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Pipeline Promise 
The calendar turning means one thing: our annual look 
at what’s new and emerging in biopharma R&D 

A s 2022 comes to a close, I can’t help but think of where healthcare 
was at this time last year. The Omicron variant of COVID-19 
took the world by storm, entering us into one of the most difficult 
periods of the pandemic. In the present, we are thankfully in a 

much better spot with regard to keeping cases at a lower number. This can be 
attributed to the work put in by drug developers to create the numerous COVID 
vaccines and therapeutics we have available. In this issue, we present our Annual 
Pipeline Report (page 18), which takes a look at intranasal and inhaled vaccines 
among other trending areas. In this eighteenth edition of  the report, we also 
highlight spinal muscular atrophy, hemophilia A, gene-targeted therapy, and RNA 
therapeutics. They represent particular areas that have caught the industry’s eye 
the past year and show promise of  advancing life-changing therapies in 2023. 

Speaking of  R&D and looking forward to the new year, which often serves 
as a great time to make improvements to our own lives, Fran Pollaro, senior  
editor, uses this lens to take a look at emerging biopharma companies (page 28). 
According to the IQVIA Institute for Human Data Science, drugs developed by 
these organizations represent 65% of  the total pharma product pipeline. How-
ever, additional research in the article suggests almost half  of  these companies, 
if  their drug wins approval, fail to reach their sales forecasts after two years. 
Where is the disconnect? What can be improved in their marketing strategies?

This final issue of  2022 also features an executive profile (page 14) from Mike 
Hollan, editor, on Kimberly Moran, head of  rare diseases in the US for Bel-
gium-based biopharma UCB. With nearly two decades of  experience in pharma, 
Moran currently oversees UCB’s US rare disease commercial organization and 
develops launch strategies for new products in the market.

As always, thank you for reading, and we look forward to keeping you updated 
on all the latest in pharma in 2023. 

Mike Hennessy Jr
President and CEO 

of  MJH Life Sciences®
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Medical Affairs Uptick
According to an article from the Pharmaceutical Executive archives  
(http://bit.ly/3hXdfmG), the medical affairs function has grown by 
more than 300%, making it one of the fastest growing in pharma, 
medical devices, biotech, and diagnostics, as the latter outside of 
pharma build out their own respective medical affairs and medical 
science liaison teams. 

Search for “medical affairs” on PharmExec.com, and a 
bevy of resources explain the modernization and adapt-
ability of that function. 

We have noted the downward trajectory of pharma-
ceutical sales reps over the years, with a rise in omnichannel and 
targeted communication to HCPs over the past two to three years. 
HCP communications also involve a more collegial conversation; 
the same one in which medical affairs has always existed.

At Pharma 2022, a number of presenters took on the medical 
affairs topic. On a panel, one speaker noted that sales reps can’t 
manage the whole complexity around the drug conversation now. 
And that’s not a ding on them; the complexity around drugs is 
very tangible—from clinical trials, to the launch planning, a mar-
ket access plan, and the supply chain. With that many players 
involved, who would expect one person to have all the answers? 

A senior director at Moderna noted that not only clinicians 
want more from pharma, but so do patients in areas of diagnosis 
and services. Where medical affairs can help is interpreting and 
communicating not just therapeutic area-specific info, but also in 
mapping patient journeys, using data and analytics to guide phy-
sicians on treatment outcomes, and engaging with payers in regard 
to real-world evidence. 

Similarly, a Roche representative noted at Pharma 2022 that 
sales reps are no longer the single source of information for health-
care professionals. The HCP will still have one point of contact, 
usually a medical science liaison, who can bring in expertise or the 
correct point person for the information requested. For Roche, this 
change in medical affairs was part of an overall internal exercise 
the company used to review its processes toward more agile meth-
odologies. The company looked at moving timelines from “what 
you want to do in 18 months” vs. 90 days and fundamentally rethink 
whether processes were helpful or harmful to goals and ensuring 
healthcare and patients were at the center of these processes. 

And, finally, a therapeutic area lead from Janssen EMEA noted 
that its own medical cloud, used only for EMEA-based healthcare 
professionals, is useful for communications and analysis for what 
HCPs want, as well as acting as a centralized resource. Near-term 
goals are to bring medical affairs into where launch gaps may be, 
with a focus on the medical education space to discover what HCPs 
actually want from these events and map that back to launches.

What was presented at these conferences reinforces the topics 
of the articles mentioned on our website. From use of AI and data 
to HCP communications and behavior and measuring value, the 
medical affairs function is definitely on the uptick. 
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JILL WECHSLER
is Pharmaceutical Executive’s 
correspondent in Washington 
and can be reached at 
jwechsler7@gmail.com.

Pandemic and Politics 
Shaped Pharma 
and FDA in 2022
Year characterized by mix of key advances, contentious stances 

T his past year has been marked by continued efforts to 
develop, regulate, and distribute important therapies 
and vaccines to treat lethal and rare diseases, including 
the still dangerous COVID-19 virus. Despite generally 

high praise for biopharmaceutical companies in advancing these 
efforts, industry was unable to block the adoption of  price controls 
for prescription drugs, a policy that risks limiting research in some 
areas. At the same time, the tense political environment leading up 
to the November mid-term Congressional elections blocked agree-
ment on many important legislative and regulatory initiatives for 
FDA, delaying until the very last moment reauthorization of  criti-
cal user fee programs to support the agency. Despite the anxiety 
generated by that cliff hanger, FDA succeeded in maintaining an 
efficient oversight and approval program for new and important 
therapies and issued multiple new guidances, renewed field inspec-
tions, and launched a range of  initiatives to support public health. 

The delay in Congress renewing user fees for drugs, biologics, 
generic drugs, medical devices, and biosimilars hampered FDA 
planning and put multiple new programs on hold. Uncertainty over 
future funding made it difficult to attract much-needed new staffers 
to the agency. And the need to drop from the fee bill a host of  leg-
islative proposals put in limbo important measures to strengthen 
FDA’s accelerated approval process, update regulation of  new in 
vitro diagnostics, and enhance FDA’s authority to regulate cosmetics. 

At the same time, the Biden administration succeeded in push-
ing through legislation to limit price increases on certain drugs 
and to authorize negotiations on leading medicines covered by 
the Medicare program. While advocates predict that the policy 
will yield billion-dollar savings in the years ahead and plan to 
press for curbs on high launch prices, biopharma companies claim 
it will discourage biotech innovation in areas facing uncertain 
long-term return on investment. 

Meanwhile, industry pushed back against expansion of  the 
federal 340B program, which authorizes steep discounts on drugs 
distributed to certain hospitals and clinics, and also joined efforts 
to question rebate and coverage practices of  pharmacy benefit 
managers that play a key role in how drugs are covered and made 
available to patients. 

MODERNIZING R&D AND PRODUCTION
A preferable strategy for pharma in curtailing drug prices is to 
achieve more efficient and less costly clinical trials, a goal that has 
prompted a range of  industry and FDA initiatives to modernize 
biopharma research operations. The pandemic supported wider 
use of  remote and online systems to enroll study participants and 
oversee treatment and patient status, with digital technologies 
becoming more widely used for patient monitoring. These 
approaches also appeared effective in advancing diversity among 
study participants, where remote site visits may facilitate enroll-
ment of  individuals facing difficulties traveling to clinical sites. 

The ongoing surge in R&D for cellular and gene therapies 
prompted a reorganization and expansion of  FDA offices oversee-
ing these products and efforts to clarify and update regulatory 
policies in this area. The importance of  FDA providing individu-
alized advice for these therapies highlights the critical need for the 
agency to attract experts to its staff able to oversee and encourage 
new methods and innovations. 

Continued shortages in both new and long-used drugs and med-
ical products fueled FDA efforts to encourage industry adoption of  
advanced manufacturing systems and support for regulatory pro-
grams designed to ensure production of  high-quality treatments on 
a continual basis. Similarly, the expansion in innovative biotech ther-
apies and vaccines highlighted the importance of  modern produc-
tion methods able to quickly ramp up production of  new treatments. 

MANAGING CRISES
This past year was a difficult one for FDA Commissioner Robert 
Califf, who faced critical questioning and a long delay in gaining 
Senate confirmation to head the agency again after a brief  time as 
commissioner in 2016. Califf came back to FDA with long experi-
ence in advancing the development and oversight of  new therapies 
to further combat global pandemics and lethal diseases. However, 
the commissioner had to spend much time and energy on a host of  
health crises, including a serious shortage in infant formula, rising 
death rates from opioid overdoses, pressure to curb marketing of  
vaping products and e-cigarettes, as well as combatting  misinfor-
mation about coronavirus medical treatments and vaccines. 
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REFLECTOR
is Pharmaceutical Executive’s
correspondent in Brussels.

A nyone who is exhausted by hearing about the upcom-
ing revision of European Union pharmaceutical rules 
can ignore this article—but at a cost. One of the 
heads of the hydra-like rewrite of this wide-ranging 

legislation, now scheduled to start discussion in early 2023, will 
cover shortages. Not the sexiest of topics, but one with numerous 
implications for pharmaceutical executives everywhere, and—as 
is becoming apparent to all those British commentators who five 
years ago lightly dismissed the implications of leaving the             
EU—some realities ignored are still going to come back and bite.

Within the European healthcare community, there is no short-
age of opinions on shortages. Patient and consumer organizations 
in Europe were already complaining about supply problems before 
the COVID-19 pandemic intensified the challenges, and they do 
not consider the recent remedial strengthening of the European 
Medicines Agency will be sufficient to fill the gaps. Among their 
favored remedies are tighter obligations on drug firms to launch 
their products everywhere in Europe and to keep them on the 
market under pain of tough penalties. Europe’s doctors want to see 
obligations on companies to stockpile safety supplies of medicines. 
The European Parliament contains plenty of advocates of the impo-
sition of mandatory quotas on manufacturers, and even the creation 
of state-run drug manufacturers charged with ensuring continuous 
supply of critical medicines in rivalry to the private sector. And 
national drug authorities are keen to obtain much more data on 
upcoming supply risks much earlier. While nobody is pretending 
the answer is simple, there are plenty of recommendations being 
made that look simple, and many that, therefore, present real 
threats to the management of private sector pharma companies.

Faced with the prospect of some disruptive and interventionist 
regulation, the research-based drug industry in Europe came out 
in November with a series of recommendations on how they see 
the future—and it has, in the process, adroitly argued to advance 
its own interests across a range of related issues that the EU drug 
laws rewrite will also be tackling.  Needless to say, it gives its       
backing—in very general terms—to the concept of greater EU 
involvement. But on specifics, it aims to lay down some of its own 
red lines about what form the solutions should take.

It emphasizes that the root causes of shortages varies from case 
to case and arise from many different factors that make a one-size-
fits-all approach unworkable. This is a point that has been recog-
nized already by the European Commission but not necessarily by 
all the other stakeholders—who are jockeying to influence the 
shape of the new rules. To protect itself against blanket legislation, 
the industry is arguing for a risk-based approach focusing on crit-
ical medicines, hinting that well-intentioned overregulation could 
make the problem worse.

The industry also concedes the need for better information on 
product availability—exploiting in the process a potential oppor-
tunity to strike a blow against the parallel importing it has for years 
opposed. It is arguing that the computerized system it created to 
tackle drug counterfeiting in Europe should be deployed as a source 
of data to combat shortages, too. This is a move that has long been 
contested by wholesalers and pharmacists, not least (though not 
publicly) on the grounds that the increased transparency could 
limit their ability to practice parallel trade.

Industry fire is also turned on the suggestions floating around 
that government should interfere in companies’ supply chains. 
Europe’s industry can, it insists, “rely on the strong EU                        
manufacturing and R&D footprint, as well as open trade with reli-
able  partners.” There should be no obligations on dual sourcing 
nor mandatory safety stocks, and the forced repatriation of the           
manufacture of active ingredients or of finished products “is neither 
feasible nor beneficial to the EU.”

The debate is also offering industry the chance to push its case 
for electronic patient data to take the place of package inserts. On 
the grounds that patient information online is more flexible—in 
terms of updating and of language—it has been aiming to over-
come more conservative views of the importance of patients hold-
ing a piece of paper in their own language when they take a drug. 
Easing shortages can be assisted if stock can be moved quickly and 
easily across the 20-plus national languages across the EU’s mem-
ber states, industry points out. Make a start, it is urging, with hos-
pital products—seeing a possibility to get a foot inside a resistant door.

None of this is going to be decided in the near future. The 
importance right now is in getting a proposal that is workable. 

Seeking Concrete 
Solutions to Europe’s 
Supply Problems
No shortage of views being expressed on drug shortages
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Brand Insights - Thought Leadership 
from Marketers | Paid Program

T he development of  psychedelic drugs for the treatment 
of  mental health conditions has attracted a flood of  
funding over the past five years, with over $1.5 billion 
invested in the sector in 2021 alone (see Figure 1 on 

facing page). This investment has been driven by recognition of  
the considerable commercial potential of  psychedelics for mental 
illness, an area of  high unmet need further exacerbated by the 
COVID-19 pandemic. Closer analysis of  the patterns of  this 
funding can help illustrate the specific challenges facing the devel-
opment and commercialization of  these novel products.

Today there are over 50 psychedelic compounds in clinical 
trials, with around 15 ongoing Phase II trials.1 This progress has 
been strongly supported by cash flow into startup drug develop-
ment companies, with a boom in funding during 2020 and 2021 
led by high-performing IPOs.2 However, these investments now 
face a clear test, and a resulting pause in further investment as 
investors wait to scrutinise crucial clinical trial results due in late 
2022 and early 2023.3 This moment of  reckoning is a significant 
factor in 2022’s more modest stream of  psychedelic investment, 
with around $570 million invested to date.

While the funding for drug development may have slowed 
down in 2022, the story for other companies in the psychedelics 
sector is notably different and reveals the breadth of  challenges 
facing the development of  psychedelic drugs. While in 2020, psy-
chedelic companies outside of  drug development accounted for 
around 10% of  all investments in the sector, today these compa-
nies comprise almost 30% of  investments. Around $100 million 
of  funding since 2020 has been directed to companies setting out 
to solve challenges in running psychedelic clinical trials through 
manufacturing and clinical trial support. This includes new psy-
chedelic drug manufacturers with licenses to handle and distrib-
ute Schedule 1 controlled substances, such as Psygen4, and clini-

cal trial organizations with expertise in frameworks for running 
successful placebo-controlled trials with hallucinogenic sub-
stances, such as Clerkenwell Health.5

Other funding streams are directed at companies thinking 
beyond clinical trials, to the successful commercialization and 
delivery of  psychedelic drugs. Given that psychedelic drugs are 
currently developed as part of  a psychedelic-assisted psycho-
therapy package, this is as critical to the commercial success of  
psychedelics as the scientific and clinical evidence for the drug 
compound itself. To provide safe and efficacious psychedelic-
assisted psychotherapy, and to ensure patentable protocols for 
decades-old compounds, strict protocols must be followed for 
each compound by specially trained therapists in standardized 
clinic settings. These requirements are reflected in the establish-
ment of  training providers for psychedelic-assisted psychothera-
pists, such as Fluence6, as well as the steady funding of  clinic 
networks in the US, such as Field Trip Health7, currently focused 
on ketamine-assisted psychotherapy, although poised to switch 
to psychedelics upon approval.8 

However, the current level of  funding is unlikely to fully resolve 
the core challenge in commercializing psychedelic drugs: capac-
ity within the mental healthcare system.9 Through analyzing the 
therapeutic protocols of  psychedelic compounds in Phase II and 
III development (see Figure 2 on facing page), the level of  infra-
structure required to deliver psychedelic-assisted psychotherapy 
is high. On average, around 40 hours of  therapist time will be 
required for a single dose of  psychedelic drug when considering 
preparation, dosing, and integration sessions. Although this 
requires fewer healthcare resources than a course of  electrocon-
vulsive therapy10 or transcranial magnetic stimulation11, the 
potential addressable patient population for psychedelics is sig-
nificantly higher. 

Pressing Pause on 
Psychedelic Cash: 
Analyzing the Challenges 
in Psychedelic Drug 
Development
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Looking forward, the key inflection points in the develop-
ment of  psychedelics will come in the form of  Phase II and III 
clinical trial results, followed by the establishment of  commer-
cial infrastructure for their delivery. As these results materialize, 
and companies continue work on developing next-generation 
psychedelics with improved properties and increased patent-
ability, more traditional biopharma players are likely to enter 
the space. Pharma companies may capitalize on this opportu-
nity to enter an historically challenging therapeutic area through 
mutually beneficial arrangements providing access to innovation 
in exchange for commercialization support. 

Visit lek.com to learn more about L.E.K.’s Life Sciences Practice or contact 
L.E.K. Partner, Adrienne Rivlin, at a.rivlin@lek.com 
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Figure 2. Psychedelic-assisted psychotherapy protocol
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Figure 1. Investments in psychedelics companies by type (2017-22)
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Pharma Needs to    
Look Internally for  
New Leadership
Companies should search within to gain talent edge

As the war for talent continues, most leaders in the 
pharma industry are looking for ways to secure the 
best talent. The issue isn’t simply attracting new     
workers, however; it’s also ensuring that the current 

employees don’t leave. It is a constant fear and struggle for many 
that a department that had been running smoothly will suddenly 
fall into chaos with the unexpected departure of  an important 
team member.

Leslie Loveless, CEO of  Slone Partners, 
a life science recruiting firm, explains in an 
interview with Pharmaceutical Executive how 
drugmakers are feeling the heat from the 
war for talent, especially in the c-suite.

 “One of  the ongoing conversations I’m 
having once or twice a week is someone say-
ing, ‘Well, it has to be getting easier in terms 

of  hiring because there’s been quite a bit of  downsizing and lay-
offs this year,’” says Loveless. “The reality is—although you can 
see in the news that a company is cutting back up to 50% of  its 
workforce—what you don’t see is that those cuts are not happen-
ing in the c-suite. The demand for talent at the top levels in an 
organization is as tight [or tighter] than ever.”

According to Loveless, many recruiters for high-level positions 
are looking at the same people. This brought up another issue; there 
may be a lot of  diversity among workers in the life sciences and 
healthcare, but leadership roles remain stubbornly homogeneous.

To combat these issues, companies need to start looking inter-
nally. While it’s true in most businesses that promoting from within 
can be a better option than hiring externally, it’s especially true for 
life sciences companies. These organizations require professional 
staff who can both understand the science as well as the business 
side of  the company, especially in leadership roles. Those can be  
hard roles to fill. 

To that end, companies can benefit from identifying key people 
internally and then building them a solid career path. Since indi-
viduals already working within the organization have a proven track 
record and understand and contribute to the culture, it’s worth it 
to take the extra time to train them to take on leadership roles.

“It’s about building the bench and making sure that every single 
time you need to hire someone for leadership, you don’t have to go 
outside because you have people internally who have been groomed 
for that next stage of  growth in that organization,” explains Love-
less. “They understand who the company is, they are believers in 
the story, and [they] will be a great part of  the success going forward.”

Building these career paths requires companies to take notice 
of  their employees’ needs and areas where they can improve. It’s 
important for management to discuss with their direct reports 
where they want to be in three to five years and make sure those 
goals align with how the company foresees those employees’ 
career development paths. That way, managers can start training 
employees in the areas where they need improvement so that by 
the time a position opens up, that person is ready to step into it.

There are also practical reasons why companies want to focus 
on their employees’ career plans and paths. Employees may feel 
less likely to look for positions on the outside if  they feel they have 
a solid plan for advancement at their current job. They may also 
be less likely to be interested in offers that may come their way.

Loveless stresses that there are times when it is necessary to 
hire externally, especially for smaller and newer companies. A life 
sciences organization in the early stages, for example, needs some-
one with experience raising capital and working with regulators 
to get the company off the ground. It’s still important, however, 
to make the internal staff feel engaged through a clear shared vision.

Diversity, equity, and inclusion (DE&I) initiatives can also have 
a positive impact on life sciences recruiting efforts, Loveless points 
out, particularly if  companies are offering flexible work options, 
which can help in attracting new talent and retaining current  
talent that might otherwise consider leaving the company. 

When companies combine smart DE&I initiatives with an inter-
nal promotion strategy, this will naturally provide a wider range of  
internal candidates to be considered for potential leadership positions.

Hiring and promoting internally has traditionally provided  
pharma organizations with many benefits. During the war for tal-
ent, however, it’s a powerful strategy that companies can use to 
avoid losing important members of  their teams or finding them-
selves unable to fill critical leadership roles. 

Leslie Loveless
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In today’s world, companies face increased scrutiny from a host 
of  stakeholders like investors, customers, employees, policy-
makers, and media. And with the myriad of  ways to consume 
news today, visibility is at its peak. 

Transparency, accountability, and trust are being addressed now 
more than ever throughout all industries—diversity, equity, and 
inclusion and environmental, social, and governance initiatives being 
top of  mind. Ignoring an issue until it goes away, or inaction, is 
considered an action, one that can infer or inform where a company 
or entity stands as perceived by consumers or by current or  
potential employees. 

According to a 2020 study, the “Edelman Trust Barometer,” 70% 
of  consumers said that trusting a brand is more important today 
than in the past. Further, 81% of  respondents said personal vulner-
ability around health, financial stability, and privacy is a reason why 
brand trust has become more important; and 74% indicate a brand’s 
impact on society is a reason why brand trust has become more 
important. The 2021 version of  the study revealed that the US, 
already in the bottom quartile for trust worldwide, continued its 
downward trajectory, indicating people have less confidence in     
societal institutions—business, government, NGOs, and media.

In 2021, Pfizer and Moderna took to social media, radio, and 
even late-night television to address vaccine hesitancy. Under emer-
gency use authorization, specific unbranded products were not 
allowed to be advertised; thus, fair balance wasn’t required. But with 
Pfizer and Moderna being the only real options, it wasn’t difficult to 
figure out the vaccines were being advertised. As corporate pharma 
brands, they are first of  their kind. COVID-19 vaccine profits would 
have been record-breaking without advertising at all, but amplifying 
the brand was smart business. 2021 saw Pfizer record overall pre-
scription drug sales of  $72 billion, with $37 billion from its COVID-
19 vaccine, Comirnaty, alone. 

Since the vaccines were made available, Pfizer released two 
“unbranded” television spots. In recent months, the first Comirnaty 
branded spots appeared: “Hard on Everyone,” targeting teens after 
approval for the age group; and “More,” which addresses getting 
back to normal. Both ads, as required, provide fair balance by list-
ing potential side effects and benefits equally, as reviewed by FDA.

Enter the agency. On Oct. 17, FDA posted a meme on its Ins-
tagram account that shows SpongeBob getting out of  his chair 
with the text: “WHAT’S THAT? YOU’RE NOT BOOSTED? 
IGHT IMMA HEAD OUT.” The question begs, who is the 
intended audience? 

It’s established that the vaccine doesn’t stop infection or trans-
mission but helps with severity of  infection. Yet, FDA doubled down 
on Nov. 7 in an Instagram post: “YOU’RE NOT BOOSTED? 
YOU’RE KILLING ME SMALLS!”—this time deploying “Ham” 
from the popular 1990s kid’s movie The Sandlot. 

Recent variants don’t carry the same virulence as variants past, 
and most lack concern, as evidenced by the 10% uptake of  the 
bivalent COVID-19 vaccine. Is FDA an entity designed to protect 
citizens or one that serves as a marketing arm? 

There have been other events, including:
• On Oct. 30, the CDC’s advisory committee on vaccines 

voted unanimously (15-0) to add COVID-19 vaccines to the 
childhood immunization schedule.

• Thus, the vaccines received full liability protections under 
the National Childhood Vaccine Injury Act of  1986, and 
then later that same day, Pfizer raised its cost-per-dose by 
400%, ultimately to be paid for by insurance companies and          
the government. 

Three weeks prior to the vote, Pfizer partnered with Marvel on 
a comic eBook, “Everyday Heroes,” and posted on their social feeds 
to remind readers to: “Vaccinate and stay up to date with the latest 
recommended booster for you and be an everyday ‘hero.’”

These events have me wondering about the limits of  brand trust 
around COVID-19, whose job COVID-19 vaccination awareness 
falls to, and where advertising limits lie. In an industry that is highly 
regulated and has always straddled the fence of  being profitable vs. 
altruistic, this is alarmingly unregulated. The pharmaceutical indus-
try is full of  actual heroes that strive for the greater good. Ironically, 
it’s also an industry that struggles to keep an image of  integrity intact. 
Transparency and trust are two pillars that the industry must con-
tinue to embrace through its sales and marketing efforts as well as its 
actions. Yet, messaging from pharma companies and federal entities 
like FDA has become muddled. How will this impact trust? 

Aligning Trust and 
Transparency in
Brand Messaging
Whether pharma or FDA, healthcare outreach more visible than ever
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I n January 2020, healthcare industry movers and shakers 
descended on San Francisco for the 38th Annual J.P. Mor-
gan Healthcare Conference, the definitive Woodstock of 
healthcare. Who could have imagined that we would not 

return until January 2023. What will we be talking about?

IMPLICATIONS OF INFLATION REDUCTION ACT
The Inflation Reduction Act (IRA) became law in August and 
gives Medicare the power to cut prices and cap out-of-pocket 
spending for seniors on some drugs. The legislation will also 
require drug companies to pay Medicare a rebate if they raise 
prices faster than the rate of inflation. This will be tough to   
implement, which is why Congress allocated $3 billion for it.

That said, companies and investors are concerned about the 
likelihood of  lower sales, reduced profitability, and fundamental 
shifts in R&D strategies. Some industry CEOs have said they have 
already initiated portfolio reviews through the lens of  the IRA. 
While there is still significant uncertainty among industry leaders 
around how the law may be implemented and how it will affect 
their businesses, many have cited that it will shape their decisions 
to cut back or reshape their research. The IRA reduces the attrac-
tiveness of  small-molecule innovation vs. biologics, which is unfor-
tunate given that these are the lowest-cost therapeutic options. Bio-
logics, or large molecules, tend to be far more complex and costly. 
The specific disincentive in the IRA for the development of  small-
molecule drugs is that they would be exempted from price negotia-
tions for only nine years post-approval, compared to 13 for biolog-
ics. It is also likely to discourage investments in additional indications 
over the course of  a drug’s lifespan, as the time for a return would 
be limited. Oncology is expected to be hit especially hard.

I’m sure there will be lots of  questions and debate about the IRA 
at JPM; but given the standstill in Washington between Democrats 
and Republicans, the law itself  is unlikely to change anytime soon.

M&A AND BUSINESS DEVELOPMENT
These two areas have, and always will be, core to the growth 
strategies of the largest biopharma companies. But it is expected 

that the pace of dealmaking will accelerate (despite a potential 
recession) for a multitude of reasons. Those include an innovation 
renaissance across the smaller “target” biotechs and record levels 
of firepower (> $1.2 trillion, according to the annual Firepower 
EY report) across the acquiror universe, which also find these 
parties needing to address a looming growth gap with upcoming 
losses of exclusivity for revenues of about $225 billion beginning 
in 2025. This is complemented by a high level of distress among 
the target biotech companies. Many public and private organiza-
tions are currently valued below cash, and many have limited 
access to the capital markets. It is estimated that about 40% of 
the sector will have less than 12 months of cash by year end. The 
IPO market has been shut down for all of 2022 and follow-ons 
confined primarily to those companies generating positive clini-
cal data, and even then, at highly dilutive valuations. Since its 
peak in February 2021, the biotech sector has gone through its 
longest and steepest bear market. Some very early-stage compa-
nies launched into the public markets during 2020 and 2021 
funded through limited or no meaningful clinical milestones have 
seen share price declines of ~90%.

Will sparks fly during the week of  the 41st Annual JPM Health-
care Conference this January 9-12? Could we see rotation out of  
value back into growth and biotech?

The reopening of  the economy ushered in by vaccines and 
therapeutics fueled a rotation out of  growth and into value stocks 
in anticipation of  a V-shaped recovery, which we got. That ulti-
mately led to the steepest Fed-led spike in interest rates in more 
than 40 years to tame the inevitable inflation, which, in turn, 
decimated valuations of  long-dated assets. 

Development-stage biotechs are the longest-dated asset class, 
and their stock prices fell precipitously in lockstep with the rise 
in rates and inflation. There is talk that a peak in rates and infla-
tion could be in our line of  sight as is a potential recession. If  so, 
investors may rotate back into growth and biotech, specifically. 
If  that pivot gets an additional nudge from an active M&A cal-
endar, we could be setting up for some good news at JPM and a 
better year for biopharma in 2023. 

Back in Person, Sparks 
Could Fly at Upcoming 
J.P. Morgan Conference
Will biopharma investment heat up and signal better fortunes for 2023? 

 

MASTER THE SCIENCE OF SUCCESS 

https://www.pharmexec.com/


Brand Insights - The Next 13

WWW.PHARMEXEC.COM

DECEMBER 2022 PHARMACEUTICAL EXECUTIVE

The Most Undervalued 
Part of Strategy    
Design plays a pivotal role in healthcare branding

W hat makes one brand grab customers’ attention 
and engage them more than others? Many 
answers come to mind immediately: position-
ing, product features such as eff icacy and 

safety, or perhaps the first viable answer for an unmet medical 
need. All of these are significant assets. But if you could control 
another variable—one that’s been proven to work over time—
why wouldn’t you? Despite the slam-dunk logic, too often health-
care marketers dismiss such a strategy by believing that custom-
ers are impervious to its power. What if it’s untrue? And more 
importantly, why would you take a chance that it isn’t?

DESIGN: THE SCIENCE BEHIND THE MAGIC
Design means visual communication. This requires a deep under-
standing of  people: what makes them tick? How do they process 
content? Design applies the laws of  visual perception and behav-
ioral science to evoke responses, to draw in the eye, and to make 
ideas easy to understand.

Visuals steal the show. Fifty percent of  our brain is dedi-
cated to sight. To cut the clutter, our brain searches for contrasts: 
big and tiny, dark and bright, sharp and smooth. If  you look like 
everyone else, who will see what’s unique? 

Visuals are instant. Our brain processes visuals 60,000 
times faster than text. Before a blink, people see the design—the 
color, the logo, the imagery. 

Visuals stick. Images get tattooed into long-term memory. 
Think Nike’s swoosh.

Visuals talk. Color is louder than words. You see it first. Color 
differentiates. The warm golden hues of  the sun advance while the 
cool blues of  the sky withdraw. Color influences perception. It points 
to deeper realities present in nature. For example, brands that use 
green evoke new beginnings, health, and vitality. Think lush plant life.

THE MOA OF GETTING NOTICED
There are many tools to brand the page or screen.

Consider your logo. The logo embodies your identity. It’s 
a vessel that holds the values and features of  your brand. Do all 
the logos in your space have weird splotchy shapes? Consider a 
simple icon or symbol that stands out from the crowd.

Consider your fonts. They convey the brand voice. Are you 
formal? Are you approachable? Different fonts express different 

traits. Does your competitor use light weight serif  letters? Be dif-
ferent and explore thick and bold, or hand-written if  it matches 
your brand’s one-of-a-kind personality.

Consider your brand hallmarks: the secondary visual 
elements beyond the logo. They trigger gut reactions. They can 
cross languages and cultures. Angular shapes communicate 
action. Square and symmetrical forms convey stability and trust. 
Round, soft edges suggest approachability. Do your competitors 
use textures and brush strokes? Use clean and flat visuals. Don’t 
underrate the subliminal power of  hallmarks.

CASE IN POINT: THE KEY TO STAYING ‘TRU’

Keytruda is a prescription medicine used to treat many types of  
cancer. Competitor brands jostle for attention. Aside from Key-
truda’s impressive product features—efficacy, data, patient sup-
port, etc.—its visual style gets strong notice (see above).

Look at the photography. Keytruda embraces stark black 
and white portraits, combined with green color accents to create 
dynamic contrast and arrest attention.

Look at the logo. A key stands in for the “Y” and echoes the 
name. It’s the green key brand.

Look at the fonts. Bold letters in black and green exude 
strength and life—this brand has the backbone to stand up 
to cancer.

Look at the holding shapes. A thick green box draws your 
eye to the call to action in an otherwise crowded page.

According to IQVIA, Keytruda holds a 54% market share, 
despite fierce competition. Do design and branding play a sig-
nificant role? Why run the risk of  saying no? 

ROB GIORGIO
Art Supervisor, Proximyl Health, 
a company of The Agency 
Network at MJH Life Sciences
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Business 
and Passion
Kimberly Moran, head of rare 
diseases in the US for UCB, 
started off working in medicine but 
quickly learned the importance 
of the business side of industry—
and its role in helping improve the 
diagnosis and access paths for 
underserved patient segments  

By Mike Hollan
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A s the US head of  rare diseases for UCB 
in the US, Kimberly Moran has been 
working in the pharmaceutical industry 
for nearly two decades and has been a 

part of  UCB for 15 years. During that time, she’s 
risen through the ranks and held the titles of  head 
of  neurology strategy in the US and head of  Insights 
to Impact at UCB. In her current position, she over-
sees the commercial organization for rare diseases 
and develops launch strategies for new products in 
the rare disease market.

Outside of  the pharma workplace, she was recog-
nized as a Healthcare Businesswomen’s Association 
(HBA) rising star in 2018, and the following year, 
Medical, Marketing & Media placed her on its “40 under 
40” list for her work developing UCB’s customer-
facing field-market model.

Moran holds a PhD in neuroscience and physiol-
ogy from New York University and a BS in biochem-
istry and molecular biology from Penn State Univer-
sity. Early in her career, she learned about the business 
side of  the pharma industry by working alongside 
leadership at a small, startup company before moving 
on to UCB. She describes her current role as “a tee-
ter-totter between science and business” that includes 
working in strategy, lifecycle management, and 
even sales.

AN EARLY CALLING
Initially, however, Moran had very personal reasons for 
choosing to work in the life sciences and to focus on 
rare and orphan diseases.

“My uncle was diagnosed with a rare spinal cord 
disease when I was only about 10 years old,” she tells 
Pharm Exec. “Just hearing the complexity of  his path 
and the struggles for someone who is part of  only a 
very small number of  people who have that disease, 
when you have to pioneer to be diagnosed and be 
treated, motivated me to improve the system.”

Inspired by her uncle, Moran decided that she 
wanted to focus on rare diseases. She cut her teeth in 
the pharma industry working on potential treatments 
for autoimmune conditions lupus nephritis and myas-
thenia gravis, both considered orphan diseases.

Moran began her career in pharma at Aspreva 
Pharmaceuticals and credits the experience for guiding 
the course of  her career. The company, which was 
founded in 2001, was still a startup during her time 
there. This provided Moran with a unique and  
wide-ranging training ground.

 “The cool part about starting at a tiny startup was 
that I was employee 36. The head of  marketing sat 
in one office, while the head of  medical was nearby, 
as was the general manager,” she says. “It was inter-
esting because I could learn about investor relations, 
regulatory, and marketing just by literally walking 
around the floor of  our small company. That really 
gave me a great lens to understand all facets of  
pharma and that’s what’s really helped me to build 
to where I am today.”

One of  the most important skills she learned dur-
ing this time was storytelling. Moran says this helped 
her bring the science and clinical trial data alive, 
allowing her to present information in a way where 
everyone across the company could understand the 
rare diseases they were working with, even if  they 
were highly complex and technical.

By the time she joined UCB 15 years ago, Moran 
took her experience working on the medical side and 
combined it with the lessons she learned on the busi-
ness side. She explains that early on her career, she 
noticed that while there were treatments for the rare 
diseases she was focused on, patients often struggled 
to receive the proper treatment. 

The more Moran learned about the business side, 
the more she realized that these patients were strug-
gling for a variety of  reasons and that there isn’t a 
one-size-fits-all solution.

“One of  the insights that we use is that ‘the system 
isn’t built for me,’” she says. “The healthcare industry 
is not the most welcoming and easy thing to interact 
with, so the more that we can understand the com-
plexity and depth of  each patient, we can help them 
navigate the healthcare system better. They can get 

I could learn about 
investor relations, 
regulatory, and 
marketing just by  
walking around 
the floor of our 
small company. 
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diagnosed quicker, treated quicker, and then be on a path to 
live at their ideals.”

DIVERSITY AND DIGITALIZATION
These pursuits, notes Moran, advance the conversation to two 
topics that often come up in discussions about improving the mod-
ern pharma industry: diversity, equity, and inclusion (DE&I) and 
digital medicine.

Regarding the latter, Moran describes herself  as a “digital 
evangelist.” According to her, it took pharma a bit longer than 
other industries to take on digitalization. She explains that 
pharma is a “data-rich industry” and the amount of  data that 
can be collected, stored, analyzed, and presented using digital 
tools was “almost too much for us.”

“In the US, you can buy a variety of  different types of         
syndicated data on claims, [electronic health records], and then 
you layer it with cool things like consumer data. [For example,] 
I know how many cat lovers are in Brooklyn.” Moran tells Pharm 
Exec. “We weren’t quite ready to harness that depth in terms 
of  pushing out solutions.” 

Fortunately, the life sciences industry has begun to embrace 
a digital future, much to Moran’s delight. She says digital health 

tools allow her to use data and information in a much more 
efficient and powerful way to gain new insights, along with 
truly understanding the patients and stakeholders that she 
works with, and creating new solutions.

Moran points out as well that novel innovations in digital 
health are also helping to find new and harder-to-reach  
patients. Once again, her specific experience with treating 
rare diseases helped her search out new approaches, this time 
by identifying ways that new technologies could be used to 
track specific symptoms.

“An example is utilizing technology to identify biomarkers 
for disease progression,” explains Moran. “You can use your 
iPhone to measure any eyelid movement and voice changes. 
Those two things are indications of  muscle weakness, which 
are hallmark for myasthenia gravis. We’ve partnered with a 
variety of  tech firms to begin to pioneer, test, and roll out tech-
nologies to improve care and address those unmet needs.”

It’s clear that digital health and the possibilities it may 
unlock excite Moran. She points to the significant amount of  
practical application digital health is amassing in other indus-
tries, and believes those use cases can be adapted to pharma 
industry efforts in the space. 

For example, she discusses the rise of  marketing on social 
media, such as TikTok and Instagram, and how these adver-
tisements can be focused on very specific markets. According 
to Moran, a similar approach can be taken when trying to 
identify patients for treatment or potential involvement in clin-
ical trials.

“Some of  the work that we’re pioneering is using these novel 
data sources to find patients and being able to have a new go-to-
market model that leverages patient findings so that we are bring-
ing solutions to patients much quicker than they would have in 
a non-digital supported ecosystem,” she says.

Not surprisingly, Moran’s interest in improving ways that 
pharma organizations find new patients extends to her views 
on the importance of  DE&I. On its website, UCB describes 
Moran as a catalyst for change at the company when it comes 
to diversity. She was part of  a team of  employees who advo-
cated for a DE&I council, along with a full-time diversity lead 
for the US.

When it comes to DE&I in the life sciences industry, Moran 
describes it as “essential,” especially in the context of  patients 
and enrolling participants in clinical trials.

“Your patient populations need to reflect the land that each 
of  these individuals are living in,” she stresses. “If  you’re at 
the southern border of  the US, it’s often Latinx and Spanish 
speaking patients. If  you’re up in New York, you can roll the 
dice of  126 different countries that individuals may be from.” 
Moran also believes that rare diseases offer another look into 
the social determinants of  health.

FAST FOCUS
 » Kim Moran oversees the rare disease commercial 

organization for UCB in the US, preparing for 
future launches and building the strategy for the 
company’s entry into multiple rare diseases. 

 » She began her career working in myasthenia 
gravis, a rare chronic autoimmune and 
neuromuscular disease characterized by 
weakness and rapid fatigue of any of the 
muscles under one’s voluntary control. The 
condition is caused by a breakdown in the normal 
communication between nerves and muscles.

 » Moran was part of the UCB team who advocated 
for a diversity, equity, and inclusion (DE&I) council 
and is a full-time US diversity lead. She is a 
member of the company’s US leadership team.

 » She sits on the board of Nile AI, an epilepsy care 
management platform that serves as a digital 
extension between the healthcare provider and 
patients with the ultimate goal of shortening the 
path to optimal care.

 » Moran holds an Executive Global MBA from 
INSEAD, a PhD in neuroscience and physiology 
from New York University, and a BS in biochemistry 
and molecular biology from Penn State University. 
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One of  the problems that Moran wants to solve is the way 
that the healthcare system interacts with low-income popula-
tions. Part of  her approach to fixing this issue is a push to 
include patients from these segments in clinical trials, to ensure 
that their needs are identified and addressed by the drug.

Challenging those pursuits, Moran notes, is how people from 
lower economic populations seem to be wary of  the healthcare 
system, either out of  fear or distrust. She says this can be 
another barrier to these patients participating in clinical trials, 
and it’s why she’s put significant focus on educating patients 
from these traditionally underserved populations. Her goal is 
to ensure that the clinical trials that she’s involved with truly 
represent the population of  people who are actually living with 
thee disease or condition being worked on.

When asked about the struggles she’s faced navigating these 
challenges, Moran offers this advice: “It’s making sure that you 
slow down to go fast. It’s so easy just making sure that you get 
as many patients as possible so you can get your solutions out 
there,” she says. “You also must think, however, about onboard-
ing a site in a neighborhood you haven’t done so in before. 
Maybe the doctors and [healthcare professionals] in that area 
haven’t run a clinical trial, so you might have to give them extra 
time to start up and be ready to do enrollment. They may need 
extra support in terms of  having the right clinical trial coordi-
nators and folks that can really be where patients are, that can 
show the right balance of  demographics so that we have the data 
and information for folks with these diseases. Since the diseases 
I’m working on are rare, or even ultra-rare, it’s super hard to 
find patients for these clinical trials.”

NO SMALL FEAT 
It’s the unique challenges like these, inherent in rare disease R&D, 
that Moran has spent her career trying to overcome. 

For example, she says that one of  the diseases that she’s work-
ing on currently only has about 300 patients living with the dis-
ease. These small  populations obviously makes it hard to recruit 
people for trials. Other conditions that she works on may ulti-
mately have more patients, but many are often undiagnosed. This 
means that her UCB team has to rely on genetic testing, data, 

and analytic approaches to identify patients for some of  
these trials.

This further weaves in Moran’s fascination with digital 
health, which has pioneered the identification of  genetic bio-
markers, for example. These biomarkers allow researchers to 
identify patients who are still in the early stages of  disease pro-
gression and haven’t been diagnosed yet, or are likely to develop 
the condition later in life.

While digital technologies have helped support her work, 
Moran is also mindful that not everyone is willing to embrace 
digital health, including some patients.

“It’s a double-edged sword. You must be tailored and cus-
tomized, and your tools have to flex based on the patient pref-
erence,” she tells Pharm Exec. That’s something that we’re learn-
ing in terms of  designing patient solutions. Some folks want 
some SMS or text, some would like an email or a website. Then 
there’s some that don’t have access to technology and a paper 
enrollment form is what they’re looking for.”

While balancing these varied preferences, Moran says it’s 
important to use tools in digital health to help close the knowl-
edge gaps in current treatment vs. right treatment, or patients 
being diagnosed or not. She believes there are many solutions  
drugmakers and their partners can tap into to close those gaps.

As an industry, pharma can’t do things alone,” says Moran. 
“When it’s around direct care delivery, there’s a pretty big distrust 
of  pharma coming in with altruistic/holistic solutions, so you 
need to partner with patient organizations or tech companies.”

UCB, for example, has a collaboration with Microsoft 
around drug discovery and development, and, according to 
Moran, also works closely with patient organizations and 
patient advocacy groups. “Partnership is one of  the key levers 
to the future, especially in rare diseases,” she says. “These 
aren’t disease states where you can just own a section, you 
have to lean in and go with the holistic disease. That’s a big 
area for me.”

Moran’s career may have started on the science and medicine 
side of  the industry, but it has been her ability to merge those 
aspects with the critical business execution necessary to advance 
rare disease research that has ultimately shaped her success. 

Partnership is one of the key levers to the future, 
especially in rare diseases. These aren’t disease states 

where you can just own a section, you have to 
lean in and go with the holistic disease. 
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I n drug development, innovation happens in two ways: 
Incrementally, with each iteration of  a product marked by 
slight improvements over what came before it, or 
exponentially, with new drugs boasting efficacy or safety 

profiles that are orders of  magnitude better than existing therapies. 
Both approaches hold value. Perfecting established drugs, or 
finding new ways to apply the principles that underlie them, is 
equally as innovative as developing new treatments. Moreover, 
both approaches are imperative to meet gaps in the market and 
serve patients’ short-term and long-term healthcare needs. 

The emerging drugs in the development pipeline have achieved 
a mix of  both, building on therapies that have already been 

established while also uncovering innovative new approaches that 
offer unique benefits. Pharm Exec’s 18th Annual Pipeline Report 
profiles the best and most noteworthy of  these medications, as 
supported by data from Clarivate Analytics.*

NEW SMA DRUGS GIVE PATIENTS HOPE 
Spinal muscular atrophy (SMA) is a complex condition with a 
poor prognosis. While some forms of  SMA still permit patients 
to have a typical lifespan with the proper medical care, other 
forms are often fatal within two years.1 Currently there exists no 
cure; however, emerging new drugs are showing promise in 
helping to manage this disease.

2023 Pipeline Report 
Testing the Limits
Our annual report spotlighting notable investments in new drug development captures a mix 
of gradual gains and giant leaps—both equally as promising—in five expanding and diverse 
therapeutic areas: spinal muscular atrophy, hemophilia A, intranasal and inhaled vaccines, 
gene-targeted therapy, and RNA therapeutics
By Mike Straus

*The data provided in the charts on the following pages does not purport to represent complete datasets. All data is based on specific remit and search criteria. Data provider Clarivate 
Analytics and Pharmaceutical Executive do not make any warranties or representations regarding the completeness of the data presented.
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William Orent, PhD, life science expert at DeciBio in Los 
Angeles, says there’s currently a discussion underway around 
how to change the disease course of  SMA in a meaningful way. 
While gene therapies already exist, Orent says potential newer 
solutions aim not to manage the disease, but to cure it.

“SMA is the perfect example of  diseases being targeted by 
gene therapy right now,” notes Orent. “It has a clear etiology, 
and if  we can make a genetic edit early enough, we can make an 
impact. There’s an approved treatment called Zolgensma, and 
it’s making a dramatic change for patients who receive it early. 
We should expect to see more going on in gene therapies.”

Zolgensma (onasemnogene abeparvovec-xioi) is a gene 
therapy sold by Novartis that is administered as a single, one-time 
intravenous infusion of  vector genomes. It’s delivered through 
an adeno-associated virus vector after a 30-day course of  systemic 
corticosteroids. FDA approved Zolgensma in 2019 for treatment 
of  SMA in patients under age 2 with SMN1 mutations.

In May 2021, Novartis published the results of  a five-year 
extension of  its Phase I START trial on Zolgensma. This long-
term follow-up safety study monitored 13 patients with SMA 
type 1 who had been treated with Zolgensma during START; 
SMA type 1 is typically fatal and usually kills infants before age 
2.2  In the trial, however, 10 patients who had received a 

therapeutic dose were still alive five years after treatment. They 
were also breathing independently and had maintained their 
previous motor activity improvements five years after treatment.3 

While Zolgensma is showing strong results in trials and has 
FDA approval, it remains prohibitively expensive. In December 
2021, the Journal of  Market Access & Health Policy awarded 
Zolgensma the unenviable distinction of  being “the world’s most 
expensive drug.”4 A single dose of  the infusion costs $2.1 million; 
the drug’s price tag is a result of  the expensive manufacturing 
process involved in creating gene therapy products.5 

Orent says that gene therapies are very expensive, which is 
why ROI becomes a challenge, especially in countries with 
single-payer healthcare systems. However, Orent believes, 
Zolgensma is such a clear value-add that most countries do end 
up covering something like it. Still, the pursuit for other SMA 
drugs will continue unless Zolgensma comes down in price.

Another SMA drug in development, intrathecal OAV101, is 
also a gene therapy; it is a Novartis drug as well and is showing 
promise in clinical studies. The STEER trial on intrathecal 
OAV101 had been previously put on hold; in August 2021, FDA 
lifted the hold after seeing favorable data from a toxicology 
study.6 Novartis is currently running STEER, a Phase III 
randomized, double-blind, placebo-controlled trial. The study 
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is notable in that its subjects are older than most SMA patients; 
the trial aims to improve motor function in type 2 SMA patients 
between ages 2 and 18. The STEER trial will involve over 100 
subjects and will assess motor function using the Hammersmith 
functional motor scale (HFMS), Expanded. STEER builds on 
the previous STRONG trial, a Phase I/II study that showed 
significant increases in HFMS scores in patients.7  

An additional Phase IIIb clinical trial, known as STRENGTH, 
will assess the safety, tolerability, and efficacy of  intrathecal 
OAV101 in subjects aged 2 to 12 years with SMA who had 
previously been treated with nusinersen or risdiplam. This trial 
is slated to end in October 2024.8 

Two other drugs in development for SMA include nusinersen 
and taldefgrobep alfa.

While nusinersen was FDA-approved in 2016 and was the 
first SMA drug to hit the market, ongoing research has revealed 
new insights that could improve its efficacy. Secondary analysis 
of  data from the CS3A and ENDEAR studies found that higher 
concentrations of  nusinersen in cerebrospinal fluid were 
associated with a greater decrease in pNF-H concentrations as 
well as higher drug efficacy.9 Nusinersen is currently undergoing 
a Phase II/III trial, the DEVOTE study, to further examine the 
dose-response relationship and to assess the safety, efficacy, and 
pharmacokinetics of  higher doses.10 This study of  145 subjects 
will assess the effects of  nusinersen in loading doses of  up to 
50mg and maintenance doses of  up to 28mg/day.

Meanwhile, Biohaven is currently running a Phase III clinical 
trial on the biologic taldefgrobep alfa, a modified adnectin that 

acts as a myostatin inhibitor. Known as the RESILIENT trial, it 
is examining the effects of  taldefgrobep alfa in 180 patients who 
are already on risdiplam or nusinersen, or who have been 
previously treated with Zolgensma.11 The trial started in July 
2022 and is slated to end in January 2025.  It will examine the 
effects of  a 35mg or 50mg weekly subcutaneous injection of  
taldefgrobep alfa, compared to a matching placebo, in subjects 
with SMA between the ages of  4 and 21. Participants will be 
assessed for motor functioning via the 32-item motor function 
measure over the course of  48 weeks.12 

These trials are just some of  the many currently underway for 
the treatment of  SMA. Clarivate Analytics data shows that 138 
clinical trials are currently underway for SMA treatments, while 
another 1,408 are examining drugs for other motor neuron 
diseases like amyotrophic lateral sclerosis (ALS). Over 200 of  these 
trials are in Phase II, and 474 started within the last seven years.

INTRANASAL AND INHALED VACCINES GAIN 
RENEWED INTEREST
The COVID-19 pandemic has resulted in a significant 
resurgence in new vaccine development, with Clarivate 
Analytics data showing 2,625 trials for COVID vaccines alone. 
Over 2,000 trials for SARS-CoV-2, SARS, Middle East 
respiratory syndrome (MERS), and flu vaccines are recruiting, 
planned, or otherwise in progress. These trials are almost evenly 
divided between Phase I though IV. While the general vaccine 
market has relied on existing therapies for several years, new 
technological breakthroughs like mRNA development platforms 
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and lipid nanoparticle delivery systems have fuelled a flurry 
of  innovation in vaccines for COVID, croup, influenza, 
respiratory syncytial virus (RSV), and other infectious diseases. 
Several of  the recent innovations in vaccine development have 
leveraged aspects of  the immune system that came into sharp 
focus during the coronavirus pandemic. 

Orent says there is growing interest in applying learnings 
from mucosal immunology to next-generation vaccines.

“The idea on everyone’s mind is how to boost immune 
activity at the site of  infection,” he explains. “That’s why the 
market is looking at mucosal immunity.”

Joe Daccache, PhD, senior life science expert at DeciBio, 
says the primary activity in intranasal vaccines is around 
COVID. While RSV vaccines are starting to pick up, 
researchers are increasingly looking for next-generation 
COVID vaccines that can perform better than the current 
vaccines at reducing transmission. 

“There are intranasal mRNA vaccines in development, but 
they’re having trouble with the mRNA degradation,” notes 
Daccache. “Intranasal flu vaccines are getting some efficacy, 
but not to the same level as intramuscular. But intranasal 
vaccine development has picked up a bit.”

Other COVID studies are taking a non-vaccine approach 
to prophylaxis. One Phase II/III trial currently underway, 
PROTECT-V, is designed to examine the efficacy of  multiple 
prophylactic agents in preventing COVID infection among 
high-risk patient populations. The study authors note that a 
need for  COVID prophylac t ic s  ex i s t s  among 
immunocompromised patients who do not mount an adequate 
immune response after vaccination. The PROTECT-V trial, 
sponsored by the Cambridge University Hospital NHS 
Foundation Trust, will examine the efficacy of  niclosamide, 
ciclesonide, and sotrovimab as COVID prophylactics in 1,500 
patients with renal disease. The George Institute is sponsoring 
a parallel study involving 750 patients in India. The study, 
which will eventually enroll 5,000 patients, began in February 
2022 and is estimated to end in October 2024.13

Meanwhile, development of  intranasal COVID vaccines has 
expanded beyond mRNA. One October Phase 1 trial funded 
by AstraZeneca assessed the tolerability and immunogenicity 
of  an intranasal version of  the ChAdOx1 adenovirus vector 
COVID vaccine produced by AstraZeneca and Oxford 
University. In this study, 30 unvaccinated subjects received an 
inhaled dose of  varying concentrations of  viral particles. An 
additional 12 unvaccinated subjects received mRNA COVID 
vaccinations. Six subjects who had received the original 
ChAdOx1 intramuscular COVID vaccine and six subjects who 
had received two intramuscular doses of  Pfizer’s Comirnaty also 
received a dose of  viral particles. Subjects were monitored for 
adverse events and for mucosal antibody response.

This trial found that both vaccines were well tolerated. 
While the participants’ systemic immune responses were 
weaker relative to intramuscular immunization, the intranasal 
vaccine did induce mucosal antibody production in a minority 
of  the subjects. The study authors hypothesize that the poor 
efficacy could be due to the vaccine using a suboptimal viral 
vector; a more infectious virus that better targets the respiratory 
system may serve as a better vector for an intranasal vaccine. 
The authors note that adding mucosal adjuvants may also elicit 
a stronger immune response.14 While the trial did not produce 
favorable results, the fact that the vaccine induced an immune 
response—albeit a weak one and only in some participants—
serves as proof  of  concept that an intranasal COVID vaccine 
is possible. Still, there is much work to be done to make such 
a vaccine mass-market viable.

Another notable vaccine candidate aims to prevent croup 
in children. Currently, no vaccine for the condition exists15; 
this new candidate would be the first croup prophylactic to hit 
the market. An open-label, single-group Phase 1 clinical trial 
sponsored by St. Jude Children’s Research Hospital in Seattle 
will assess the safety of  a live intranasal vaccine in 54 children 
aged 12 months to 6 years. The trial will use a live intranasal 
vaccine based on the Enders strain of  the Sendai virus to 
induce immunity; researchers will monitor the children for six 
months and assess for rates of  serious illness and production 
of  antibodies. 

While this is a relatively novel approach in humans, this viral 
vector vaccine has produced favorable results in animal studies; 
the animals in question developed protection against croup 
without developing illness. The study authors note that previous 
pilot trials in humans have found the vaccine to have no serious 
side effects.16 

GENE-TARGETED THERAPY EXPANDS WITHIN 
AND OUTSIDE ONCOLOGY
Oncology has been driving cell and gene therapy (CGT) 
development, with some of  the early breakthroughs in precision 
medicine indicated for breast and cervical cancer. Now, however, 
major advances in precision medicine have given drug companies 
a reason to look at CGTs for other indications. Orent notes that 
emerging work in the RNA space has enabled more specific gene 

The idea on everyone’s 
mind is how to boost 
immune activity at the 
site of infection.
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targeting, with new approaches involving sRNA and oligotherapies 
expanding therapeutic options.

“We’ve taken major steps in our understanding of  what it 
means to do gene targeting,” says Orent. “We’ve moved on from 
early attempts like Herceptin, and have created therapies that can 
go after these variants across modalities. The top indications for 
precision therapies aren’t in oncology—they’re things like 
muscular dystrophy and hemophilia.”

Mike Ward, global head of  life sciences and healthcare thought 
leadership at Clarivate, points out that gene-targeted therapies have 
seen a significant uptick in recent years. While in years past, 15% of  
newly FDA-approved drugs were precision, or personalized, 
medicines, that number now sits somewhere between 30% and 40%, 
notes Ward. Most of  the drugs in late-stage clinical trials are associated 
with oncology or rare diseases, where gene-targeted therapies rule.

“We’re also seeing the emergence of  gene-targeted therapies in 
other therapeutic areas,” he says. “We’re on the cusp of  precision 
psychiatry, which 10 years ago would’ve been a pipe dream. The 
revolution going on in psychiatry in the coming decade could look 
a lot like the advances we’ve seen in oncology in the last 10 years.”

Clarivate data shows that from 2000 to 2009, there were 6,198 
clinical trials involving gene therapies, mostly for cancer conditions. 
From 2010 to present, the top three conditions examined in gene 

therapy clinical trials were multiple myeloma with 185 trials, diffuse 
large B-cell lymphoma with 184 studies, and metastasis with 181.

However, gene therapies are also taking aim at the coronavirus 
and other non-cancer conditions. The No. 4 such condition 
gene therapy trials targeted was COVID, with 180 trials. Other 
studies are currently underway for conditions such as refractory 
angina and hemophilia.

One Phase III clinical trial currently underway is examining 
the efficacy of  tisotumab vedotin, an antibody-drug conjugate 
that combines the monoclonal antibody tisotumab and the cell 
division inhibitor monomethyl auristatin E, for the treatment of  
cervical cancer. This open-label study is assessing the effects of  
tisotumab vedotin compared to the investigator’s choice of  one 
of  five chemotherapy drugs (topotecan, vinorelbine, gemcitabine, 
irinotecan, and pemetrexed) in 482 women with recurrent or 
metastatic cervical cancer. The study is expected to have 
preliminary results in 2024 and be completed in 2028.17 
Tisotumab vedotin gained FDA approval in September 2021 
following an open-label multicenter single-arm trial and is sold 
under the brand name Tivdak. 18 The open-label trial, a Phase II 
single-arm study involving 102 subjects, found that the drug 
showed clinically meaningful anti-cancer activity in 24% of  
subjects. While the drug caused one subject to die of  septic shock, 

Gene Therapy’s Reach
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the study authors say the relatively poor prognosis for metastatic 
cervical cancer and a dearth of  new drugs for this disease area 
warrants continuation of  the drug’s development.19 

Another gene therapy currently in Phase III trials aims to 
use a DNA approach to treat hemophilia B. The investigational 
drug etranacogene dezaparvovec (AMT-061), is a viral vector 
drug that uses an AAV5 virus to deliver the Padua variant of  
factor IX. The drug, developed by uniQure, recently completed 
the Phase III HOPE-B trial, which showed favorable results. 
The 78-week non-randomized sequential-assignment trial, 
sponsored by CSL Behring, examined the effects of  AMT-061 
on annualized bleeding in 54 patients with hemophilia B. In 
October, the trial reported preliminary results; the 
investigational drug maintained stable factor IX expression 
for a minimum of  12 months while also reducing annualized 
bleeding.20, 21

Perhaps one of  the most unexpected areas where gene 
therapies are emerging is in cardiovascular medicine. Past 
research reviews have found that the gene therapy alferminogene 
tadenovec could improve exercise capacity; however, this 
candidate has struggled in clinical trials. Two Phase IIb/Phase 
III studies in the early 2000s were terminated prematurely due 
to an unexpectedly strong placebo effect.22  

Now, however, researchers have returned to gene therapy as 
a potential treatment for angina. A Phase III trial sponsored by 
Angionetics will start recruiting patients in January.23 This 
parallel-assignment trial will assess the effects of  Ad5FGF-4, an 
adenovirus serotype 5 virus expressing the gene for human 
fibroblast growth factor-4, on subjects with angina. The trial will 
measure frequency of  angina attacks, exercise duration, frequency 
of  nitroglycerin usage, and quality of  life in 160 participants, 
with exercise tolerance test duration as the primary endpoint.

HEMOPHILIA MEDICATIONS UNDERGO 
INTENSE DISCOVERY
There exists considerable research activity in hemophilia A drugs; 
Daccache says this disease area accounts for most of  the activity 
in gene therapies. This is a significant shift for drug manufacturers, 
with conventional therapies falling by the wayside. 

Most recently, BioMarin’s Roctavian (valoctocogene 
roxaparvovec) was approved by the European Commission in 
August. Roctavian first underwent an open-label Phase I/II safety 
trial starting in December 2020. The trial, which is still recruiting 
patients, will continue collecting safety, tolerability, and efficacy 
data until February 2029.24 A concurrent Phase III study involving 
22 participants is currently underway, with initial data expected 
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in January. This trial, examining the safety and efficacy of  Roctavian  
in hemophilia A patients who are taking prophylactic corticosteroids, 
will run until January 2027.25

According to Ward, Roctavian is designed to reduce the number 
of  bleeding events in hemophiliacs, which can rid patients of  the 
need for burdensome prophylactic treatments. The drug is designed 
to reduce the need for replacement factor VIII. “Clarivate analysts 
are forecasting that Roctavian could reach annual sales of  $500 
million per year by 2031,” says Ward. “We’ve identified Roctavian 
as a drug to watch. It’s up for FDA discussion in early 2023.”

While Roctavian is showing strong signs of  commercial 
potential, other contenders are also demonstrating favorable results. 
Daccache says competition in hemophilia A treatments is intense; 
DeciBio data shows four clinical trials involving gene therapies and 
one trial of  a nucleic acid therapy in progress. “This is going to be 
most of  the activity in gene therapies,” contends Daccache. “A lot 
of  things are in the discovery stage and are quite promising.”

Clarivate data shows 911 total hemophilia drug trials underway; 
641 of  them are for patients with type A hemophilia. A large 
majority of  these trials were launched after 2015, and a number of  
them are currently in Phase III.

While Roctavian is promising, pharma manufacturers continue 
to investigate other therapies. Larger companies such as Sanofi and 
Roche, as well as smaller biotechs like Spark Therapeutics, are 
investing in hemophilia research.

Sanofi’s investigational drug efanesoctocog alfa, previously 
designated BIVV001, is a factor VIII replacement therapy 
formulated as a once-a-week dose. In February 2021, efanesoctocog 
alfa was granted FDA fast-track designation following its declaration 
of  orphan-drug status in 2017.26 The treatment uses von Willebrand 
factor and XTEN-branded polypeptides to extend its activity and 
increase half-life.

Efanesoctocog alfa is currently being studied in a long-term 
safety and efficacy trial, called XTEND-ed, in patients who had 
previously been treated for hemophilia A. The Phase III open-
label trial involving 262 participants aims to assess the effects 
of  efanesoctocog alfa on factor VIII neutralizing antibodies. 
Secondary outcome measures include number and type of  
bleeding episodes, physician’s global assessment of  response 
prior to treatment, and change from baseline Hemophilia Joint 
Health Score. The trial is currently recruiting patients and is 
estimated to end in 2027.27 

An investigational drug by Spark, SPK-8011, hopes to affect 
factor VIII expression in a different manner. It is a gene therapy that 
uses a bioengineered adeno-associated viral vector to deliver a human 
factor VIII gene using a liver-specific promoter. In November 2021, 
Spark announced the results of  a Phase I/II clinical trial involving 
18 participants. After 33 months, 16 of  the 18 subjects had sustained 
FVIII production and experienced a reduction in bleeding episodes.28 
The study found a 91.5% reduction in annualized bleeding, from 
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an average of  8.5 bleeding events per year before treatment to 0.3 
events per year after treatment.29

RNA THERAPEUTICS DIVERSIFY DISEASE AREAS
RNA therapeutics are also undergoing intense development, with 
both mRNA, which produces certain compounds, and antisense 
RNA, which inhibits the production of  compounds. There are 
currently multiple Phase II and III trials underway, as well as 
hundreds of  preclinical studies. 

“We’re also seeing expansion across applications,” notes 
Orent. “It started out with a COVID vaccine strategy, but 
Moderna has been building their oncology team, and they’re 
also looking at autoimmune disorder vaccines. The indications 
mRNA can be used for are increasing.”

Daccache notes that M&A activity in the RNA space has 
remained strong, and companies are starting to move away from 
untargeted mRNA to more directed, cell-specific therapies. 
Targeted nucleic acid vaccines and therapies are showing promise 
not only for infectious diseases, but also neurology and other areas.

Moderna is currently running a Phase III trial on its mRNA-
1647 candidate, a vaccine for cytomegalovirus (CMV). While 
CMV infections are generally quite mild, a pregnant woman 
who contracts the virus can transmit it to her fetus; in utero CMV 
infection can cause permanent disability or death in the child.30 
This trial is recruiting subjects and intends to follow 6,900 women 
for 2.5 years. 

Another Moderna vaccine candidate, mRNA-1345, currently 
in development is targeting RSV. It’s undergoing a Phase II/III 
trial on adults over the age of  60. The study is still recruiting 
participants, and aims to eventually enroll 34,000 seniors. It’s being 
conducted in two stages, with 400 to 2,000 subjects participating 
in the Phase II segment. Following that, roughly 32,000 subjects 
will participate in the Phase III segment. All subjects will be 
randomly assigned to receive either a placebo or one dose of  the 
mRNA-1345 vaccine. Subjects will be assessed for number and 
severity of  adverse reactions and vaccine efficacy at preventing 
infection and hospitalization and at inducing the production of  
neutralizing antibodies.31 

While mRNA has received much press since the original 
COVID vaccines were developed, other producers are looking at 
options involving self-amplifying RNA or combined RNA/mRNA 
vaccines. Arcturus Therapeutics currently has RNA/mRNA 
vaccines in development for COVID and influenza, as well as 
RNA/mRNA therapeutics targeting ornithine transcarbamylase 
deficiency and cystic fibrosis.

Arcturus’ ARCT-154 COVID vaccine is the most developed 
of  these product candidates. ARCT-154, also known as 
LUNAR-COV19, is a self-replicating RNA/mRNA vaccine 
that uses an RNA delivery mechanism to insert spike protein-
encoding mRNA into cells. Arcturus claims that an mRNA 
vaccine delivered using self-replicating RNA can enable smaller 
doses, as little as 5 micrograms, which would accelerate rollout 
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and reduce manufacturing costs.32 The current trial underway 
on ARCT-154 is a combination Phase I/II/III study sponsored 
by Vinbiocare. It will be performed in four parts that will assess 
the safety, immunogenicity, and efficacy of  the vaccine. The 
final phase will pit ARCT-154 against AstraZeneca’s ChAdOx1 
COVID vaccine to determine whether ARCT-154 presents a 
non-inferior safety and efficacy profile. The trial will eventually 
enroll 19,400 participants and is expected to be complete in 
August 2023.33

While much ado has been made about mRNA vaccines, 
emerging drugs in development are also pursuing mRNA as a 
delivery mechanism for therapeutics. Clarivate’s data shows that 
more than 190 mRNA candidates are in preclinical development, 
with 135 drugs or vaccines in various stages of  clinical trials. While 
the largest proportion of  these products are designed to treat or 
prevent infection, there are also mRNA vaccines and therapeutics 
in development for cancer and  metabolic, respiratory, and 
psychiatric conditions.

Ward says the enthusiasm for mRNA and RNA was spurred by 
the pandemic. COVID vaccines served as proof  of  concept for 
mRNA, he notes, which, in turn, has fueled the rise in development 
of  next-generation RNA and mRNA technology, including self-
amplifying RNA. “There’s a lot of  RNA technologies that 
companies are trying to get access to,” says Ward. “We’ve seen a 
big increase in the number of  deals associated with RNA platforms. 

We’ve even seen some RNA drugs get approved, and more are 
coming down the line.”

Ward believes the RNA market is particularly exciting given 
that Moderna and BioNTech (Pfizer’s Germany-based partner 
on Comirnaty) originally developed their COVID mRNA 
vaccines for oncology purposes. The pandemic forced both 
companies to pivot, and that pivot was successful. Now, the 
major players in RNA and mRNA have the funds to research 
other disease areas.

“Pfizer and Moderna are refocusing their efforts back on the 
development of  mRNA vaccines for oncology, which is one of  the 
things we’ll be interested to see,” says Ward. “The amount of  
money both companies were able to make from the COVID 
vaccines means they’ll be able to really accelerate the scale-up of  
their activities in the oncology space.”

PUSHING THE BOUNDARIES IN R&D
The therapeutics and vaccines currently in development are 
testing the boundaries of  their fields. SMA drugs such as 
Zolgensma are delivering life-changing results to trial subjects, 
while new intranasal and inhaled vaccines have provided proof-
of-concept around mucosal immunity. Gene-targeted therapies 
and precision medicines are expanding into unexpected areas 
such as psychiatry, while new hemophilia A medications show 
great efficacy improvements over their predecessors. Permeating 
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the entire field of  modern drug development is the RNA and 
mRNA development platform that the COVID pandemic 
brought about. 

The biopharma pipeline is full of  innovative and promising 
vaccines and therapeutics, with a good number of  Phase III 
candidates nearing potential market readiness. The number and 
scale of  advances in the pipeline mean drugmakers will find 
ample opportunities for commercialization in these five 
therapeutic areas and modalities outlined. 

About the Author
Mike Straus is a freelance writer based in British Columbia, 
Canada. His work has appeared in Nutritional Outlook, Hoist, 
and Massage Therapy Canada, among other publications.
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Biopharma’s Untapped Value
The Quest to Reverse First-Launch Failure Trends
Emerging biopharma companies are critical to the vibrancy of the healthcare landscape, but their 
long road of drug development fails to translate to successful market launch more often than it 
does for large pharma. What can be done to improve those odds?

By Fran Pollaro

It’s not hyperbole to suggest that emerging biopharma com-
panies (EBPs) hold the keys to the success of  the entire health-
care ecosystem. According to the IQVIA Institute for Human 
Data Science, the research and analysis arm of  IQVIA, EBPs 

represent 65% of  the total drug development pipeline, which is 
currently nearly 4,000 drugs, more than double the number in 
2016. Additionally, 7% of  the pipeline is being developed by EBPs 
in partnership with larger firms, so 72% of  all drugs in the devel-
opment pipeline have an EBP’s stamp on it.1 EBPs represent 78% 
of  the active pipeline in the small but critical area of  cell and gene 
therapies, which will play a substantial role in driving revenue in 
the coming years. EBPs are little fish in a very big pond, but they 
are integral to the pharmaceutical ecosystem.

QUALITY OF INNOVATION FROM EBPS 
AND LARGE PHARMA
Pharm Exec reached out to Bill McClellan, center of  excellence 
lead for launch at IQVIA, to further understand the EBP role. 
McClellan leads a team responsible for developing thought lead-
ership to provide innovative approaches for launching a brand. 
The research focuses on patient acquisition and prescriber adop-
tion and productivity, and the findings have fueled offerings 
focused on launch strategy, commercialization tactics, and per-
formance monitoring.

By McClellan’s count, there have been 275 branded products 
launched by EBPs, in the US, in the past 10 years, with 75% of  
them opting to go it alone and launch the asset themselves. The 
remainder represent the companies or assets that get purchased 
or engage in some type of  partnership—any time you engage in 
a partnership, the size of  your share shrinks. Is it wise to go it 
alone? “The question from there really becomes: what’s the qual-
ity of  the product that’s being developed in terms of  innovation 
for both EBPs and large pharma?” asks McClellan. “We score 
innovation via different attributes that new products would bring 
over standard of  care such as relative improvements in efficacy, 
dosing, and tolerability improvements, as well as administration 

or convenience factors. And the numbers for EBPs and large 
pharma are almost identical.”

IQVIA data on innovation shows that 43% of  all assets devel-
oped by EBPs are classified as innovative compared to large phar-
ma’s rate which lands at approximately 45%. So, in terms of  
innovation, they’re on a virtually even playing field —arriving at 
the commercialization stage with similarly attractive products.

ARE EBPS SUCCESSFUL WHEN 
THEY COMMERCIALIZE?
Many companies make decisions based on forecasts, including 
pricing, size of  salesforce, and approach to market. And they often 
gauge success based on forecast achievement, but that’s a bit 
problematic because most forecasts are wrong, and often over-
stated. Forty percent of  worldwide drug launches between 2009 
and 2017 failed to meet their two-year sales forecasts.2

McClellan’s IQVIA team defines commercialization success 
via four factors: the ability to generate revenue; the ability to gen-
erate market share; competitive rank, which is similar to market 
share but gauges the competitive intensity within the market that 
brands are entering; and, most telling when it comes to commer-
cialization, promotional responsibility—are the companies spend-
ing to promote, and is it efficient? 

“This is where the variance starts to become apparent,” notes  
McClellan. “Fifty-seven percent of  large pharma’s assets are what 
we deem as successful. EBP companies, on the other hand are 
significantly lower—we see that success rate is at 39%. So, there’s 
a significant gap—why is that? And is it cause or effect?”

THE CRUX: DEEP POCKETS AND DIGITAL
Typically, large pharma companies have significantly deeper 
pockets than EBPs. And when you consider the average promotion 
of  an asset developed by an EBP vs. one developed by large 
pharma, McClellan revealed that, on average, across the last 10 
years, large pharma tends to have double the amount of  
investment in promotion that EBPs have. And when you compare 
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promotion to average sales, and determine ROI, large pharma 
historically got $2.5 back for every dollar spent on promotion, 
while EBPs are getting $1.5 back for every dollar spent. 

That’s a rather significant difference; that said, in the past two 
years, with the pandemic-forced embracement of  digital, the gap 
is beginning to close. The commercialization game has morphed 
via forced virtualization. It’s not all about the size of  the tradi-
tional tip-of-the-arrow salesforce anymore—it’s widely known 
that rep access to healthcare professionals (HCPs) has dropped 
off dramatically, especially in-person, with doctors preferring a 
more hybrid approach depending on the therapeutic area. And 
frequency, or the number of  touchpoints with HCPs, has also 
fallen off a cliff, so it’s important companies provide real, person-
alized value to the HCPs in the minimal interactions afforded.  

Overall, the approach has shifted to a mix of  in-person and 
hybrid, and a great deal more of  an omnichannel/digital approach. 
This go-to-market model likely benefits the leaner EBPs. Biohaven 
and its migraine medication, Nurtec ODT, is one example. The 
company was small, lean, and almost entirely virtual even before 
the pandemic hit. So, while most postponed launches early in 2020 
at the onset, they engaged employing a range of  whip-smart dig-
ital techniques and leaning into a few other key avenues.

What are some of  those keys? The attention (and cash) 
applied to market access, awareness, and the overall go-to-mar-
ket strategy are three that lead to success or failure as posited by 
IQVIA’s McClellan.

MARKET ACCESS FOR SUCCESS
Market access is critical—it can make or break a newly launched 
product, and company for that matter. According to Dan Son-
tupe, industry veteran and associate partner, managing director 
at The Bloc Value Builders: “If  you’re the chief  pharmacy offi-
cer at an Aetna, Cigna, or Caremark, they aren’t going to take 
a meeting from a small biopharma unless it’s new, differentiated, 
and it has a really significant impact on outcomes. Most impor-
tantly, it needs to be something that’s going to save them money.”
So, the EBPs that manage this well have a strong clinical and 
economic proposition for payers and patients, experienced teams 
to negotiate with healthcare access stakeholders, and display the 
ability to deliver an affordable product and associated support 
to the appropriate patients. Simply put, large pharma has a lot 
more leverage due to stature, experience and success, prior rela-
tionships, and a great deal of  inherent awareness.

AWARENESS
“It’s a little more difficult for EBP companies because not only 
are they launching a brand, but they’re also often launching a 
company,” McClellan tells Pharm Exec. “What we’re seeing is that 
brands that do well are brands that really establish a strong aware-
ness, pre-launch.”

EBPs can spread awareness by highlighting their scientific 
platform and building credibility, which is usually accomplished 
through a strong publication strategy early in the process, con-
ference education, and a medical science liaison (MSL) strategy.

Raghu Reddy, chief  administrative officer at the SurgCenter 
of  Western Maryland, LLC, an ambulatory surgical center, stresses 
the importance of  conferences. “If  there’s a new drug that’s won-
derful and isn’t a ‘me-too’ product, it will draw a lot of  attention 
no matter which method of  advertising is employed,” he says. “But 
I really think what gets the most attention is the presentation on a 
particular product at a conference, even with the marketing piece 
removed and presented in an unbiased way.”

There are many options to consider when launching a com-
mercial product for the first time. Do you partner with a large 
pharma? It instantly provides cash, and, as noted, might increase  
the probability of  success. However, the partnership decreases 
the share an EBP takes away from the venture. In addition to 
cash and probability of  success, the partnership with large 
pharma immediately inserts experience in the form of  technical 
expertise and resources, as well as awareness. It opens many doors 
for an EBP’s product and company to help drive commercializa-
tion and mitigate risk. And there’s a much higher chance of  a 
liquidity event such as an M&A or IPO.

Perhaps it’s a good idea to go the partnership route for the 
first drug launched in a pipeline to serve as a crash course to 
prepare for subsequent launches. EBPs should pursue these alli-
ances in parallel to their fundraising efforts and understand that 
these collaborations provide a much-needed risk-reduction mea-
sure and a higher probability of  a liquidity event.

GO-TO-MARKET GOALS
In the end, a company’s go-to-market strategy must provide a 
clear road across all channels, with key players well considered 
and designated, and it must be on point and ready to tackle all 
challenges the market has to offer. Consider this early when decid-
ing how to approach that first foray into drug development and 
launch. According to Deloitte, “Most new drugs continue with 
the revenue trajectory set at launch. About 70% of  products that 
miss expectations at launch continue doing so in subsequent years, 
and around 80% of  products that meet or beat expectations con-
tinue to do so afterward.” 3 A failure to have a strong launch leads 
to poor results and ultimately a failure of  both product and com-
pany. There’s a lot on the line with that first product. 
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P harmaceutical Executive, in collaboration with Biofourmis, 
organized a roundtable of experts from various groups to 
discuss how digital medicine and pharmaceuticals are 
changing the trajectory of what drug development and clin-

ical care look like together, with an emphasis on partnerships within 
digital health.

Participants in the roundtable were: 
Ahmed Albaiti, Principal, Digital and Connected Health Practice, ZS

Jennifer Goldsack, Founder and CEO, Digital Medicine Society (DiMe)

Anthony Luttenberger, Senior Vice President, Life Sciences, Biofourmis

Eli G. Phillips, Jr., PharmD, JD, Vice President & General Manager, 

Digital Health, Outcomes, a Cardinal Health company

Josh Raysman, formerly Vice President, Digital Innovation, Pfizer Inc.

Pharmaceutical Executive: What is top of mind when you consider digital 

medicine’s impact on pharmaceuticals? 

Raysman: First, from a patient perspective, it’s an unmet need. More 
recently in the world of digital medicine, doors are opening for us to 
reach patients in new ways, and to make an impact in areas that were 
either unaddressed entirely or sub-optimally addressed. Thinking about 
the projects that I’ve been involved in or hope to become involved in 
it starts with an unmet need that is uniquely positioned to take advan-
tage of the digital innovation we’ve seen emerge over the last few years.

Luttenberger: Digital technology is going to take us to the next level. 
It means greater access to more patients and faster approvals for well-
native therapies. The saying “speed kills” comes to mind, but the 
opposite is also true: going too slow. The adoption of digital technol-
ogy has been slow, and it needs acceleration and requires standard-
ization. Even still, digital medicine and digital therapeutics mean 
different things to different people. As we come together in an emerg-
ing area, these standardizations will develop and we need to do it 
faster because, at the end of the day, it’s really about patients getting 
well-needed therapy faster.

Goldsack: As we think differently about those definitions of digital 
medicines, there is an enormous unmet need that can be satisfied by 
digital therapeutics, which need high-quality evidence-based research 
and pathways to market access. In the broader digital era of thera-
peutic development—beyond a scenario in which the end-product is 
a therapy, e.g., a traditional medical device, gene therapy, biologic, 
or drug—there’s a powerful suite of new tools: adherence measures; 
digital clinical measures that can be endpoints, etc.; artificial intel-
ligence (AI); machine learning to promote discovery; access to real-
world data and evidence in a volume we’ve not experienced before, 
the use of virtual care, telehealth, and synchronous and asynchronous 
nudges; or companion products that go to market with a more tradi-
tional molecule. The important thing is we’re getting to a point where 
these aren’t nice to have; they are need-to-have. We have a 5% rate 
of technical success with traditional molecules, and it takes 10 - 15 
years for those 5% to actually make it to market. The industry’s facing 
massive patent cliffs—it needs to find other pathways to derive rev-
enue. There is a pressing need to start adopting these technologies 
and think broadly about what technologies we have access to and how 
they can help us.

Albaiti: I’ve started to break down digital health into parts. First is vir-
tual care, which is the largest growth area with the longest tenure. Then 
there’s digital health itself—the unregulated part of self-management, 
behavioral therapy, and other areas. And finally, there is digital med-
icine, comprised of regulated therapeutics and diagnostics that require 
evidence-based insights and data. It’s worth noting that digital medi-
cine has not yet been “owned” by any one segment. Healthcare com-
panies are producing digital medicine, and they’re doing it faster than 
pharmaceutical companies, which are producing it as well. Med-tech 
companies are producing digital medicine products as legal manufac-
turers, as are providers. For the first time in the history of medicine, 
we have a medical category that could be produced by different types 
of companies that you wouldn’t normally associate with producing 
medicines. It’s an open season that we haven’t seen before.

Digital Medicine and Pharma: 
The Partnerships Bringing 
Together Molecule and Software
How partnerships and collaborations are shaping digital health 
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Phillips: I think of two disparate areas: patient engagement and health-
care provider augmentation. To understand patient engagement, we 
need to examine how the role of healthcare is changing in this dynamic 
space. Patients are increasingly receiving healthcare at home, with their 
home serving as a diagnostic center, laboratory, infusion center, etc. 
We need to think about how we’re going to engage patients in these 
new settings. 

Healthcare provider augmentation is an opportunity to make the 
healthcare provider even more dynamic—expand their capabilities by 
leveraging these digital technologies. When you combine these two 
areas, you have a new age of healthcare administration. Many roles 
that will be formed over the next 10 years haven’t even been thought 
of yet. This is such a new area, and we need to truly understand how 
to integrate the clinical aspects and clinical outcomes associated with 
pairing both a drug—a physical, tangible good—with a piece of soft-
ware, which is not so tangible. 

Pharmaceutical Executive: What are multi-stake partnerships starting to look like? 

Albaiti: We are in the third generation of partnerships around digital 
health and digital medicine. Between the first and third generations, 
regulatory clarity has changed classifications, transparency rules, and 
consent and data ownership rules. Part of the reason some of these 
partnerships are evolving is the market has changed over time. Some 
of the first-generation partnerships from the early part of the last decade 
weren’t as successful as many hoped, while second-generation partner-
ships had a lot to do with building capabilities and culture together—
let’s bring the tech and science cultures together. These second-generation part-
nerships saw slightly better results but there was still a lot to learn about 
how these things don’t work super well. 

Now we’re into the third generation of partnerships, especially between 
pharma and other players. We’re starting to see ingredient modeling 
of digital medicine—I’ll do the algorithm; you do the application. You have a 
B2C or B2B business; I’m strictly B2B: How can we create different ingredients? 
A lot of the partnerships now have demands upfront, and I’ve been in 
these conversations. We want access, we want expertise, we want data, we 
want engagement, we want your value-based contracting models. We want to create 
companion products that will fit under that model. The third-generation part-
nerships are finally about what is the business of producing outcomes 
or an ecosystem, and what kind of commercialization do we want to 
talk about? What’s the least I can do to be a good partner as opposed 
to what’s the most we can do to tell the world we’re amazing partners, 
even though we haven’t done anything yet? 

Luttenberger: Up until now, in the third generation, out of necessity in 
working with multi-stakeholder partnerships, it felt like we were buy-
ing or creating parts of a solution and having to duct tape it together. 
Now things are coming together, and they’re more comprehensive, 

turnkey solutions where the partnerships are starting to hit stride. That’s 
important because up until now it’s been a land grab on how do we pull 
this all together? Many companies don’t want to be first, but nobody wants 
to be last. It’s something that we have to continue to work on—more 
comprehensive solutions and evolving through these partnerships.

Phillips: I see this as a variety of partnerships across both the develop-
ment landscape and the delivery landscape. It’s one thing to partner 
on the development of the program, but then we still need to get it in 
front of patients. What does that delivery mechanism look like? The 
delivery mechanisms in place with these new products, prescription 
digital therapeutics, for example, are constantly growing and evolving. 
We need to alert physicians to these products and somehow alert 
patients to them as well. Then, some barriers exist with reimbursement 
and commercialization. Thinking broadly about delivery, how do we 
get the stakeholders—which I define as providers, patients, payers, 
developers, or manufacturers—to work in concert to provide a best-
in-class solution for patients that is accessible?

Raysman: The models have begun to shift. The third wave of relation-
ships started with specific intent, a specific product for a specific patient 
segment, by specific players. There is more of a focus on capabilities, 
creating platforms where these things can scale, and the expertise is 
not so bespoke but is positioned in such a way that we can start seeing 
progress faster and far broader than what we’ve seen to date. It’s digital 
medicine coming soon. It feels like the value has yet to be delivered despite 
all the opportunities. What you described, Eli, will help change that.

Goldsack: We’ve realized through these waves of partnerships that the 
digitization of healthcare is not going to be shoehorning 500-point 
solutions into every clinic and care environment. That’s simply not 
going to work. The way forward is much more integrated, holistic 
approaches to caring for people and the use of these digital tools to do 
so. There are some areas where digital medicine isn’t coming soon. 

SPECIAL SPONSORED SECTION

There is a pressing 
need to start adopting 
these technologies and 
think broadly about 
what technologies we 
have access to and how 
they can help us.

 

MASTER THE SCIENCE OF SUCCESS 

https://www.pharmexec.com/


WWW.PHARMEXEC.COM

32 Executive Roundtable 32 PHARMACEUTICAL EXECUTIVE DECEMBER 2022

SPECIAL SPONSORED SECTION

Virtual first care has proven that when you use the full suite of tools in 
the toolbox to build care around the patient and not the clinic—think-
ing about whole patient care versus a single-point solution—we’re 
already seeing enormous success. There is a lot of consolidation hap-
pening with the large payers driving toward that kind of approach. 
They have more data than anyone else, so I’m always watching where 
they’re going. 

A partnership that I’m excited about is the recent announcement 
between FDA and Veterans Affairs (VA), specifically between the Cen-
ter for Devices and Radiological Health (CDRH) and the VA. They 
are creating a way in which innovative new devices can be deployed 
in the real world, where veterans can get the best access to new medi-
cal products. We get to see how it performs in the real world, not just 
patient outcomes, but how that affects the system. How does that affect 
the clinicians that were in dire shortage right now? How does that affect 
the efficiency with which we can provide care, health equity, etc.? We 
know that the true purpose of integrated transformation is that we need 
to change the way we deliver healthcare. There is a real opportunity 
to do that and monitor it with this FDA-VA partnership.

Pharmaceutical Executive: How do you put together an integrated, holistic 

solution across the stakeholder chain? 

Goldsack: The VA has very different incentives from FDA. They’re 
responsible for a warfighter from the moment that they retire, all the 
way to the grave. They have to take care of  that patient, regardless of  
how sick they are, where they live, their housing status, or their income. 
They don’t have a choice, and they have the incentives to keep that 
patient healthy. And where I see some of  the highest quality innovation 
is in integrated systems. Look at what Intermountain or Kaiser is doing 
or the consolidation happening at UnitedHealth Group. We saw it with 
the emergence of  Elevance, which redistributed their organization so 
that they have both care providers and payers. This is a movement that 
we need to pay attention to. We’re not going to see an integrated-holis-
tic approach with successful transitions of  care in the virtual environment 
unless the incentives are in place to do that. And those incentives can’t 
be for individual point solutions; they will require a mosaic approach. 
We need to figure out how we’re going to make this work in our tradi-

tional buckets of  paying for healthcare. Surprise, I don’t think it’s indi-
vidual CPT codes for every digital product. That’s a recipe for disaster.

Albaiti: Healthcare is an industry that’s surprisingly allergic to platforms. 
It took a pandemic to standardize hundreds of virtual care platforms 
from thousands. Healthcare is the most prolific digital experiment. 
Healthcare enterprises—particularly payers and providers—are doing 
three times as many pilots with digital innovators as any other enterprise 
of equal size. Look at electronic health records (EHRs)—they have his-
torically been terrible at open, big platforms. Now think of big technol-
ogy platforms that you see elsewhere, such as travel—it’s very hard to 
pull that off in healthcare. So that has slowed down a lot of things. 

Where do we see progress? Where there’s good reimbursement; where 
people are skipping the claims line, the coding line, the adjudication 
line, and revenue-cycle management. We are seeing it in the employer 
space in the United States and certain integrated systems in the Nor-
dics, among others. Some interesting things are also going on in Sin-
gapore and Brazil where there is reimbursement for digital products. 
Where you see that friction is removed, you see better adoption. But 
attribution is still a problem, which is why you don’t get the big bun-
dling that big pharma is interested in. They say I don’t want to get bundled 
into whatever new care guideline includes virtual care and medicine. How can I 
put my stuff in there and get the right attribution? That still hasn’t been done 
and that is where the learning health system comes in. It connects the 
system together. That means it’s not just me learning in Memorial Sloan 
Kettering Cancer Center; it’s me learning with Texas A&M and others 
in a virtual learning health system. And the only way that happens is 
if we can agree on digital measures that can then be used together in 
a pre-competitive manner. 

Luttenberger: We need to be more collaborative and cooperative than 
competitive. The practical application of that is what are the digital 
biomarkers? What are the algorithms? There are so many examples, 
whether how to accurately conduct malignancy scores or tumor types 
or the onset of CRS or sepsis. There are some standards we can all 
share and learn prior to the competitive element in the marketplace. 
That will help all of us, and, ultimately, help us not lose sight of why 
we’re all here: to improve patient outcomes, increase patient access, 
and ultimately drive down cost.

Pharmaceutical Executive: What is the difference between a collaboration and 

a partnership? Is collaboration the road to a pre-competitive arrangement?

Luttenberger: What is a vendor relationship? What is a strategic part-
nership? And where is that value in the level of interaction? A long-term 
partnership is where it’s a commitment and working together to solve 
a problem—it’s not transactional. That’s where we differentiate our-
selves, where we work together, roll up our sleeves, put our heads 
together, and work on driving solutions. What’s interesting is that we’re 
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in an ever-changing market; you can’t stop and wait until everything’s 
right and then make a decision. What’s working right now may not be 
what’s viable six months from now or a year from now. Working 
together is incredibly important.

Raysman: You need to orient in a line on outcomes. Some things sim-
ply cannot be done without mutual collaboration, a pre-competitive 
arrangement in which we have a piece of the answer, as individual 
parties, and if we can come together and assemble that complete 
answer it unlocks all sorts of things for us in the future. The most 
interesting partnerships are the ones that are not one-sided—not using 
a partner for a delivery mechanism but instead, there is intelligence 
around patient engagement, for example, or knowledge of how health-
care is delivered that contributes to the end product. It makes things 
difficult for attorneys when they are drafting these agreements. 

Where I’ve seen partnerships or collaborations struggle is when you 
have players that are not experienced in healthcare and underestimate 
some of the nuances that are important in healthcare. I look for a 
partner who understands healthcare, patient data, how healthcare is 
delivered, and important regulatory guardrails. It’s important to 
understand when creating partnerships in digital health.

Goldsack: A core part of our work at DiMe is hosting pre-competitive 
collaborations to commoditize methodologies and evaluations frame-
work. Those should not be things we compete on. If we start to define 
core measures of health digitally assessed differently at two different 
pharmaceutical companies, within two different healthcare systems, 
at FDA and Centers for Disease Control (CDC), then what are we 
even doing here? Digitization of healthcare is new flows of data. It’s 
the fact that data doesn’t live locked in a manila folder in a file cabinet 
and only the practice manager has access to that data. We’re far 
beyond that, but unless we’re comparing apples and apples it’s not 
going to work. And that’s why standardized methodologies, evalua-
tion frameworks, and core measures are absolutely fundamental to 
success in a digital era. 

Pharmaceutical Executive: What does the landscape look like for healthcare 

providers? Are they fully accepting of digital solutions?

Phillips: I think we have yet to fully accept it. We are still very much 
in the infancy of getting providers on board. To understand where 
we’re going with digital healthcare, we have to look at where consum-
erism has gone. We live in an on-demand, content-rich, instant-grat-
ification world that, over time, has invaded healthcare, too. It’s not a 
bad thing—it’s a good thing for healthcare. In fact, using tools such 
as MyChart, patients are ahead of the provider. 

On a separate note, healthcare provider is a broad term. Prescribers 
and physicians are going to play a specific role, but right now we are 

focused on pharmacists—potentially one of the least-utilized health-
care professionals in the stakeholder continuum of healthcare pro-
fessionals. And at some point, a group is going to have to take own-
ership of digital from a therapeutics perspective. Not only 
prescribing but also monitoring, pivoting, changing, etc. One thing 
we hear from providers is they are still uncertain how best to ingest 
data and then what to do with the data that is an output from these 
programs. In time, we will see clinical guidelines include the digital 
component as part of the therapeutic/treatment dynamic. We have 
quite a way to go. 

Raysman: I’ll share a personal perspective. I’m not a provider, but I 
can identify with, at a human level, the fact that we all want time back. 
And that’s what digital health has in store for us if we get it right. As 
patients, we’re not sitting in a waiting room waiting for an answer that 
we could get through another means. And from a provider perspec-
tive, they only have so many hours in a day. They need to use their 
time to benefit the patients that need it most. How can we bring for-
ward tools that allow them to do that, and then generate the evidence 
to substantiate it? My biggest concern is that we’re awash in the inter-
est game at the expense of understanding the impactful. How do we 
find the areas with the most impact and get them in the hands of folks 
who need it most—whether that’s a provider who’s overwhelmed by 
the number of cases they need to address, or a patient that’s over-
whelmed by the challenges of a condition or therapy. 

Goldsack: The first point I want to make is around consumer expecta-
tions—one of those expectations is personalization. We need to move 
away from the idea that there’s a single-digitized approach that will 
work for everyone. Consumers go to Amazon, and it tells them what to 
buy next, and it’s probably right. They go to Netflix, and it tells them 
what to watch next, and it’s probably right. We need to develop a deep 
understanding that the one or two apps that are truly delivering value 
are the ones able to follow you and available to you. As we deploy these 
digital tools, we have to meet patients where they are, and we have to 
do better. 

The second point is the changing role of the healthcare provider and 
healthcare team is diverse. We have to imagine a fully integrated 
team-based approach to care and the important role that nutritionists, 
physical and occupational therapies, etc., can play, especially in men-
tal and behavioral health conditions as well as chronic care conditions. 
There’s an enormous opportunity; we just have to be open to a fun-
damentally different approach. 

Visit www.pharmexec.com/partnershipsindigitalmedicine 
to watch videos featuring roundtable participants as they talk more 
about Digital Medicine and Pharma: The Partnerships Bringing 
Together Molecule and Software. 
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It is best practice for life sciences companies to audit their 
medical affairs (MA) functions at least every two years—
whether those services are provided in-house or by a third 
party vendor. Audit frequency is risk-based and typical indus-

try standard for a vendor/supplier audit is three to five years. Reg-
ulations do not specify timeframes, only that an audit is required.

Prior to COVID-19, audits were mostly conducted in person. 
The pandemic forced companies to look for other ways to meet 
their audit obligations, and a virtual (remote) approach was 
generally seen as preferable to delaying the audit. When 
designed properly, companies found that virtual MA audits, con-
ducted live, produced the same depth and breadth of  observa-
tions as in-person audits. The virtual approach is now firmly 
established as a viable alternative, even with the easing of  
COVID restrictions.

There are some inherent challenges with virtual audits, most 
of  which can be addressed during the planning process:

• Establishing an effective auditor-auditee rela-
tionship. As at-home workers across the globe know, it
is more difficult to establish working relationships via
Teams or Zoom than it is when you can look someone
in the eye and read their body language. While this is
something to be aware of, auditor-auditee interactions
by nature are collegial but not overly friendly and this is
likely not a significant detriment.

• The lack of  physical proximity requires additional
planning. If  there is more than one auditor, it is likely
they are not in the same location. The same is true for
those being audited. Communication channels, such as a
group chat, need to be set up for private “sidebar” con-
versations (between auditors; between auditees) during
the audit. Additionally, a separate Teams or Zoom meet-
ing should be set up by each entity to converse during
audit downtimes.

• The start and stop nature of  the auditor-auditee
communication. As with an in-person audit, an auditor

will want time alone to review documents. This means 
that all participants will log in and out of  the Teams or 
Zoom meeting multiple times. A way for the auditor to 
notify all participants that it’s time to return (e.g., a group 
text) should be set up.

• The possibility of  technical issues. An IT person
from each organization should be on standby in case
addressable issues occur. On a related note, at-home audit
participants should be encouraged to set up their smart-
phone as a mobile hotspot in case of  an internet outage.

With both in-person and virtual audits, the requested docu-
ments are typically shared in a PDF format through a private 
secured network. If  the audit is of  a third-party vendor, the audi-
tor’s access is read-only (no printing or downloading of  docu-
ments) and is only for a limited time. This approach is convenient 
for the auditor, allows the auditee to control access, and is envi-
ronmentally friendly.

Permanent storage of  documents should be in a private, 
secured, and validated repository that utilizes file indexing and 
optical character recognition (OCR) for the easy retrieval  
of  documents.

The most notable advantage of  virtual audits is that they 
save time and money. Conducting an audit virtually eliminates 
travel expenses and reduces the time auditors need to devote to 
the audit activities.

Even though audits can be effectively performed virtually, in-
person audits are not a thing of  the past. If  the services are being 
provided in a location geographically close to the auditor, an on-
site audit eliminates the challenges associated with virtual audits. 
A hybrid approach can also be taken—in which the bulk of  the 
auditor’s document review takes place remotely, and a site meet-
ing is held for questions and answers. 

This is a shortened version of  a Pharm Exec online article which can be 
found in full here: bit.ly/3AjXRHB. 

Virtual Medical 
Affairs Audits: A 
Viable Alternative
Proving to be beneficial post-COVID despite continuing challenges
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