submission mechanism and significant-

ly shorten clinical trials startup. The regulatory 

authority of the Czech Republic participates ac-

tively in the EMA working groups that prepare the implementation of 

the new directive. Within the European Clinical Research Organization 

Federation (EUCROF) this topic has been discussed extensively and 

some of the EUCROF members are participating in a pilot of the Clini-

cal Trial Portal for central submissions. It appears that at some point 

in 2018 we can expect the single submission portal to become fully 

operational. All CROs will then be compelled to adjust their internal 

processes to this new requirement.

How do you assess the potential of the Czech Republic to become the 

clinical trials hub of the CEE region?

Much of our potential to become a dominant force for clinical 

trials within the region derives from the fact that the academic ex-

pertise and infrastructure in the Czech Republic is of the very high-

est caliber. Some examples are the Masaryk Oncology Institute and 

several neurology multiple sclerosis centers that are leading the 

research efforts. The latter benefits the CRO industry significantly 

because we can tap into the patient pools of these centers, which 

represent the majority of the patients who are treated. One factor 

that may limit the Czech Republic’s ability to become a clinical trial 

hub, however, is our relatively small population. Nevertheless, even 

at 10 million people, the population is sustainable enough to cover 

the full range of therapeutic areas — especially oncology. 

A Flourishing Clinical Trials Segment

Radek Korbel, 

head of Sanofi-

Genzyme’s Czech 

and Slovakian 

affiliate

Darina 

Hrdlickova, 

country manager 

PPD Czech 

Republic 
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its subsidiary CSL Plasma, CSL Behring operates one of the largest plasma collection organizations in the world.
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access can be considered amongst the very best in the  
region. “Visibility, stability and predictability enable 
companies like ours to forecast sales, price and reim-
bursement level with very high accuracy,” he notes. 
“Today’s system is a massive step up on what went on 
before because nowadays negotiations are not possible 
anymore, nepotism is successfully eliminated and every-
thing is driven by precise bureaucratic procedures,” he 
describes. This predictability outweighs the pricing and  

r e i m b u r s e m e n t 
challenges because 
“it is simple to fore-
cast the price and 
reimbursement of 
your product, there-
fore you can assess 
from the very be-
ginning if the right 
conditions for your 
product exist” which enables a well-informed decision 
whether “to launch or not launch.” 

The generic industry seems to be equally satisfied 
with the market access procedures. Martin Mátl, execu-
tive director of CAFF, the Czech generic pharmaceutical 
association, highlights that in the Czech system there 
is an “appropriate differentiation between original and 
generic, thus allowing the mechanism we have in place 
today which guarantees being on the reimbursement list 
within two months of market registration”. 

Ensuring smooth market access procedures for gener-
ics is significant for Czech authorities as “the role and 
added value of generics are appreciated” reflects In-
grid Šmerdová, Country Manager of Polpharma Czech  

The Czech Republic is the birthplace of 

Zentiva with its roots dating back almost 

550 years. Jean-Marie Arnaud, senior vice 

president and head of Sanofi Generics dis-

cusses Zentiva’s forward priorities and the 

significance of the home market

The future of Zentiva has been on everybody`s 

lips since the start of the year, what are your 

immediate goals and priorities?

Our objective is not necessarily quantita-

tive, in terms of market share or of planned 

growth in the generics environment, be-

cause we exist as part of the Sanofi group 

and we help to achieve the company’s gen-

eral objectives. In this view, one of our main objectives is to be 

the leader in emerging markets and to stay that way.

It’s a very precise exercise to do, requiring individual analy-

sis of countries, to define how we are going to support this 

objective. For Europe, as our CEO has communicated previ-

ously, we have initiated a review of the generics strategy in the 

context of the evolution of this market and this industry. We 

want Sanofi Generics to have a sustainable winning position in 

Europe. Although we are still in the middle of this review, we are 

making good progress. We are therefore positive about reach-

ing a fulfilling resolution by the end of this year.

Just how important is the Czech Republic as a market to Zentiva?

First of all, we need to be clear about what we call Zentiva: 

in the past it used to be a very strong regional company here; 

today it is mainly a brand of Sanofi Generics. Depending on the 

country, we select a brand for our generic product line. Zentiva 

is used in Europe , but also beyond, in countries such as Turkey, 

Russia and South Africa. 

The Czech Republic is a very important market for us in Eu-

rope. This is a great market because it has been able to develop 

its own industry. Generic product substitution in the Czech Re-

public is the highest in Europe, even higher than in many West-

ern European countries. This system manages to keeps prices 

very low for governments and health insurance companies, while 

still enabling a reasonably good market for the industry. 

We want an industry that is able to keep investing in new 

products, to maintain freedom of choice for doctors and pa-

tients. We believe this market has created a balance for the 

health insurance model while encouraging industry to scale-up 

its production.

Zentiva: a National Icon

Jean-Marie 

Arnaud, senior 

vice president 

and head of 

Sanofi Generics

Jakub Dvoř áček, executive director of 

AIFP; Martin Mátl, executive director 

of CAFF

Wörwag Pharma GmbH & Co. KG., Bucharova 2657/12, 158 00 Praha 5,  

e-mail: info@woerwagpharma.cz , www.woerwagpharma.cz

INZWP0716 
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Republic, “For in-
stance, for the state 
authorities, from 
a pure economical 
point of view it is 
clear that generics 
are crucial in cost 
control and health-
care spending. Fur-
thermore, from an 
access to treatment 
point of view gener-
ics are the way to provide all patients with access to treat-
ments, now and in the future! It has happened before that 
new treatments were introduced in the market but only 
selected patients actually had access to them.” 

FOSTERING SOLIDARITY

There is of course frequent dialogue between the pharma-
ceutical industry, relevant regulatory authorities, and gov-
ernment stakeholders, but this dialogue is often strained. 
The Czech Senate’s Jan Žaloudík explains that around 
the turn of the millennium pharmaceutical companies 

still “treated the Czech Republic as a 
banana republic,” but emphasizes that 
this relationship has changed dras-
tically and that today he has a “very 
positive experience with the pharma-
ceutical industry.” Minister of Health, 
Svatopluk Němeček agrees and regards 
the dialogue as “very important and in-
spiring,” but accentuates his underlying 
desire to ensure that the pharmaceuti-
cal industry “serves the interests of the 
patients, not the other way round.” 

Zdeněk Blahuta, director of the state institute for 
drug control, adds that “predictability, transparency, 
and an outgoing approach within the decision-making 
practice of the Institute should be a natural parameter 
of this relationship” in order to create a fair and equal 
dialogue in the interest of Czech patients. 

Merck’s Bastl confirms that the dialogue exists and 
that the relationship is beneficial, “with the regulatory 
stakeholders not offering special favours to specific in-
dustry players, but an equal dialogue within legislative 
compliance is established.” Nonetheless there seems to be 
leeway for improvement, for example Novartis’s Irschick 
identifies that “synergies could be created, improving the 
healthcare outcome and economy alike. We are open for 
such collaboration and are willing to commit, however, 
the interest, openness and commitment must be mutual.” 

Whereas some stakeholders in the Czech pharmaceutical 

environment struggle with stagnating results, others identify 

a wide array of glistening opportunities unfolding. Pharm. Dr. 

Jozef Urban, general manager of Angelini’s Czech affiliate ex-

plains that, after the financial crisis, “we have been growing 

on a year to year basis in between six and nine percent.” Ur-

ban is convinced that future growth will “be of a sustainable 

nature” because Angelini is “constantly looking to tap into 

arising opportunities in the market.” The first opportunity at 

hand is Angelini’s OTC portfolio which, as Urban points out, 

in recent years “has grown by 16 percent to reach its current 

climax of 36 percent.” Highlighting that he “does not expect 

that to be the end of it,” Urban predicts that, in the near 

future, “our OTC portfolio will expand and account for 40 to 

45 percent of our portfolio.” 

Although Angelini’s short term prospects seems to be in 

the OTC segment, more enduring opportunities could lie in 

oncology. The company will be “introducing new molecules 

into our oncology portfolio” Urban reveals, as this portfolio 

shows “the largest growth potential in the Czech market.” 

Overall, Urban is confident that Angelini’s current strategy in 

the Czech Republic will “secure a leading positioning” and 

further strengthen their reputation as a “recognized partner, 

improving the lives of Czech patients.”

Seizing Opportunities

Ondřej Halász, country manager of 

CSL Behring Czech Republic and 

Slovakia; Ingrid Šmerdová, country 

manager of Polpharma Czech 

Republic

Vladimír Uraz, 

general manager, 

ALK Czech 

Republic & 

Slovakia

Your health 
in good hands
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Vladimír Uraz, 
general manager Slo-
vakia & Czech Re-
public for ALK con-
curs. “Our strategy 
and philosophy is to 
move the segment at 
large towards full 
standardization; for 
us this simply means 
raising the bar across 
Europe in collabora-
tion with patient organizations, 
medical societies, physicians, regu-
latory authorities and government 
stakeholders so there is still a lot of 
work to do,” he reveals. Uraz sees 
an increase in regulatory require-
ments as “the logical future of our 
industry” and is seeking a strong 
collaboration with relevant govern-
ment stakeholders to ensure fast 
and safe access of patients to inno-
vative treatments, highlighting that 

“in a dialogue, we could collabora-
tively work on solutions!” 

Overall, the Czech pharmaceuti-
cal landscape appears to have come 
a long way since first implementing 
rules and regulations to the level of 
mature markets in 2008. Today, it 
is a well-developed country with 
highly sophisticated rules and regu-
lations, a prospering industry, and 
public as well as private stakehold-
ers converging in an effort to real-

ize potential synergies. Located at 
the geographic heart of Europe and 
serving as a transit nation between 
Western and Eastern Europe, the 
Czech Republic certainly holds the 
key to the door of greatness!

LIFTING THE LID ON THE 

CZECH-SLOVAK DYNAMIC

The Czech Republic and Slova-
kia share a common heritage as 
“Czechoslovakia” prior to the velvet 
divorce and parting of ways back 
in 1993. 23 years later, many com-
panies still regard both markets as 
one—rightfully so, explains Renata 
Martinakova, country manager of 
LEO Pharma Czech Republic and 
Slovakia, “the most significant suc-
cess in the past two years was the  
successful restructuring of our or-
ganization across both markets into 
one cluster organization rather than 

Renata Martinakova, country manager of LEO Pharma 

Czech Republic and Slovakia; Jana Mittman, general 

manager for Exeltis Czech Republic and Slovakia; Jozef 

Urban, general manager, Angelini
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having two separate 
entities. I matched 
both teams and 
merged them which 
allowed me to uti-
lize a leaner cost 
structure and syn-
ergies benefiting 
patients and busi-
ness development 
alike.” She further-
more elaborates that LEO Pharma now enjoys “signifi-
cant growth potential to tap into which is just one of the 
reasons why we’re so important towards LEO Pharma’s 
global operations!” 

Indeed, LEO Pharma is not the only pharmaceutical 
company busy realizing the potential synergies between 
both markets.  Juan Carlos Conde, recently made general 
manager for Teva Czech Republic & Slovakia, aligns with 
the former explaining that he has “implemented some 
structural changes in order to enhance effectiveness and 
efficiency in both markets alike. Rather than on a country 
basis, so as to be able to operate as cluster with individual 
business units.” “I am not saying that both countries are 

the same, yet they are similar enough that most challeng-
es can be solved with the same solution,” he analyses.

However, clustering both markets is not as easily per-
formed as it might initially appear, explains Jana Mit-
tman, general manager for Exeltis Czech Republic and 
Slovakia. “Although I was able to apply some learning 
to the Czech market and although we’ve been one coun-
try for many years, the Slovak and Czech people as well 
as their respective markets are most contradistinctive. 
My initial priority upon assuming responsibility for our 
Czech affiliate was to get to know the country. I had 
to meet people, study the country, and look for advice 
and information, thus completing the picture of the new 
market and learning how to do business in the Czech 
Republic” says Mittman. Although challenges needed 
to be overcome, Mitmann elaborates that the synergies 
are evident as “despite the differences, I can confidently 
say that we adapted our operations to the Czech market 
and Czech people just as successfully as we established 
ourselves in Slovakia. We were able to grow our market 
share by 35 percent within the last two years and only 
one competitor out of almost 20 is able to grow as fast 
as we do and compete.” 

Although the markets are different as such they do 
have certain aspects in common, as Lucia Frzonová, 
country manager Czech Republic & Slovakia for Wör-
wag explains,” historically, as we were one country for 
many years, aspects such as client mentality and com-
munication are highly similar.” The common history as 
one country also impacts the scientific landscape of both 
countries, elaborates Frzonová, “two universities—one 
in Prague and one in Bratislava— dominate the scientific 
landscape and today’s industry professionals that have 
graduated from these universities are still linked. For us 
as pharmaceutical company, the latter benefit is quite 
significant as it naturally results in an excellent network. 
This scientific link also allows us to easily transfer our 
positive image from one country to the other.” 

Lucia Frzonová, country manager, 

Czech Republic & Slovakia for 

Wörwag; René Bastl, managing 

director, Merck
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T� Competitive Training 2.0: 

Does your company provide 

basic and advanced Pharma 2.0 

competitive training annually 

for the non-sales professionals 

that are members of extended 

brand teams (e.g., marketing, 

marketing research, medical 

affairs, account management, 

marketing research, public 

affairs/communications, com-

petitive intelligence, payer pro-

fessionals, public policy, clinical 

research, business development, 

legal and regulatory profession-

als, etc.)?

Directions: Count the number 

of checked boxes. See your com-

pany’s or brand team’s relative 

competitive rating ahead.

10-12 checked boxes: Winning 

Pharma 2.0 Company. Congratu-

lations! Your company is leverag-

ing the Pharma 2.0 framework 

and is excelling at an extremely 

high level of competitive compe-

tence. Focus on developing one 

new Pharma 2.0 capability.

7-9 checked boxes: Competitive 

Pharma 2.0 Company. Nice job! 

Your company outperforms 

some of its peers on a regular 

basis. See if you can adopt two 

or more additional Pharma 2.0 

capabilities, such as Competitive 

Conference Management or 

Competitive Trial Management, 

to reach the next competitive 

level. Make sure your company 

is conducting Competitive Simu-

lations on a regular basis against 

leading competitors to learn 

Pharma 2.0 best practices. 

4-6 checked boxes: Participating 

Pharma 1.0 Company. Unfortu-

nately, your company needs to 

improve dramatically to start win-

ning. Identify two or more areas 

where your fimr can readily adopt 

winning Pharma 2.0 approaches, 

such as Product Launch 2.0, Prod-

uct Counter-Launches or Election 

Campaign Platform 2.0. To 

enhance your competitiveness, 

seek Pharma 2.0 Competitive 

Training for your non-sales pro-

fessionals. 

1-3 checked boxes: Spectating 

Pharma 1.0 Company. Your com-

pany needs to overhaul its corpo-

rate approach to competing. 

Senior management and therapeu-

tic leaders need to take the lead by 

offering fundamental Pharma 2.0 

Competitive Training for all non-

sales professionals. 

Continued from Page 53
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T
his month’s National 

Organization for Rare 

Disease (NORD) con-

ference should be a hot 

ticket. Surely laurels will be 

awarded should members of the 

Sarepta Therapeutics team be on 

site. The up and down saga to 

gain approval for Serepta’s  

Exondys 51, the first drug 

cleared to treat Duchenne mus-

cular dystrophy (DMD), will no 

doubt be top of mind for all in 

attendance. One thematic ele-

ment of this complex story hints 

at a fundamental truth, leaving 

no question as to why the DMD 

community hosts its yearly event 

inside the DC beltway, and 

holds court in the region year 

round.

Some see Exondys 51’s  

approval as a questionable new 

precedent, deprioritizing effi-

cacy in regulatory decisions. 

What steps might a new player 

in the rare disease space want to 

consider? See one path below.

Steps Toward 
Rare Disease Success
When lobbying tips the scales: a path to drug approval

1. Target your population. In doing so, consider the 

following. How effectively can your patients pull at 

heartstrings? 

2. Get your patients and families active! Politically 

active, that is. Walks and jogs of course, but don’t 

forget social media. Calls and open letters to your 

congressional representatives can go a long way.

3. You’ve waited long enough, start developing your 

drug. Think innovatively. Try new things. Vague, 

unproven, untested? That’s ok.

4. Reach out to the press. You’ve got a great story to tell.

5. Call on your congressman or woman again. Keep 

them up to date.

6. Get that trial going. Recruit your patients. We know 

multiple large trials are impossible, so don’t worry 

about that. And placebo-controlled? Don’t worry about 

that either—#EthicalDilemma.

7. That reminds me, did you start a hashtag.

8. Seek approval.

9. Repeat steps 2, 4, 5 and 7 if there’s a hold up.

10. Congratulations, you’re approved! Don’t worry if the 

trial was inconclusive. Strong data on safety and 

effi cacy can wait. Gear up for your post-approval study 

and patient monitoring. Though be warned, what has 

been given can be taken away.

11. Let’s talk price.

FDA is in a tough position any 

time it has to make a decision as 

heated as Exondys 51’s approval. 

The infi ghting at the agency that 

has been widely reported is a 

clear indicator of the seriousness 

with which it took the mission. 

If a precedent has been set, 

let’s hope it’s for leniency toward 

conditional approvals that it will 

be willing to revoke, should 

post-approval, real-world evi-

dence merit. Removing a drug 

like Sarepta’s from the market 

could once again raise intense 

emotion and require supreme 

fortitude, especially if another 

treatment is not yet approved—

or close—offering patients hope. 

Also, let’s hope the decision to 

approve conditionally properly 

incentivizes the investment com-

munity to continue ventures in 

promising science in the risky 

world of rare disease.

None should malign patients, 

the challenges they face, nor for 

that matter, healthcare profession-

als and industry members in their 

laudable persistence to give them 

an option. Additionally, it is cru-

cial for decisions about treatment 

choices to fully weigh the futures 

such patients face (from their own 

testimonials), and the fact that 

they often are fully willing to take 

burden upon themselves for a 

chance at a better and/or pro-

longed life—if not for them, for 

future sufferers of their affl iction. 

But given the new demands 

for greater patient involvement in 

the process and for real-world 

data to be counted, how tall a 

challenge will FDA face to remain 

credible as a reliable, sometimes 

calculating, but rational and pre-

cise arbiter of science, especially 

in election seasons? If patients 

can sway votes, votes may pre-

cede science. So don’t forget to 

write your representative. 
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many factors, such as speed, driver input and road conditions. See Owner’s Manual for details. 3The Pedestrian Detection system is designed to detect a pedestrian ahead of the vehicle, determine if 
impact is imminent and help reduce impact speed. It is not a substitute for safe and attentive driving. System effectiveness depends on many factors, such as speed, size and position of pedestrians, 
driver input and weather, light and road conditions. See Owner’s Manual for details. 4Lane Departure Alert is designed to read lane markers under certain conditions, and provide visual and audible 
alerts when lane departure is detected. It is not a collision-avoidance system or a substitute for safe and attentive driving. Effectiveness depends on many factors. See Owner’s Manual for details. 
©2016 Toyota Motor Sales, U.S.A., Inc.

With impressive fuel economy, available Pre-Collision System2 with Pedestrian Detection3  

and Lane Departure Alert4 with Steering Assist plus Electronic On-Demand All-Wheel Drive  

with intelligence, the versatile 2017 RAV4 Hybrid offers everything you need in a fleet vehicle.  

Learn more at fleet.toyota.com.
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consumer health

Catalent. More products. Better treatments. Reliably supplied.™    

us + 1 888 SOLUTION (765-8846)  eu + 800 8855 6178  catalent.com/consumer

innovative 
otc products.
better line extensions.
faster to market.

TECHNOLOGY  

SPOTLIGHT 

LIQUI-GELS® CAPSULES

· Ideal delivery for analgesics, 
cough, cold and allergy

· Convenient and easy-to-swallow

· Better bioavailability with 
potential for faster absorption

· Flexible dosing for single 
and combination APIs 

· Greater differentiation for 
your brand with customizable 
shapes, sizes and colors More than 80 years of innovation in consumer-preferred dose 

forms. 300+ products launched across 70+ markets, locally-

developed and reliably supplied from 10 sites on 5 continents.
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Catalent. More products. Better treatments. Reliably supplied.™    

us + 1 888 SOLUTION (765-8846)  eu + 800 8855 6178  catalent.com/consumer

innovative 
otc products.
better line extensions.
faster to market.
More than 80 years of innovation in consumer-preferred dose 

forms. 300+ products launched across 70+ markets, locally-

developed and reliably supplied from 10 sites on 5 continents.

http://catalent.com/consumer
http://catalent.com/consumer


<<
  /ASCII85EncodePages false
  /AllowTransparency false
  /AutoPositionEPSFiles true
  /AutoRotatePages /None
  /Binding /Left
  /CalGrayProfile (Dot Gain 20%)
  /CalRGBProfile (sRGB IEC61966-2.1)
  /CalCMYKProfile (U.S. Web Coated \050SWOP\051 v2)
  /sRGBProfile (sRGB IEC61966-2.1)
  /CannotEmbedFontPolicy /Warning
  /CompatibilityLevel 1.4
  /CompressObjects /Tags
  /CompressPages true
  /ConvertImagesToIndexed true
  /PassThroughJPEGImages true
  /CreateJobTicket false
  /DefaultRenderingIntent /Default
  /DetectBlends true
  /DetectCurves 0.0000
  /ColorConversionStrategy /LeaveColorUnchanged
  /DoThumbnails false
  /EmbedAllFonts true
  /EmbedOpenType false
  /ParseICCProfilesInComments true
  /EmbedJobOptions true
  /DSCReportingLevel 0
  /EmitDSCWarnings false
  /EndPage -1
  /ImageMemory 1048576
  /LockDistillerParams false
  /MaxSubsetPct 100
  /Optimize true
  /OPM 1
  /ParseDSCComments true
  /ParseDSCCommentsForDocInfo true
  /PreserveCopyPage true
  /PreserveDICMYKValues true
  /PreserveEPSInfo true
  /PreserveFlatness false
  /PreserveHalftoneInfo false
  /PreserveOPIComments true
  /PreserveOverprintSettings true
  /StartPage 1
  /SubsetFonts true
  /TransferFunctionInfo /Apply
  /UCRandBGInfo /Preserve
  /UsePrologue false
  /ColorSettingsFile ()
  /AlwaysEmbed [ true
  ]
  /NeverEmbed [ true
  ]
  /AntiAliasColorImages false
  /CropColorImages false
  /ColorImageMinResolution 300
  /ColorImageMinResolutionPolicy /OK
  /DownsampleColorImages true
  /ColorImageDownsampleType /Bicubic
  /ColorImageResolution 150
  /ColorImageDepth -1
  /ColorImageMinDownsampleDepth 1
  /ColorImageDownsampleThreshold 1.50000
  /EncodeColorImages true
  /ColorImageFilter /DCTEncode
  /AutoFilterColorImages true
  /ColorImageAutoFilterStrategy /JPEG
  /ColorACSImageDict <<
    /QFactor 0.76
    /HSamples [2 1 1 2] /VSamples [2 1 1 2]
  >>
  /ColorImageDict <<
    /QFactor 0.15
    /HSamples [1 1 1 1] /VSamples [1 1 1 1]
  >>
  /JPEG2000ColorACSImageDict <<
    /TileWidth 256
    /TileHeight 256
    /Quality 30
  >>
  /JPEG2000ColorImageDict <<
    /TileWidth 256
    /TileHeight 256
    /Quality 30
  >>
  /AntiAliasGrayImages false
  /CropGrayImages false
  /GrayImageMinResolution 300
  /GrayImageMinResolutionPolicy /OK
  /DownsampleGrayImages true
  /GrayImageDownsampleType /Bicubic
  /GrayImageResolution 150
  /GrayImageDepth -1
  /GrayImageMinDownsampleDepth 2
  /GrayImageDownsampleThreshold 1.50000
  /EncodeGrayImages true
  /GrayImageFilter /DCTEncode
  /AutoFilterGrayImages true
  /GrayImageAutoFilterStrategy /JPEG
  /GrayACSImageDict <<
    /QFactor 0.76
    /HSamples [2 1 1 2] /VSamples [2 1 1 2]
  >>
  /GrayImageDict <<
    /QFactor 0.15
    /HSamples [1 1 1 1] /VSamples [1 1 1 1]
  >>
  /JPEG2000GrayACSImageDict <<
    /TileWidth 256
    /TileHeight 256
    /Quality 30
  >>
  /JPEG2000GrayImageDict <<
    /TileWidth 256
    /TileHeight 256
    /Quality 30
  >>
  /AntiAliasMonoImages false
  /CropMonoImages false
  /MonoImageMinResolution 1200
  /MonoImageMinResolutionPolicy /OK
  /DownsampleMonoImages true
  /MonoImageDownsampleType /Bicubic
  /MonoImageResolution 300
  /MonoImageDepth -1
  /MonoImageDownsampleThreshold 1.50000
  /EncodeMonoImages true
  /MonoImageFilter /CCITTFaxEncode
  /MonoImageDict <<
    /K -1
  >>
  /AllowPSXObjects false
  /CheckCompliance [
    /None
  ]
  /PDFX1aCheck false
  /PDFX3Check false
  /PDFXCompliantPDFOnly false
  /PDFXNoTrimBoxError true
  /PDFXTrimBoxToMediaBoxOffset [
    0.00000
    0.00000
    0.00000
    0.00000
  ]
  /PDFXSetBleedBoxToMediaBox true
  /PDFXBleedBoxToTrimBoxOffset [
    0.00000
    0.00000
    0.00000
    0.00000
  ]
  /PDFXOutputIntentProfile ()
  /PDFXOutputConditionIdentifier ()
  /PDFXOutputCondition ()
  /PDFXRegistryName ()
  /PDFXTrapped /False

  /CreateJDFFile false
  /Description <<
    /ENU ([Based on '[Press Quality]'] Use these settings to create Adobe PDF documents best suited for high-quality prepress printing.  Created PDF documents can be opened with Acrobat and Adobe Reader 5.0 and later.)
  >>
  /Namespace [
    (Adobe)
    (Common)
    (1.0)
  ]
  /OtherNamespaces [
    <<
      /AsReaderSpreads false
      /CropImagesToFrames true
      /ErrorControl /WarnAndContinue
      /FlattenerIgnoreSpreadOverrides false
      /IncludeGuidesGrids false
      /IncludeNonPrinting false
      /IncludeSlug false
      /Namespace [
        (Adobe)
        (InDesign)
        (4.0)
      ]
      /OmitPlacedBitmaps false
      /OmitPlacedEPS false
      /OmitPlacedPDF false
      /SimulateOverprint /Legacy
    >>
    <<
      /AddBleedMarks false
      /AddColorBars false
      /AddCropMarks false
      /AddPageInfo false
      /AddRegMarks false
      /BleedOffset [
        0
        0
        0
        0
      ]
      /ConvertColors /NoConversion
      /DestinationProfileName ()
      /DestinationProfileSelector /DocumentCMYK
      /Downsample16BitImages true
      /FlattenerPreset <<
        /PresetSelector /MediumResolution
      >>
      /FormElements false
      /GenerateStructure false
      /IncludeBookmarks false
      /IncludeHyperlinks false
      /IncludeInteractive false
      /IncludeLayers false
      /IncludeProfiles false
      /MarksOffset 0
      /MarksWeight 0.250000
      /MultimediaHandling /UseObjectSettings
      /Namespace [
        (Adobe)
        (CreativeSuite)
        (2.0)
      ]
      /PDFXOutputIntentProfileSelector /DocumentCMYK
      /PageMarksFile /RomanDefault
      /PreserveEditing true
      /UntaggedCMYKHandling /LeaveUntagged
      /UntaggedRGBHandling /UseDocumentProfile
      /UseDocumentBleed false
    >>
    <<
      /AllowImageBreaks true
      /AllowTableBreaks true
      /ExpandPage false
      /HonorBaseURL true
      /HonorRolloverEffect false
      /IgnoreHTMLPageBreaks false
      /IncludeHeaderFooter false
      /MarginOffset [
        0
        0
        0
        0
      ]
      /MetadataAuthor ()
      /MetadataKeywords ()
      /MetadataSubject ()
      /MetadataTitle ()
      /MetricPageSize [
        0
        0
      ]
      /MetricUnit /inch
      /MobileCompatible 0
      /Namespace [
        (Adobe)
        (GoLive)
        (8.0)
      ]
      /OpenZoomToHTMLFontSize false
      /PageOrientation /Portrait
      /RemoveBackground false
      /ShrinkContent true
      /TreatColorsAs /MainMonitorColors
      /UseEmbeddedProfiles false
      /UseHTMLTitleAsMetadata true
    >>
  ]
>> setdistillerparams
<<
  /HWResolution [2400 2400]
  /PageSize [612.000 792.000]
>> setpagedevice


