
Pharmaceutical 
Executive

VOLUME 41, NUMBER 1

January 2021
WWW.PHARMEXEC.COM

TECHNOLOGY
CLOUD ACCELERATION

LEADERSHIP
DIGITAL SKILL-BUILDING 

FINANCE
SETTING THE TONE 

 STRATEGY
SUSTAINABLE RESOLUTIONS

®

MASTER THE SCIENCE OF SUCCESS

A LABOR 
OF LOVE
Tackling Health Disparities
In Sickle Cell Disease

Ted W. Love, president 
and CEO of Global  
Blood Therapeutics 

https://www.pharmexec.com/
https://www.pharmexec.com/


WWW.PHARMEXEC.COM

2 Chairman’s Letter2 PHARMACEUTICAL EXECUTIVE JANUARY 2021

MIKE HENNESSY SR.
Chairman and Founder,
MJH Life Sciences™

Nine months. In March 2020, the US was in the early 
stages of  the COVID-19 pandemic. We shut the entire 
country down and grounded the economy to a halt in 
an effort to slow the spread of  the virus. Think back 

to March, and how much uncertainty we were living under.
Nine months later, the FDA approved two COVID-19 vac-

cines under emergency authorization. Before New Year’s Day, 
millions of  Americans had received the vaccine, including front-
line physicians and healthcare providers and nursing home 
patients, our most vulnerable citizens.

Nine months. Take a moment to let that sink in.
The mainstream media has crafted a narrative around the 

COVID-19 pandemic that’s almost entirely negative. For the pur-
pose of  ratings, they have described the US response to the pan-
demic as blundering from one mistake to the next. This narrative 
is false. 

There is another way—a more accurate and underappreciated 
way—to tell the story of  the last nine months. It is a story of  
heroism, innovation, and precise science, performed under unbe-
lievable pressure.

Let’s not mince words: The US and the world needs to appre-
ciate the role of  the pharmaceutical industry—the researchers, 
physicians, and business leaders—who are rescuing the world 
from COVID-19. It’s the medical breakthrough of  our lifetime.

Instead of  dwelling on why many in the media are ignoring 
this, let’s review some facts.

• Since the discovery of  COVID-19, here is what scientists 
have accomplished: They identified a novel virus, unlocked 
and sequenced its genetic code, created new therapies to save 
lives, and developed multiple safe and effective vaccines using 
messenger RNA technology, a technology hopefully appli-
cable to future vaccine development. Margaret Liu, MD, a 
member of  the MJH Life Sciences COVID Coalition, called 
it a breakthrough for mRNA vaccines.

• The US has two vaccines approved for emergency use, one 
from Pfizer/BioNTech and another from Moderna, and the 
AstraZeneca/Oxford vaccine has been approved for emer-
gency use in the UK. In addition, there are 64 vaccines 
undergoing clinical trials at the moment, including 20 in 
Phase III trials. In the US and around the world, the phar-
maceutical industry has answered the call and invested heav-
ily in this effort.

• This was the fastest vaccine development program in history, 
and it’s not even close. David Pride, MD, a microbiologist at 
the University of  California San Diego, estimates that vac-
cines typically take 10 to 15 years to develop. Until the 
COVID-19 pandemic, the fastest development timeline was 
four years, for the mumps vaccine.

• Many government systems moved quickly to lessen the bur-
den of  onerous regulations and provide funding so that vac-
cines could be developed quickly but with still rigorous stan-
dards. Perhaps it should be a lesson to all of  us that 
regulation/innovation can be calibrated more effectively 
during “normal” times as industry races to develop new ther-
apies for our world’s other pandemics—cancer, diabetes, 
heart diseases, and more.

The next step of  the process—distribution of  the vaccine—
will be as challenging as the development phase, if  not more so. 
But again, the pharmaceutical industry is rising to the occasion. 
Factories around the world are working in overdrive to produce 
hundreds of  millions of  vaccine doses.

Already, less than a month after the Pfizer vaccine was 
approved, more than 15.4 million doses of  vaccine have been 
distributed across the country, and more than 4.6 million people 
have received their first dose, according to CDC data. Many 
patients are already receiving their second dose.

While 15.4 million doses are impressive, some expected 20 
million doses. But even that is moving the goal line a bit, as six 
months ago many observers didn’t think we’d get a vaccine 
until 2021.

Members of  our COVID Coalition told us that the holidays 
slowed the rollout considerably. Nancy Messonnier, MD, a physi-
cian with the National Center for Immunization and Respiratory 
Diseases at the CDC, expected a rapid jump in administered 
vaccines during these first few days of  2021.

Every day, more people will be vaccinated. After healthcare 
workers and our most vulnerable citizens, other frontline workers 
will be next. Teachers will be vaccinated so our children can return 
to school. And soon, all Americans will be able to go to their doc-
tor or walk into a CVS or Walgreens and receive the vaccine.

Remember, we did all this in nine months, with the help, ded-
ication, and expertise of  our pharmaceutical industry heroes. 
Next time you turn on the TV and see negativity, turn it off and 
imagine instead where we will be nine months from now. 

How Pharma Innovation 
is Saving the World
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From the Editor

Six Degrees of 2020
Quite a time ago, I wrote about reactions pharma professionals 
receive from either acquaintances or friends when they find out 
what industry they work for. The reactions range from interest to 
an unwanted and unwarranted remark that could chill any social 
situation. But if there is something that 2020 has taught us, is 
that science is viewed as questionable and the industry we all 
support, which is helping us get out of the pandemic hole we 
are in, still is viewed with suspicion. I’m not a scientist. I studied 
journalism and have worked in business-to-business publications 
my whole career. But once I found clinical trials and pharma, it 
was fascinating. For many reasons: the processes, the history, the 
science and biotech’s emergence and, most of all, the people.

The people that invest their careers in pharma are some 
of  the smartest, positive, inquisitive, and poised group. 
It’s literally a stereotype. I have interviewed so many 
with unique stories and most have that underlying 

desire to truly help people and contribute positively to society. I’ve 
also met a number of  pharma leaders who served in the military, 
fortifying my belief  that the US Armed Forces provides an educa-
tion in rational, organized, and thoughtful behavior, one that can 
be translated into any number of  industries. 

I value the astonishing advances that come from science and 
medicine. So it always comes as a surprise when I hear hesitancy 
around the COVID crisis—in regard to both science and vaccines. 
I’m not a scientist, or a doctor, but lately people who know what 
I do have asked me what I think about the vaccines. I know a 
couple of  nurses who don’t want to get the first vaccines, they 
want to wait, but their closeness to high-risk groups will probably 
require they do. 

Years ago, I had a hairdresser who wasn’t getting her child 
vaccinated but planning to send her to public school on exemp-
tion. I have a family member who wouldn’t touch surfaces as 
recently as last month. I attended a socially-distant, appropriately 
masked gathering within the population limits of  my state where 
I heard that COVID was a hoax. 

Clearly, I know those who are all in with science and vaccines. 
But my point is, if  we all know someone, who knows someone, 
well…the six degrees…it feels more disconcerting. 

MORE POSITIVE DEGREES
Back to the science and medicine. There is also a six-degrees of  
pharma, biotech, and medical professionals that cross over and 
back from academic research into industry, industry to CROs, 
physicians to biotech, as well as PhDs. The industry is definitely 
more willing to cross-pollinate outside of  the rigid, conservative 
walls of  maybe five to 10 years ago. We will be looking closer at 
some of  these stories in podcasts and articles this year, those that 
support the holistic views and experiences these individuals bring 
to their careers. 

Our cover executive profile this month is Ted Love, MD, CEO 
of  Global Blood Therapeutics, who says in his profile on page 14, 
“GBT was really after I’d retired. But it was impossible for me to 
turn down because of  the sickle cell mission, because of  all of  the 
historical disparities in sickle cell disease. As an African American, 
these things were very personal to me.” Read this profile for more 
of  the personal and professional views of  Love’s journey. 

More positives, this issue brings Pharmaceutical Executive to its 
40th year! To commemorate, each month this year, editors will 
highlight the facts and history of  a group of  years, except in this 
issue where we focus solely on 1981 to herald the opening of  the 
anniversary year. (See page 6 to read more about the year of  REO 
Speedwagon, Ronald Reagan, Biogen, and Valium).

As always, drop us a line or reach out with a topic, article, or 
idea to bounce off of  us. We miss the conferences, so let’s keep 
the ideas going. 
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Welcome to our first installment commemorating 
the 40th anniversary of  Pharmaceutical Executive. 
In the year that its inaugural issue rolled off the 
presses, Ronald Reagan entered 

the White House. “We must act today in order 
to preserve tomorrow,” he said. On March 
30, 1981, he was the victim of  an assassina-
tion attempt. It didn’t cow him. “I forgot to 
duck,” the President told his wife, Nancy, as 
he was wheeled into surgery. Less than a 
month later, he was back in the Oval Office. 

Away from politics, the Oakland Raiders beat 
the Philadelphia Eagles 27–10 in the Super Bowl, Americans 

John McEnroe and Chris Evert both triumphed 
at Wimbledon, and the Los Angeles Dodgers 

won the World Series. People rushed to see 
Raiders of  the Lost Ark and Superman II on the 
big screen, while flocking to buy the late 
John Lennon’s “Starting Over,” REO 

Speedwagon’s “Keep On Loving You,” and 
Kim Carnes’ “Bette Davis Eyes” from record 

stores. On TV, Andy Kaufman flipped out on 
Fridays and Barbara Walters asked Katherine Hepburn what kind 
of  tree she would be. The Waltons came to an end, while Dynasty 
started. This, as much as anything, was an early indication of  the 
decade’s shifting trends.

THE PHARMA LANDSCAPE
Anticipating a relaxation of  regulations around drug development 
(among other factors), analyst Ronald M. Nord-
mann declared that the 1980s would be “a 
golden age of  drug research.” (New York Times 
[NYT], May 17.) Already, SmithKline’s 
stock had multiplied eightfold since 1975; in 
1980, its ulcer remedy, Tagamet, had passed 
Valium as the world’s largest-selling drug. 
Merck was the most profitable pharma, earning 
$415.4 million. There were high hopes for increased 
drug approvals. FDA had approved only 12 new drugs in 1980. 
The new heads of  the HHS and FDA, Richard S. Schweiker and 
Dr. Arthur Hull Hayes Jr., were expected to shorten this lag. This 
they achieved; by the end of  the year, FDA had approved 27 drugs.

Meanwhile, biotech was taking off in Boston. The area was 
“witnessing a small explosion in genetic engineering,” said NYT 
(Feb. 26). Dutch organization Biogen and the 
newly formed Genetics Institute had set up 
base there. But these companies had no dis-
tribution networks and couldn’t wait eight 
years for FDA approval, warned Arthur D. 
Little’s Dr. Alan Burg. Their focus should 
be “to deliver the microorganisms to the 
pharma companies and let [pharma] worry 
about marketing the products.” Biogen seemed 
undeterred. 

“Our objective is to become the IBM of  biotechnology,’’ said 
the company’s US boss, Robert A. Fildes. In some cases, he 
explained, Biogen would hand its findings over to large pharma; 
in others, it would develop and market products itself.

There were reputation problems, even then. 
The aforementioned Valium had fallen from 

a peak of  more than 50 million prescriptions 
in 1975 to below 33 million following 
reports of  abuse and addiction. 

And pharma was at the mercy of  emo-
tional media campaigns. The rare disease 

issue was sullied with an unhelpful image of  
“patients ravaged by disease, or even dying, 

because there is not enough profit in the drug that could save 
them,” wrote Robert Reinhold (NYT, March 17). He noted that 
TV’s Quincy, Jack Klugman, moved by the show’s inclusion of  a 
boy with Tourette’s syndrome, had gone before a Congressional 
subcommittee to ask, basically, “Why doesn’t somebody do some-
thing?” It wasn’t that easy. Reinhold pointed to a bill introduced 
by Democrat Rep. Theodore S. Weiss to set up a special National 
Institutes of  Health office to stimulate orphan drug development, 
but “no swift solution” seemed likely.

The industry’s reputation was improving in other areas, how-
ever. In July, Dr. Charles A. Sanders, director of  Massachusetts 
General Hospital, “stunned his colleagues” when he took a job 
as vice president of  E.R. Squibb & Sons. This was an indication, 
said commentators, that academic physicians no longer regarded 
working for drug companies as a “dirty task.”

— Julian Upton

Pharm Exec Hits 40 
Looking Back at 1981

Anniversary
1981-2021
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Cell and gene therapies (CGTs) afford a radical shift in 
our approach to disease treatment: Scientists have deter-
mined that repairing abnormal cells or modifying the 
expression of  a patient’s genes often addresses the root 

cause of  diseases. CGTs offer the promise of  enduring and pro-
found treatment outcomes that can effectively cure a disease or 
condition. Nonetheless, patient access is a significant barrier.

To secure patients’ access to CGTs, most of  the focus is on 
establishing reimbursement mechanisms. Manufacturers attempt 
to do so by developing payer and healthcare system engagement 
plans that communicate the therapy’s clinical and overall economic 
values. Gathering data necessary for value analyses starts in early-
phase clinical trials, but some manufacturers do not adequately 
integrate patient assistance program requirements into the overall 
clinical development plan. Simply pricing a product equal to the 
value of  what a patient receives for treatment does not guarantee 
access to therapy. Value-based pricing doesn’t account for the direct 
and indirect out-of-pocket costs associated with the therapy.

For example, the current estimated lifetime cost for a person 
with sickle cell disease (SCD) reaching age 50 ranges from $1.7 
million1 to $8.7 million.2 Multiple gene therapies are under clinical 
development in which the SCD patient’s stem cells are modified 
through the use of  a viral vector to produce normal, disc-shaped 
red blood cells. Presuming the gene therapy leads to a cure, the 
value to a patient is significant; however, the total cost of  care for 
the therapy is overwhelming for a patient population with an aver-
age annual household income of  $45,000.3 The final treatment 
protocol may require the patient to take multiple pharmaceutical 
products before and after the gene therapy treatment, travel to a 
facility authorized to perform the procedure, take time off work, 
and continue testing and follow-up for years. These additional treat-
ment requirements constitute a significant cost, above copayments 
and coinsurance, to the patient and family.

Manufacturers’ patient assistance programs can reduce the cost 
burden. These programs provide drug copayment assistance to com-
mercially insured patients or give free drugs to low-income patients. 

While these programs are ubiquitous to pharmaceutical products, 
they must be modified to support the needs and characteristics of  
the patient population that may benefit from curative CGTs.

When designing patient support programs, manufacturers 
must understand the expected patient population’s payer mix and 
the opportunities and limitations each payer presents. A gene 
therapy indicated to treat a pediatric population like SCD would 
need a program built around the needs of  the Medicaid popula-
tion; innovative therapies that treat older patients should cater to 
the requirements of  Medicare and the senior demographic. All 
offerings must adhere to the restrictions imposed by the Office of  
Inspector General.

Assessing whether to support the costs of  care for services out-
side of  actual drug costs—such as testing and diagnostics—should 
also be considered. If  drugs manufactured by another company 
are needed posttreatment to combat cytokine release syndrome, a 
common side effect of  CGTs, should access to those drugs be sup-
ported financially? Should the indirect costs, such as loss of  income 
for caregivers and transportation and lodging costs to receive care, 
be factored into the development of  a complete program? Further, 
if  manufacturers seek annuity payment approaches, how should 
they modify their program to provide continued copayment or 
coinsurance assistance—possibly for years and across payers?

Developing the solutions for patient affordability should start at 
the inception of  the clinical development plan. The time has come 
to focus on patient assistance design and support long before launch 
preparations begin. 

---
1. Hulihan M, Hassell KL, Raphael JL, Smith-Whitley K, Thorpe P. CDC Grand 
Rounds: Improving the Lives of Persons with Sickle Cell Disease. Morb Mortal 
Wkly Rep. November 24, 2017.
2. Lanzkron S, Carroll CP, Haywood C, Jr. Mortality rates and age at death from 
sickle cell disease: U.S., 1979-2005. Public Health Reports. March-April 2013.
3. American FactFinder. Selected Population Profile in the United States 2017 
American Community Survey 1-year Estimates – Black or African American alone. 
United States Census Bureau. https://factfinder.census.gov/faces/tableservices/jsf/
pages/productview.xhtml?src=bkmk#. Updated 2017.

Patient Support Design 
is Critical for Cell 
and Gene Therapies
Why it’s important to integrate patient assistance programs for cell 
and gene therapies into the overall clinical development plan
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jillwechsler7@gmail.com

The new year began with a continued surge in illness and 
deaths due to COVID-19, along with high hopes for 
combatting the virus with effective vaccines and thera-
pies. Strong efficacy data and reassuring safety reports 

indicate that new vaccines may prevent contamination, thus shifting 
the focus to the monumental task of  producing, packaging, ship-
ping, and administering millions of  doses as quickly and effectively 
as possible. The success of  biopharmaceutical manufacturers in 
developing and testing a whole new type of  vaccine in less than a 
year reflects the scientific and technological strength of  the industry 
and the research community, bolstered by critical financial and reg-
ulatory support from governments and international organizations. 

Public health officials face significant challenges in effectively 
delivering vaccines to priority populations, particularly those pre-
ventives requiring two doses and ultra-cold shipping and storage. 
The new products are targeted first to healthcare workers and 
nursing homes, with distribution assigned to state and local health 
departments that desperately seek additional federal support for 
identifying priority populations, transporting appropriate doses 
safely, and tracking these operations effectively. 

With limited access to COVID-19 vaccines for months ahead, 
researchers and manufacturers will continue to test hundreds of  
new and existing therapies for potential in treating infected indi-
viduals. FDA has authorized emergency use for a few monoclonal 
antibodies and antivirals found slightly effective against the virus, 
and investigators are testing further dozens of  antimalarials, immu-
nosuppressants, and other compounds. 

FDA’s ability to assess and communicate appropriate use of  new 
coronovirus vaccines and therapies will be critical for the agency 
to regain public trust and confidence in its expertise and the prod-
ucts it approves. It is vital for new leadership to navigate carefully 
between promoting public access to potentially life-saving treat-
ments and limiting expectations for unproven therapies, despite 
outside political pressures.

INNOVATION & ACCESS
In addition to dealing with the pandemic, FDA will continue efforts 
to move a broad range of  promising new drugs to market through 

guidance development, accelerated approval initiatives, and efficient 
review and approval programs for drugs, generic drugs, biologics, 
and other medicines. The agency has seen a surge in R&D on new 
cellular and gene therapies, and more new biosimilars promise to 
facilitate access to important biotech therapies. At the same time, 
FDA is negotiating new agreements with industry to update user 
fee programs for drugs, biologics, generic drugs, and biosimilars, 
which need to be sent to Congress by the end of  the year in order 
to be renewed by Oct. 1, 2022, when current fee programs expire. 

Despite industry’s success in developing new COVID-19 thera-
pies and vaccines, policymakers on all sides will continue to raise 
questions about pricing and access to vital treatments in the US and 
around the world. There is bipartisan support for a range of  drug 
price control measures, including versions of  the Trump adminis-
tration’s reference pricing and rebate reform initiatives. Some states 
also are pressing for wider import of  less costly drugs from Canada, 
despite safety concerns for such activities, as well as objections from 
Canadian health authorities. Pharma leaders insist that too-harsh 
price regulation will limit the broad innovation and drug develop-
ment that has been critical for combatting the pandemic, but will 
face continued pressure to moderate prices for both new and exist-
ing medicines. 

FDA enforcement activities also face changes following a halt in 
most field inspections of  drug facilities due to the pandemic. While 
there’s pressure to resume more onsite visits to better assess the qual-
ity of  promising new therapies, the agency will continue to rely more 
on alternative sources of  information on the regulatory standing of  
operations. The pandemic also has highlighted global supply chain 
vulnerabilities and the importance of  more reliable and flexible 
manufacturing processes for drugs and vaccines. Policymakers want 
strategies to better anticipate and resolve supply shortages, which 
may involve efforts to boost drug manufacturing in the US. 

The new administration will also need to address broader eco-
nomic relief  and public health measures as the pandemic continues. 
The Biden team has mapped out a broad health policy agenda that 
includes retaining Affordable Care Act (ACA) provisions for health-
care coverage in the face of  further Supreme Court deliberations 
on that issue. 

Pharma in Spotlight
as Pandemic
Continues in 2021
Biden administration faces key decisions on drug testing and 
access amid vaccine distribution challenges
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REFLECTOR
is Pharmaceutical Executive’s
correspondent in Brussels

The European Union was in self-congratulatory mood by 
the end of  2020. In his end-of-year dispatch, EU Coun-
cil President Charles Michel not only hailed the bloc’s 
December agreement on a hard-fought multibillion dol-

lar seven-year plan to recover from COVID-19. First on his list of  
key moments was health—and specifically vaccines, which were just 
beginning their rollout across Europe. He saluted “the international 
community’s achievement in developing vaccines in record time,” 
and claimed that the EU “took a leadership role in mobilizing inter-
national funds for vaccine research.” In similarly triumphant mode, 
European Commission Vice President Margaritis Schinas saluted 
the European vaccines strategy as “a historic breakthrough in Euro-
pean integration and the beginning of  a new era.” Along with the 
raft of  health-related initiatives that it has announced during this 
difficult year, the EU is setting itself  up as a major new power in 
internal and international health policy. As 2021 unfurls, it is time 
to explore just what this may mean for pharmaceuticals.

The most obvious challenge is of  course effectively combating 
COVID, and the performance of  the vaccines now reaching Euro-
pean citizens is going to be critical—as is the EU’s ability to coordi-
nate availability and successful delivery in its population. Key vari-
ables are going to be how far mutations of  the coronavirus frustrate 
the development work so far and how ready populations are to accept 
vaccination. The EU will have to do better in collaboration than it 
did at the outbreak of  the crisis, when member states notoriously 
operated in competition rather than in concert with one another. 
And the European health authorities will have to overcome residual 
concerns over their competence and agility, after they took more 
than three weeks longer than other agencies to authorize the first 
vaccine. The EU has also committed itself  to ensuring vaccine access 
in the poorer countries of  the world—and its international credibil-
ity will hang heavily upon how far it lives up to that undertaking.

Among the wider goals that have been enunciated for EU health 
policy, the stakes are highest on making good on the oft-repeated 
promises to provide European citizens with access to affordable 
high-quality medicines. In the face of  the persistent and deep diver-
gences in medicines availability across Europe, this multi-headed 
challenge will demand radical engagement not just from policymak-
ers responsible for health, but also the finance and economics and 

social policymakers who have invariably been preoccupied with 
other concerns. Effecting real change here will also confront the EU 
yet again with the dilemma that despite its ambitions, the EU treaty 
gave it little power in health policy, because national governments 
remain solely responsible for decisions on healthcare delivery.

New mechanisms for chipping away at this blockage of  national 
sovereignty on health are under active discussion. A grandly titled 
pharma strategy for Europe was presented by EU officials in Novem-
ber, filled with ringing declarations of  intent on satisfying patients’ 
aspirations and needs. An even more grandly titled European Health 
Union had already been announced in September, partly to focus 
thinking on joint responses to COVID, but more to open up the 
prospect of  deep coordination and perhaps treaty changes to give 
the EU more clout in what have been purely national decisions on 
health. A number of  nuts-and-bolts programs are also being put in 
place at a more tactical level: a Beating Cancer Plan, a Cancer Mis-
sion, a so-called European Health Data Space for sharing drug 
information for epidemiology and for research, a specific health 
program with—for the first time—a substantial $2 billion budget. 

Europe is currently awash with policy papers saying all the right 
things about preventing drug shortages, adjusting incentives for 
research, harmonizing health technology assessments, and promot-
ing a competitive and innovative European industry. At the same 
time, the policy papers frequently inveigh against drug industry 
monopoly powers, price-gouging, patent abuse, and prioritizing 
profit over patients. The goals may be admirable, but they are fre-
quently bordering on the incompatible. And in consequence, the 
ambitions are articulated as just that—ambitions, with little indica-
tion of  how to get from ambition to realization. 

To make good on its boasts, the EU must find agreement not 
only with member states in realizing its dream of  a bigger role in 
health policy, but must also grapple with the widely differing polit-
ical currents in the national governments that make up the European 
Council, and within its own European Parliament. That kaleido-
scope, too, is no more than the crystallization of  the numerous con-
flicting views among “stakeholders” about the purposes and pri-
orities of  health policy, and the place of  profit in the provision of  
medicines. As more concrete proposals emerge, 2021 will show how 
far the confidence of  late 2020 is justified. 

Following Through on 
‘New-Era’ Boasts for 
European Health Policy 
EU tasked with translating bold declarations into reality
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The digital makeover pharma received thanks to 
COVID-19 was inevitable. It didn’t matter if  compa-
nies were tech-savvy or digitally deficient; they all faced 
new technologic challenges that required an investment 

in training. In February 2020, a McKinsey Global Survey indi-
cated that 87% of  executives were experiencing skill gaps or 
expected them within a few years. It also pointed out that less than 
half  of  respondents had a plan to address the problem. Every exec 
said closing those gaps was a priority, however, only one-third said 
they were prepared to address potential role disruptions. This was 
just a month before lockdown began.

Reskilling and upskilling workforces is now a nonoptional prior-
ity. A recent report from GlobalData reveals that a lack of  specific 
skills and talents (46%) is the main obstacle in pharma’s digital 
transformation. According to Urte Jakimaviciute, senior director 
of  market research, “As more companies turn to digital, a number 
of  innovations covering every possible process in the pharmaceu-
tical value chain is only going to increase. [Success] will heavily 
depend on employees being on board and adapting as digital trans-
formation is a never-ending change.”

Since the pandemic began, people have been introduced to 
many new technologies and channels. They’re seeing the potential 
of  products including wearables, connected TV, and voice activa-
tion. They’re also realizing that new ways to employ established 
technologies is also important.

“The ability to work within some of  these platforms and find 
meaningful ways to affect communication is endless,” says Renee 
Marotta, executive director of  marketing at Esperion. “We need 
to better understand all of  the offerings, if  things can be custom 
built to suit our needs, and find a way to help solve our current 
business questions and problems.”

Even basic applications, such as everyday videoconferencing 
platforms, could be better utilized with an investment in instruc-
tion. While everyone jumped onto Zoom calls in the spring, many 
first-timers only had time to learn the basics. But figuring out how 
to ask polling questions, use breakout rooms, and integrate Zoom 
with programs such as Slack to receive automatic meeting remind-
ers and Otter to download transcripts can boost productivity.

“Digital transformation is not the same as adding new applica-
tions and updating the company’s infrastructure,” says Jakima-
viciute. “Understanding and applying new technologies requires 
specific skillsets, as technologies will fail to add value if  people do 
not know how to work with them.”

Even though more training programs might be required, virtual 
instruction saves time and money previously spent on travel and 
live events. Esperion realized this during its planned launch for its 
first drug, Nexletol, last spring. With training scheduled for the 
week of  March 23, the company had to pivot to virtual training. 
According to McKinsey, programs focused on recreating the best 
of  in-person learning through live video and social sharing allow 
for more cost-effective and personalized learning, ultimately result-
ing in greater effectiveness. 

When it comes to deciding what technologies to focus on, 
Marotta says there is no one-size-fits-all approach. Offering a vari-
ety of  platforms can improve interactions with healthcare profes-
sionals (HCPs). “It’s listening and pulling together based on the 
need,” says Marotta. “We don’t have the time to pull things through 
or push things out that aren’t going to land and be effective. So 
listening—not only to the field but our HCPs—and customizing 
are key to making sure we don’t miss the mark.”

Even if  certain technologies aren’t right for a particular busi-
ness, it’s important for everyone to understand them. Of  course, 
the type of  training should be tailored by role. Marketers should 
focus on the messaging and tactics and need to understand all the 
aspects of  the technology. Reps and training teams should concen-
trate more on understanding the tools and technologies that affect 
customer communication. Sales managers should be trained at a 
much higher level, so they can provide assistance to sales reps.

“Not everybody is savvy with all technologies,” says Marotta. 
“You have to take things down to an individual level. As tough as 
that may seem, it’s possible. Getting down to a granular level and 
ensuring that everybody is tracking and on the same page is abso-
lutely doable.”

Now that companies have learned the power of  technology, 
there’s no turning back. Investing in training will be a necessary 
part of  business into 2021 and beyond. 

Why Investing 
in Tech Education
Is Important
The need to prioritize digital skill-building companywide
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O ne of  several industry predictions made at the end of  
last year by Lloyd Adams, managing director of  
global IT company SAP, was that pharma would 
become increasingly “comfortable” with the cloud. 

Until just a couple of  years ago, there was significant concern within 
pharma about the security risks associated with cloud-based solu-
tions. For example, noted Adams, companies such as Bristol Myers 
Squibb “were very anti-cloud and concerned about enterprise 
resource planning (ERP) outside secure server walls.” Today, how-
ever, BMS “has moved everything to the cloud, as solutions have 
become more secure and as companies need remote access to real-
time data to stay competitive.” 

2020 VISIONS
Agreements announced during 2020 indicated that much of  big 
pharma reflects BMS’s improved confidence in cloud technology. 
In February, Pfizer joined with clinical analytics company Saama 
Technologies to develop an AI-powered solution to reduce its 
clinical study challenges. Pfizer’s Demetris Zambas said that, his-
torically, pharma has been “limited to manual, inefficient data 
review processes to validate data from our clinical trials.” By using 
Saama’s Life Science Analytics Cloud (LSAC) platform to aggre-
gate, analyze, model, and predict clinical data queries, Pfizer was 
looking to improve processes and experiences for its clinical 
research partners.

In March, GlaxoSmithKline said it was standardizing how it 
engages online with consumers and HCPs through a cloud-based 
platform. Computer Weekly reported that the drugmaker had signed 
a contract with Infosys to create a shared service, Global Digital 
Services (GDS). Recognizing that its customers and suppliers 
increasingly communicate online, GSK is looking to GDS to pro-
vide globally standard processes and advanced analytics to sup-
port “more efficient engagement with these external audiences.”

June saw Sanofi report that it was collaborating with Google 
on a virtual innovation lab. The companies said they intend to 
tap into “emerging data technologies” to help Sanofi transform 

its healthcare services; part of  the agreement involved Sanofi 
migrating some key applications to Google Cloud. In October, 
both Roche and AstraZeneca announced they had selected cloud-
based solutions from Veeva Systems. Roche said it will use Veeva 
Development Cloud applications to streamline clinical, regulatory, 
and quality processes. AZ also opted to combine quality manage-
ment and content on a single cloud platform.

October also saw a new five-year strategic agreement between 
Takeda, Accenture, and Amazon Web Services (AWS). The col-
laboration aims to modernize Takeda’s platforms, accelerate its 
data services, establish an internal engine for innovation, and 
equip Takeda’s employees with new skills. Takeda president and 
CEO Christophe Weber laid out a bold vision: “[In] less than 10 
years, every Takeda employee will be empowered by an AI assis-
tant to help make better decisions, enabling us to deliver trans-
formative therapies and better experiences to patients, physicians, 
and payers faster than previously possible,” he said. By moving 
80% of  its applications to the cloud, Takeda will remove non-
differentiating technology, reduce its internal data center footprint, 
and decrease capital expenditures. 

Mrunal Chokshi observed in December that cloud technology 
had finally “piqued the sector’s interest,” noting that 65% of  health-
care companies intend to grow their investment into cloud comput-
ing within the next 12–18 months (Customer Think, December 2). 
When the cloud’s “computational might” is combined with AI, it 
better facilitates the application of  AI’s data-analysis insights, he 
explained. It fosters better collaboration of  R&D teams, enabling 
them to work together from anywhere in the world. And when big 
data and AI are “fortified” with cloud computing, their power can 
realize the potential of  genomics. 

While SAP’s Adams says pharma is becoming more comfort-
able with the cloud, Chokshi says it is a necessity for any company 
that wants “to flourish in the current environment.” Many firms 
showed in 2020 that they are getting on board with this technology. 
Those who are still not sure about taking the leap may need to step 
a little outside their comfort zones. 

More Cloud 
on the Horizon
for Pharma
Industry’s tardy shift to cloud-based solutions looks set to gather 
pace in 2021
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Normally this month, 12,000 participants in the health-
care industry (senior management, bankers, investors, 
analysts, etc.) converge in San Francisco for the annual 
J.P. Morgan Healthcare Conference. 

As was the case with Woodstock, all the “players” are there and 
they go at it day and night, but not this year. While we have all 
gotten quite adept and Zoom calls and meetings, the magic that 
happens at JPM is usually the per-
sonal interactions at the party-hop-
ping that takes place at the end of  the 
very long days. The impromptu meet-
ups and opportunities to run into col-
leagues who might be too busy at JPM 
but invite a “let’s set up a call or have 
lunch soon.” These often translate to 
a busier-than-usual schedule for the 
coming months and often lead to 
new business.

Sadly, we all miss the human con-
tact; while many have shared “JPM fatigue” over the past few 
years, and some have or have threatened to sit a year out, I think 
we’ll all look back on the many fond memories this year, as the 
conference goes virtual. I don’t think it will be as impactful. I am 
devastated to not host my Annual Fabulous Pharma Females din-
ner at Cotogna and I will miss my dear friends and colleagues. 

Most look to JPM to set the tone for the year, and in that regard, 
it is all about the business updates and upcoming catalysts—and 
that will still be the case this year as well.

Biotech outperformed the market in 2020 (S&P 500 +16% vs. 
a +26% increase in the NBI and an even more impressive +48% 
surge in the XBI) and looks well positioned to continue the 
momentum. However, this year is starting out with some over-
hangs, including a Senate run-off race with implications for health-
care policy, drug pricing, as well as a slower than expected rollout 
of  the COVID-19 vaccines.

As we head into a new Biden administration, questions arise 
about its short-term and long-term agendas. The planned nomi-
nation of  Xavier Becerra as Secretary of  HHS, who served on the 

House Ways and Means Committee that helped to craft the Afford-
able Care Act and has long supported moving the country to a 
government-run Medicare for All healthcare system, is concerning. 
As attorney general, Becerra vigorously defended the Affordable 
Care Act, filing numerous lawsuits against the Trump administra-
tion and led the defense of  the law in the Supreme Court.

Innovation in healthcare remains high and that has been a big 
shot in the arm for the industry’s rep-
utation and stock price performance. 
Hopefully, that tempers the noise and 
substance around price reforms or 
controls, but it is always in the mix.

Unfortunately, the COVID-19 vac-
cination rollout has been slow and the 
steady rise in the number of  new cases 
and spreading events is concerning.

Investors will likely continue to 
focus on the short-term for alpha 
around a catalyst rich 1H21. The next 

wave of  new platform technologies, including gene editing, 
machine learning/artificial intelligence, and novel classes of  tar-
geted oncology agents, could be validated this year.

M&A optionality remains high as does the IPO calendar and 
these were big drivers of  outperformance last year and are likely 
to remain so this year. In the first big biopharma M&A of  2021, 
Angelini will pay $610 million, with $350 million in sales mile-
stones, to acquire Switzerland’s Arvelle. 

A record 59 new drugs were approved last year and nearly half  
of  them were for 24 biotech companies for whom these represent 
a first and, hence, their inauguration into commercial status. This 
reflects on an industry that continues to innovate and mature. It 
will be interesting to see how many of  these launches go. The 
transition from a research company valued on data to a commer-
cial one valued on revenues, profitability, and the rate of  change 
in both, can often be bumpy and investors can get very grumpy 
when companies fall short of  expectations. 

In the inimitable words of  Bette Davis’ character Margo Chan-
ning in All About Eve, “Fasten your seat belts ...” 

BARBARA RYAN
Founder, Barbara Ryan
Advisors, and a member
of Pharm Exec’s Editorial
Advisory Board

Investors will likely 
continue to focus on the 

short-term for alpha around 
a catalyst rich 1H21

JPM Conference 
Goes Virtual: What
Will it Mean? 
Tone still set on the market catalysts to look for in 2021
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There are many ways that 2021 can be better than 2020, 
and biopharma will play a critical role making it so.  
This year will be better if  we can extend recent spec-
tacular R&D accomplishments into a successful global 

deployment of  vaccines, diagnostics, and therapeutics to control 
the pandemic. This year will be better if  innovative corporate and 
public-private collaborations can mature into sustainable business 
models bolstering our social license to operate. This year will be 
better if  biopharma companies can accelerate implementation of  
their environmental and social impact goals by integrating them 
into core business strategy.

As the New Year starts, I hope biopharma executives and board 
members will resolve to step up their sustainability game as they 
pursue these objectives, addressing them as an integral part of  
their value creation strategy. Achieving them will require long-
term vision and wide perspective to identify opportunities as well 
as risks, and to navigate through the chop. What are the gover-
nance challenges ahead?

Governance is a foundational requirement for every company.  
From a biopharma business and investor perspective, high priority 
sustainability governance topics include the board’s environmental, 
social, and governance (ESG) oversight process, the process and 
structure of  ESG management and communications, and reflect-
ing ESG performance in executive pay. These priorities are from 
the Biopharma Investor ESG Communications Guidance, published last 
April by the Biopharma Sustainability Roundtable (BSRT) after a 
two-year collaborative development. Diversity and inclusion are 
also rising priorities for 2021, both within companies, and in trial 
design, commercial and access programs, and board composition.

Complicating matters, as I’ve discussed here before, there’s a 
wave of  ESG-related regulation and disclosure requirements in 
development, including near-term efforts to facilitate pandemic 
response, and longer-term changes to drive the UN sustainable 
development goals (SDGs). Both will deeply affect biopharma 
companies, and addressing them demands an active reassessment 
of  older ESG governance models.

The coming year will also put a spotlight on board-level over-
sight, communications, and accountability for ESG performance. 

High Meadows Institute, a think tank and policy institute focused 
on strengthening the role of  business leadership in creating a sus-
tainable society, observed recently that “all the leading ESG stan-
dards and frameworks reviewed have clear expectations for boards 
to oversee ESG issues ...,” and “the world’s largest investors expect 
corporate boards to pay attention to ESG issues and many have 
issued board-specific guidance ….” This is an important conver-
gence among leading sustainability frameworks and standards—
including the Global Reporting Initiative (GRI), World Economic 
Forum, Task Force on Climate-related Disclosures, Principles for 
Responsible Investment, and the Sustainability Accounting Stan-
dards Board (SASB)—and key biopharma sector investors, includ-
ing BlackRock, State Street, and Vanguard. If  ESG disclosures are 
streamlined and comparability improved, a company’s ESG score 
may ultimately become as fundamental as its credit rating.

Convergence of  sustainability-related expectations is also driv-
ing collaboration and consolidation among framework and stan-
dards organizations. Last September, GRI, the International Inte-
grated Reporting Council, SASB, the Carbon Disclosure Project, 
and the Climate Disclosure Standards Board announced their col-
laboration on a comprehensive sustainability reporting model to 
complement the generally accepted accounting principles for finan-
cial reporting. 

The International Financial Reporting Standards Foundation 
went further, starting a consultation process aimed at an overarch-
ing global Sustainability Standards Board. They hope to simplify 
the disclosure landscape (eventually), creating a “comprehensive 
corporate reporting” model going beyond financial and material 
ESG topics to include significant future positive or negative impacts 
on people, the environment, and the economy.

In sum, a multilayered sustainability strategy and governance 
challenge is facing biopharma in the coming year, as we seek to 
achieve a successful global pandemic response, institutionalize new 
collaborative business models, and make progress on the UN SDGs. 
Many companies have started re-examining their ESG strategies 
and governance processes, and several have recently appointed 
new ESG leadership as they move towards more comprehensive 
corporate performance models. 

A New Year 
for Sustainable 
Governance
Biopharma sustainability resolutions for a better 2021
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Bound 
By Blood
Deeply shaped by the 
experiences of his parents and 
an early charge to help drive 
social change, Global Blood 
Therapeutics’ Ted Love comes at 
sickle cell disease from a place 
of caring and urges pharma to 
follow suit to bring justice to all

By Elaine Quilici

Executive Profile

https://www.pharmexec.com/


15JANUARY  2021 PHARMACEUTICAL EXECUTIVE

WWW.PHARMEXEC.COM

Executive Profile

T ed W. Love, MD, loves a good story. Whether 
the president and CEO of  Global Blood 
Therapeutics (GBT) is sharing an anecdote 
to make a point or simply explaining some-

thing, he knows how to connect with people. This not 
only makes Love a well-liked leader and colleague but 
helps him reach out to patients suffering from sickle cell 
disease (SCD), an inherited blood disorder that affects 
nearly 8% of  African Americans, and people of  Latino, 
Middle Eastern, and South Asian descent. By taking 
the time to understand the unique journey of  individ-
uals impacted by SCD, Love creates trust that translates 
into hope.

Love’s empathetic side has been strengthened 
throughout his years in pharma, 
but it’s nothing new. Even in his 
youth, he picked up on the injus-
tices of  the world and wanted to 
be part of  the solution. When he 
reached a point where he could 
make a difference, he felt a social 
responsibility to do so—even if  
it meant coming out of  retire-
ment to lead the GBT fight 
against SCD.

A FOUNDATION OF RESOLVE
As a child growing up in Alabama, Love watched his 
parents struggle. He saw his father, who probably made 
less than $10,000 a year, wake up every morning and 
drive 30 miles to an uninspiring job because he had to 
put food on the table. He also witnessed his father get-
ting pulled over by a policeman without clear cause and 
talked to condescendingly. Though Love didn’t fully 
understand the challenges his family faced as a young-
ster, he easily recognizes them today.

“I watched my parents go through all of  this,” says 
Love. “I never went to work with my dad, but I can 
guarantee you, a Black man with a fourth-grade educa-
tion working in [an Army storage facility] is experienc-
ing a lot of  discrimination and a lot of  condescension.” 

As a student at Haverford College outside Philadel-
phia, Love recalls thinking about that situation with 
tears in his eyes. “I thought to myself, I’m really going 
to try to be in a position where I have a job and am 
excited to be there,” he says. “I’m not going there just 
to put food on the table. I want to be excited to be there 
because of  what we’re doing and the role that I can 
play in doing it. That was part of  me becoming a 
physician.”

After earning his BA in molecular biology at Haver-
ford, Love attended medical school at Yale University, 
followed by postgraduate training at Harvard Univer-
sity and Massachusetts General Hospital. He subse-
quently joined the faculty at Harvard before consider-
ing a transition to industry.

PHASING INTO PHARMA
Love’s first invitation to pharma was when his mentor 
at Harvard was recruited by Bristol Myers Squibb and 
asked him to join. Though he turned down that oppor-
tunity and another from Merck, Love ultimately signed 
on with Genentech.

“I thought a lot about the best environment for me 
to learn and explore a new 
industry. Ultimately, I went to 
Genentech because I believed 
an intimate and small team led 
by experienced leaders was the 
best environment for me to start 
in,” says Love. “I learned pretty 
quickly and had quite a lot 
of  success.”

Despite his accomplish-
ments, Love looks at his career 
path with humility and knows 

the importance of  being prepared from his days as a 
“very cocky medical student.” So in order to best pre-
pare himself  for a bigger role in pharma, Love left 
Genentech for the upstart environment of  Advanced 
Medicine (now Theravance). There he strengthened 
his skills and learned how to build a company from 
scratch, including how to assemble a board and man-
agement team, and how to raise money.

When the opportunity to become CEO of  Hyseq 
arose, he jumped at the chance to further enrich his 
leadership skills by working alongside biotech trail-
blazer George Rathmann, founding CEO of  Amgen.

“I felt like learning how to be a CEO from arguably 
one of  the best CEOs ever would be a great training 
ground,” says Love. “I didn’t think the company was 
very good, but I said with a great leader, a great men-
tor, who knows, maybe we’ll turn it around.”

Hyseq nearly collapsed and reorganized as Nuvelo, 
but one thing Love learned from Rathmann during the 
most difficult moments was to ride out the highs and lows.

“He told me you shouldn’t get too low when things 
are tough because they will get better,” says Love. “But 
by the same token, when things are going great, don’t 
get full of  yourself, because they’re going to get tough 

You’ve got to lead from 
a place of perspective 
for the future rather 

than the moment 

https://www.pharmexec.com/


PHARMACEUTICAL EXECUTIVE JANUARY 2021

WWW.PHARMEXEC.COM

16 Executive Profile16

again. You’ve got to stay level and you’ve got to lead from a place 
of  perspective for the future rather than the moment. I thought 
that was very good advice.”

CALLED TO ACTION
When Love moved on from Nuvelo, he became head of  R&D 
for Onyx Pharmaceuticals, then eventually decided to focus on 
his work as a board member for various pharma companies.

“GBT came about after I’d retired,” says Love. “But it was 
impossible for me to turn down because of  the sickle cell mission, 
because of  all of  the historical disparities in sickle cell disease—
extensions of  the broader inequities that Black and other patients 
of  color experience in the US healthcare system. As an African 
American, these things were very personal to me.”

Though SCD is not in his family, Love developed a connec-
tion with these patients as a medical student at Yale. Most people 
don’t realize that SCD causes significant complications including 
severe pain that is unmeasurable. As a med student, Love expe-

rienced the stigma associated with SCD. He would see many 
poor, young African Americans come in for treatment and hear 
people quickly judge them as drug seekers.

“These patients, as terrible as their situation is, routinely 
shower, dress up, put on makeup before they go to the hospital, 
because they know they’re going to encounter all this stigma,” 
says Love. “It just didn’t feel right, and I knew it wasn’t right, but 
I couldn’t do anything about it. I was a young medical student 
with little decision-making authority.”

This bias is something SCD patients deal with their whole 
lives, and Love has seen them highly stigmatized throughout his 
career. Thus, when the opportunity to work to develop novel 
therapies for SCD presented itself, Love jumped at the chance 
to make an impact for patients. 

“We really hadn’t done anything in SCD of  the nature that 
was getting done in CF (cystic fibrosis),” says Love. “GBT wanted 
to bring that kind of  scientific integrity, that kind of  sophistica-
tion to try to solve this problem. That, to me, was exciting intel-
lectually. But it was also exciting emotionally, to try to help peo-
ple that were so desperately in need of  help.”

Love realizes the confluence of  SCD, health disparities, and 
racial injustice is a problem that won’t be easily fixed as it is so 
ingrained in society. What he believes can be done to better the 
situation is to transform the disease through innovation, as has 
been done with HIV and CF.

“If  we could make the disease essentially inactive, then we 
could get in front of  it, and people won’t be going to hospital with 
pain episodes or organ damage,” says Love. “I actually think we’re 
going to get there. Oxbryta is a very big step in that direction.”

GBT’s Oxbryta (voxelotor), an oral therapy to treat SCD, was 
approved in November 2019 as the first drug to target the root 
cause of  red blood cell sickling and destruction in SCD, which is 
when mutated hemoglobin form rigid chains, making cells sickle. 
This defect also leads to the destruction of  red blood cells, caus-
ing anemia. Though improvement in long-term survival may 
take time to determine, GBT has shown Oxbryta can help inhibit 
hemoglobin from forming chains and reduce the destruction of  
red blood cells. While the therapy is currently indicated for peo-
ple with SCD 12 years and older, the company will seek to expand 
that indication to children 4 and over. The ultimate aim of  the 
company is to be able to administer the drug earlier in life, around 
6 or 9 months old, to put children on a path of  normalcy as soon 
as possible.

LEADING THE WAY
Because of  SCD’s prevalence in the Black community, GBT knew 
it had to do something to help address racial disparities and begin 
to rebuild trust between communities of  color and medical 
researchers, which has historically kept communities of  color 
from enrolling in clinical trials. 

Love Story: An Example 
of Oxbryta Impact
“I recently got a call from a well-known sickle cell doctor, 
Wally Smith, who described that he had a 39-year-old 
woman in the ICU. Her hemoglobin was 3; normal is about 
12 to 15, so she was close to death. She had severe 
coronary disease. She had been transfused so much in her 
life that she was highly immunized.
   “They found one unit of blood they thought could be a 
match for her, but they were afraid to give it to her because 
if she had a reaction to the blood not being a match, she 
could die. Dr. Smith suggested trying Oxbryta.
    This is not the typical way you want to use a prophylactic 
drug like ours, but we worked like crazy to get them the 
Oxbryta as soon as possible. We got the drug delivered to 
her hospital room on a Saturday. I was worried about this 
patient like she was my own.
    A day or two later, I asked Wally, ‘How’s your patient 
doing?’ His response was, ‘You’re not going to believe this. 
She’s completely lucid. Her hemoglobin is 5.5. We have 
canceled plans to transfuse her and send her to hospice, 
and she’s planning on going home.’
    It’s remarkable that anything could have changed her 
clinical status—this was end-stage sickle cell disease. Dr. 
Smith intervened in time, and now thankfully she’s got 
some more time.
    While this story is not representative of all patients, we 
have heard many other stories from physicians who say 
Oxbryta is helping patients in extraordinary ways. [My hope 
is] one day Oxbryta will be a foundational treatment. Every 
patient will start on this early in life, and if they do that, they 
will get less sick and maybe one day we’ll be able to keep 
people healthy.”

— Ted W. Love, MD
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“What we did wasn’t magical, but it was bold because many 
companies are not as intentional as GBT is about solving this 
problem,” says Love. “We spent a significant amount of  time in 
the community that our patients come from, and we talked to 
them and had them unpack the barriers for them being in clini-
cal studies. Then, most importantly, after getting all that informa-
tion, we made an investment in solving the problem.”

For GBT, one of  the key takeaways from these conversations 
was learning that traveling to health centers often requires mul-
tiple forms of  public transit that can be long, tedious, and expen-
sive. To avoid that, GBT provided debit cards to pay for trans-
portation. When center hours weren’t convenient for people’s 
work schedules, GBT set up sites with after-work and weekend 
hours. The company was deliberate about responding to circum-
stances that created barriers to participation in their clinical trials. 

“While we were doing that, we were also working to address 
another problem—distrust of  the industry,” says Love. “Even 
before our clinical studies, I was going to 
sickle cell meetings and GBT was buying 
blankets to distribute at the meetings, 
because sickle cell patients get cold and 
that can bring on a crisis. They need to 
hydrate, so we provided them water. Our 
employees also attended. We have really 
walked the walk to be with them, and that 
has helped us a lot. It’s been easy for us, 
because we really do care. Great medicine 
is meeting patients where they are, not the 
other way around.”

When COVID struck in the spring, Love knew it was going to 
have a disproportionate impact on poor communities of  color. 
To help, GBT donated more than $350,000 to support the SCD 
community, including personal contributions from the company’s 
board and employees. This included a donation of  $100,000 to 
the Sickle Cell Disease Association of  America and the creation 
of  the GBT Community Fund to support US nonprofit organi-
zations to help those in need. “People will work for money,” says 
Love. “People will work harder for money and a boss that they 
really love. However, I’ve found that people will work hardest for 
a cause they are passionate about.”

To help cultivate this environment, GBT lets employees know 
their ideas and perspectives are valued and shows it by staying 
connected through open dialogue, which has been especially 
important during the pandemic. As a result, the company has 
been able to attract top talent, maintain a low turnover rate, and 
achieve high employee job satisfaction.

“We’re committed to fostering workplace development, diver-
sity, and inclusion at our company and throughout the biotech 
industry,” says Love. “It starts with the leadership, where we have 
had people of  color and women on our board for years.”

Diversity among GBT’s team a priority—not just because its 
medicines address the needs of  minorities, but because it under-
stands the value of  converging a multitude of  perspectives and 
experiences. Because of  this, the company’s recruitment and 
retention numbers among people of  color and women have 
increased organically. More than half  of  its 350-plus employees 
are women and more than half  are people of  color.

THE BIGGER PICTURE
After the death of  George Floyd in May, the nation paused to 
take stock of  society’s shortcomings in regard to racial issues. The 
biopharma industry, with its inherent interest in improving the 
lives of  humanity, also was forced to look inward. Since then, the 
industry has been investing in ways to improve. Companies are 
establishing relationships and donating funds to historically black 
colleges and universities. Biotechnology Innovation Organization 
(BIO), for which Love is a board member and chair of  the Emerg-

ing Companies Section, has been focusing 
more than ever on tools, technologies, and 
best practices to share across the industry.

Love says doctors who acknowledge the 
validity of  their patients’ fears can build 
trust, optimize care, and improve the over-
all experience. He also encourages educat-
ing physicians about the importance of  
offering clinical studies to people of  color.

“I think it was quite extraordinary what 
Moderna did,” says Love. “They actually 

extended their [COVID vaccine] study to get more people of  color 
in the trial. I doubt that’s going to become routine, but I do think 
that people are seriously now trying to figure out how to solve this.”

This combination of  training, investment, and best practices 
will help facilitate progress, but the issue needs to remain a prior-
ity and efforts need to be measurable. 

“If  you say if  this study doesn’t have at least 9% African Amer-
icans in it, we’re going to discontinue it, guess what, you’ll get 
9%,” says Love. “And if  people’s bonuses are less because the tri-
als have to be extended to do that, then people will fix that. If  we 
give people the tools and resources and hold them accountable, 
I think we’ll make progress.”

Love believes that businesses—including those in biotech and 
pharma—which don’t embrace diversity at all levels are destined 
to underperform. A diverse organization guided by diverse lead-
ership not only helps achieve greater innovation, creativity, and 
productivity internally, but better positions companies to work 
with external stakeholders in an increasingly global marketplace.

“I’d like to see the biopharmaceutical industry truly leading 
on issues of  racial inequity, especially those plaguing our health-
care system,” says Love. “I believe that if  any industry could pull 
it off, it ought to be ours.” 

Great medicine is 
meeting patients 

where they are, not 
the other way around
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I n September 2020, Pharmaceutical Executive hosted a round-
table (sponsored by ClarivateTM, a global leader in pro-
viding solutions to accelerate the life cycle of innovation) 
to discuss the landscape of digital innovation in the life 

sciences industry. The discussion, moderated by Pharmaceutical 
Executive’s Editorial Director Lisa Henderson, featured former 
23rd FDA Commissioner Scott Gottlieb, MD; digital health and 
social pharma innovator Shwen Gwee; and Joel Haspel, SVP 
Strategy, Science Group at Clarivate.

The speakers covered a range of topics, from the impact of 
COVID-19 on the pace of digital technology adoption to the 
likelihood of data from devices replacing traditional primary 
endpoints. The following article highlights key takeaways from 
their discussion and provides insight into digital technologies’ 
future in clinical trials.

COVID-19 HAS ACCELERATED THE TRANSITION TO 
DIGITAL TECHNOLOGIES
Over the past decade, sponsors have faced similar challenges 
across the industry: diminishing R&D returns, increasingly com-
plex trials, and low patient recruitment and retention for the rising 
number of trials. For many years, digital technologies have prom-
ised to address these issues by reducing trial costs, generating bet-
ter patient insight through real-world evidence, improving patient 
recruitment and retention, and more. These advantages spurred 
sponsors to experiment with ways to increase technology use and 
decentralize clinical trials. In fact, according to Haspel, more than 
13,000 trials over the past nine years took advantage of digitiza-
tion, marking a 40% increase in the use of digital technologies 
(e.g., data collection through wearables, smart phone, and tablets) 
in clinical trials over the past five years across therapeutic areas 
including diabetes, stroke, obesity, anxiety, mental health.1

Although the landscape was already trending toward digiti-
zation, the COVID-19 pandemic accelerated the transition 
toward digital solutions that would align with public health 

guidelines. In fact, regulators have showed support of these tools 
by affording sponsors some additional flexibility to use them. 
With the FDA’s 2017 publication of the Digital Health Innova-
tion Action Plan (DHIAP) and the recent guidance delivered by 
regulatory agencies on conducting clinical trials during the 
COVID-19 pandemic, the foundation was laid for a re-assess-
ment of using digital technologies in trials. 

Stated Gottlieb, “The importance is balancing that flexibility 
with any deviations in a protocol versus patient’s and data safety. 
But if a patient’s safety is at risk, then being able to move to 
remote visits and remote monitoring as long as it fits within the 
protocol is allowed.” 

The FDA’s guidance on telehealth, remote technology for clin-
ical outcome assessments, and remote site monitoring brought 
clarity and continuity to trial operations. Flexible study teams 
were able to turn to technology to provide operational continuity, 
with 85% of sponsors and CROs polled reporting a transition to 
remote visits on at least one of their trials.2 The transition occurred 
rapidly, and Gottlieb likened the pace to compressing five years 
of migration to digital platforms into a seven-month period. 

Sponsors that did not make the transition faced setbacks. As 
shown in Figure 1 on facing page, the pandemic and social dis-
tancing requirements have forced trials with on-site patient 
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check-ins to be delayed or canceled, and those that have contin-
ued have been unable to recruit patients effectively.

CLINICAL TRIALS WILL NOT RETURN TO ‘BUSINESS 
AS USUAL’
Virtual physicians’ appointments are not a new development, 
but they have become widely adopted in the wake of the pan-
demic. Medical centers have changed the way they operated, 
placing safeguards around access to facilities to prevent the 
virus’s spread. In addition, many patients have opted to use tele-
medicine, particularly those with pre-existing conditions that 
put them at higher risk of suffering complications from the virus.

Likewise, clinical trials transitioned to remote visits and using 
technology to improve the patient experience while reducing the 
burden of collecting data—which is good news for patients in 
terms of convenience. Haspel stated that 47% of healthcare exec-
utives3 are either considering or already using patient-centric 
approaches like digital sensors in clinical trials. “The less we rely 
on the patient to do something to record those digital endpoints, 
the more they can just go about their day, that’s what makes it 
innovative in a way that is going to deliver value,” he said.

This trend is likely to continue after the COVID-19 pandemic 
ends; 70% of clinical trials are expected to incorporate digital 
sensors by 2025 to monitor key endpoints like vitals.4 “I think it 
is going to sustain,” Haspel says. “We drive toward efficiencies 
within society. Some of healthcare’s barriers have been lowered, 
and that opens the door for trials.” 

Improvements will be needed in the quality and delivery of 
virtual trial visits; however, in a recent survey, only 19% of 
patients stated their experience in the trial improved with tele-
visits, while 31% said their experience worsened.5 

Also, sponsors have some work to do to continue to assimilate 
digital tools into trials in terms of proving to regulators they are 
appropriate. As Gottlieb noted, “It’s going to take a lot of work 
to validate more of these tools to the satisfaction of regulators so 
that they can be recognized as something that’s going to allow 
for the collection of information in the same rigorous fashion 
that a site-based assessment might be. The work’s being done, 
and I think that’s going to be accelerated. This has been a secu-
lar shift that’s been underway for a period of time.”

In agreement is Gwee, who said there must be an end-to-end 
assessment of how to implement digitization more successfully. He 
stated, “There’s been a lot of experimentation for many years 
about how we can go to virtual clinical trials and decentralized 
trials. Most of those have been experiments that have taken place 
over the last few years and were not necessarily fully implemented 
as a standard way we do things.”

For instance, patient-centricity will be an essential aspect of 
rethinking trial design. Gottlieb explained that sponsors “need 

to think of ways to design trials in a fashion that’s accessible to 
patients, that’s comfortable for patients, especially as sponsors 
are trying harder and harder to enroll patients that represent a 
more diverse population.” 

As digital technologies evolve, improving the patient experi-
ence will be critical to solving the difficulties sponsors have found 
recruiting patients.

NEW TOOLS MAY CAPTURE MORE CLINICALLY  
SIGNIFICANT DATA
The ubiquity of devices such as the Apple Watch, which can col-
lect data in a validated, compliant manner, will help drive digi-
tal tools’ adoption. Amazon has actively been working on devices 
to capture medical data, and Verily, owned by Google’s parent 
company Alphabet, has developed a suite of tools and software 
to collect and integrate data across systems.

Pharmaceutical companies have traditionally been more 
comfortable partnering with larger organizations, and the high 
level of testing with which big tech is accustomed to lends itself 
to validating clinical tools. As Gwee stated, “the level of trust 
between them and the type of rigor they have with their systems 
and devices enables them to develop a more consistent and enter-
prise-level type of approach.”

In the past several years, the FDA has created a regulatory 
framework to encourage the validation and adoption of various 
tools. The agency’s approach is not designed simply to make tri-
als more efficient or to lower costs through technology, but to 
leverage digital innovation to improve patient outcomes and 
safety, and to yield more clinically significant data. The goal is 
to improve the quality of the data, and sponsors should seek to 
incorporate the guidance to bolster submissions. 

Gottlieb explained two ways in which innovative tools can 
gather more clinically significant data: by expanding the geog-
raphy of collection and increasing the device’s sensitivity. By 
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Figure 1. The traditional clinical development model has been further 
challenged by the impact of COVID-19. Source: Cortellis Clinical Trials 
IntelligenceTM.
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gathering more data outside the typical site setting, sponsors will 
amass data in a more holistic context, leading to new insights. 
A tool that uses the built-in functionality of a mobile phone or 
another commercially available device has the possibility of col-
lecting data without adding a burden to the patient. Folding 
episodic data capture into a patient’s existing routines puts the 
data in context and the individual’s experience at the forefront. 

The quality of data will also benefit from increased sensor 
sensitivity that can detect more granular changes to a patient’s 
condition, giving sponsors a better understanding of a treat-
ment’s impact. If used outside of the site setting, sensors may also 
reduce the timelines required to gain useful data by demonstrat-
ing effects in a shorter window.

MORE WORK IS NEEDED FOR READOUTS TO 
REPLACE PRIMARY ENDPOINTS
Apart from medical devices, there is no precedent for readouts 
from digital tools being used to replace a primary endpoint. 
Although there has not been a digital tool that accurately mea-
sures variables used as a primary endpoint, it is not an unreach-
able goal. Haspel said, however, “The time is right for it, but I 
don’t think the precedent has been set yet.” 

Sponsors will need to rethink their approach to endpoints as 
new technologies become available. The traditional model 
defined endpoints clearly in advance, then collected data to sup-
port the endpoints. The opportunity to collect data at a much 
larger scale has enabled companies to propose endpoints based 
on analyzing the information collected. 

Gwee explained the situation: “We’re moving to a world 
where we’re collecting more data than we have had initially 
planned because we’re no longer just restricted to what we’re 
defining as what we need to measure. We’re also looking at the 
surrounding data that we’re collecting, and we’re doing it in a 
patient’s natural setting. We’re starting to understand the many 
factors that may affect their disposition and the outcomes that 
a particular therapy might be driving. I think that’s all going to 
be interesting as we start to analyze this broader set of data than 
just what is being collected for that specific therapy.”

OPPORTUNITIES FOR COLLABORATION
When seeking to introduce substantive change through innova-
tion, a significant obstacle to overcome is the cost of researching 
and developing the idea. In rare disease populations, or thera-
peutic areas like pain that have to overcome the inherent sub-
jectivity of the patient’s experience, these costs prohibit most 
sponsors from developing a tool for use in a program or study. 
Validating new tools in the context of an individual trial can 
strain both financial and human capital, particularly when ele-
vating them to the level of regulatory rigor. However, as recent 

collaborations on biomarker assays by the Critical Path Institute, 
pharmaceutical and biotechnology companies can provide sig-
nificant value to the research community and patients when they 
work together in therapeutic areas they share in common. 

Gottlieb believes the opportunity to work together can fuel 
additional innovation. “I think, especially for sponsors who are 
engaged in certain therapeutic spaces and are going to be 
engaged in the basis for the long run,” he states, “those sponsors 
coming together through some kind of consortium in a pre-
competitive way to pool resources, to validate tools that can then 
be shared in the public domain. That’s the way I think we’re 
going to accelerate the use of these tools in a regulatory fashion.”

The potential for collaboration extends beyond sponsors 
working together on a tool to the idea of data sharing. Haspel 
sees digital as an area where sharing becomes a possibility if it 
is not connected to seeking approval for a therapy. “There are 
a lot of failures along the way,” he says, “that are not being shared 
or communicated. If they were, it might accelerate and move 
things forward faster.” 
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What is digital innovation? During the roundtable, digital 
health and social pharma innovator Shwen Gwee framed 
digital innovation as “The successful implementation of a 
creative new [digital] solution for a traditional problem.”

He also separated the types of innovation relevant to a 
corporation’s activities: incremental or disruptive, both of 
which are important to drive clinical trials forward.

Former FDA Commissioner Scott Gottlieb, MD, expanded 
upon this idea, stating that real disruption leads to data col-
lection that is more clinically relevant. One example would 
be developing a test capable of capturing biophysical per-
formance in a longitudinal manner that is not episodic. For 
example, a patient who performs a six-minute treadmill test 
during a protocol-specified visit in a muscular dystrophy trial 
may experience fluctuations in performance or motivation. 
Capturing data only at regularly scheduled visits may not 
show improvement. Developing a tool that periodically 
records performance outside of a typical site environment 
could lead to more clinically relevant data if validated to a 
level of regulatory rigor.

Defining Innovation in Digital 
Health Technologies
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A s key members of  the patient care team, pharmacists 
have a unique opportunity to address the disparities 
in healthcare that have been exacerbated by the 
ongoing COVID-19 pandemic. Although the cur-

rent public health crisis has highlighted the extent to which mul-
tiple populations experience increased incidence of  illness, mor-
bidity, and death, the differences in access, usage, quality, and 
outcomes have been building for decades. The US has historically 
seen differences in health outcomes among certain socioeconomic, 
racial, and ethnic groups. 

The reasons for these disparities can be traced back to several 
factors, including social disadvantages that impact health outcomes 
and the corresponding failure of  health systems to respond to these 
needs; poor access to affordable, high-quality healthcare; lack of  
transportation and high out-of-pocket specialist costs that lead to 
constrained decision-making; racial, ethnic, and implicit bias; and 
differences among healthcare organizations, geographic areas, and 
providers.1 Since the onset of  the pandemic, these factors have 
continued to have an even greater influence on patient outcomes, 
especially those related to social disadvantages.

A significant driver of  COVID-19 disparities is the disproportionate 
number of  racial and ethnic minorities who are essential workers in 
grocery and retail stores, healthcare facilities, factories, restaurants, 
public transportation, and farms. These employees often work in 
close contact with the public and other workers, are unable to work 
from home, and frequently have no access to sick leave benefits, 
putting this population at significant exposure to the virus. Because 
of  lower high school completion rates and unequal access to high-
quality education and college, these groups have also been affected 
by the unstable job market and have less flexibility to leave jobs that 
carry high risk of  COVID-19 exposure, increased financial pressure 
to work when sick, and higher reliance on public transportation. 

Minority populations also face disparities outside of  the work-
place. Racial and ethnic minorities currently face disproportionate 
rates of  unemployment, leading to eviction and shared housing, 
both of  which result in crowded living conditions that may chal-
lenge isolation and social distancing.2-4

While the responsibility of  responding to these needs reaches 
across the entire healthcare system, Pharmacy Times Continuing  

Education™ (PTCE) believes that pharmacists have an important 
role to play in addressing the disparities that impact so many Amer-
icans. More than 90% of  people in the US live within five miles of  
a community pharmacy and visit their pharmacists 12 times more 
frequently than their primary care physician, 3 placing pharmacists 
on the frontlines of  patient care. This position offers pharmacists 
the ability to impact the racial and socioeconomic groups dispro-
portionately affected by the COVID-19 pandemic through strate-
gies aimed at improving access and adherence. 

Pharmacies can offer many services, including dedicated private 
computer access outside of  the pharmacy to increase the avail-
ability of  telehealth; delivery and curbside or drive-thru pick-up 
for easier access to prescriptions; and drive-thru and curbside 
COVID-19 testing, vaccinations, and point-of-care testing. Phar-
macists can coach patients toward better adherence by recom-
mending simplified medication regimens and deprescribing when 
appropriate; implementing 90-day supplies, setting up refill alerts 
and medication synchronization processes; and with education on 
diet and exercise routines.5,6

At PTCE, we understand the challenges pharmacists are facing 
as they address the many disparities that affect their patients. We 
are continually seeking ways to support learners through the 
education that we provide. In the coming months, we will introduce 
a COVID-19 curriculum to support pharmacists in administering 
the vaccine, while empowering them to improve outcomes and 
ensure health equity for at-risk populations. 

---
1. Fiscella K, Sanders MR. Racial and Ethnic Disparities in the Quality of Health 
Care. Annu Rev Public Health. 2016;37:375-394. 
2. Health Equity Considerations and Racial and Ethnic Minority Groups. CDC. 
cdc.gov/coronavirus/2019-ncov/community/health-equity/race-ethnicity.html 
3. Double Jeopardy: COVID-19 and Behavioral Health Disparities for Black and 
Latino Communities in the US. SAMHSA. samhsa.gov/sites/default/files/
covid19-behavioral-health-disparities-black-latino-communities.pdf
4. McNeely CL, et al. Social Determinants and COVID‐19 Disparities: Differential 
Pandemic Effects and Dynamics. World Medical and Health Policy. 2020;12(3):206-
217. 
5. Kennedy A. COVID-19 Pandemic and Adherence to Therapy: What Can 
Pharmacists Do? pharmacytimes.com/news/covid-19-pandemic-and-adherence-
to-therapy-what-can-pharmacists-do 
6. Strand MA, et al. Community Pharmacists’ Contributions to Disease Manage-
ment During the COVID-19 Pandemic. Prev Chronic Dis. 2020;17:E69.

The Role of Pharmacists 
in Addressing 
Disparities in Care
Strategies aimed at improving patient access and adherence
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2021 in Focus 
Pharm Exec’s Annual Industry Outlook
With a complicated and challenging global picture greeting the new year, driven by 
the continuing pandemic and historic political and regulatory changes in the US and 
Europe, we outline eight diverse trends critical to biopharma’s future health and growth 

I n comparison with other sectors—such as retail, hospital-
ity, banking, and media—pharma is still in its infancy as 
far as the journey to digital transformation goes. There are 
many reasons, of  course, for the industry’s reticence and 

risk aversion, not least having to advance against a stronger tide 
of  regulatory restrictions. No doubt pharma would have contin-
ued to tread cautiously through this digital infancy in 2020 had 
it not been for COVID-19. As Arda Ural, EY Americas industry 
markets leader, health sciences and wellness, observes, “For all the 
terrible things that COVID unleashed, it also offered a real-life 
experiment to test some of  the hypotheses pharma has been think-
ing about with regard to digital.”

PATIENT ENGAGEMENT
Ural identifies a number of  areas where digital took a stronger 
foothold in the industry last year. First, not surprisingly, is patient 
engagement. While the use of  telehealth has been increasing for 
the last few years, the pandemic saw a surge in the rate of  older 
patients using telehealth technology. Ural points to an EY-Parthe-

non Consumer Health Survey 
(published August 2020) that 
tracked 1,400 consumers through-
out the patient journey that 
revealed both a stronger desire to 
self-manage their care and growing 
tech savviness among the over-65s. 
“Telehealth’s moment has arrived,” 
the report’s authors concluded.1 
“And that behavior is going to 
stick,” adds Ural.

The surge in digital engagement is pro-
pelling further advances in dealing with 
patient data. Pascal Bécache, co-founder of  
Digital Pharma Lab—which helps European 
biopharma companies to accelerate and 
integrate innovations provided by selected 
startups into their business models—told 
Pharm Exec that more than half  of  the proj-

ects his company saw in 2020 were concerned with patient data. 
“Pharma companies really want to understand what is going on 
with their patients, how their drugs are accepted into the patient 
pathway, and how the medical professional is administering 
them,” he explains. “They need this to add further products and 
services to their portfolios. Digital technology, digital products, 
and digital metrics will become more and more embedded in 
pharma companies as we go forward.”

COMMERCIALIZATION
Concerning pharma’s commercialization 
activities, during the pandemic, companies 
began to observe that the virtual environ-
ment “is actually productive,” says Ural. He 
notes that not only were there companies 
who continued to launch products, but also 
companies launching their first product in 
this environment. While the one-to-one sales 
model has long been “in the pharma industry’s DNA”—the intro-
duction of  the tablet a decade ago did not fundamentally change 
that—Ural says that a shift is happening as we now have “a gen-
eration of  physicians who grew up with video games and who are 

Pascal Bécache

Arda Ural

OUR TRENDS FOR ’21

Digitalization

Patient Support

COVID: Lines Crossed 

Clinical Trial Diversity

Regulatory Transition

Manufacturing Ramp-Up

Real-World Evidence

Drug Pricing & Reform

Destined for Digitalization 
Pharma is in a better position to shoot for its digital transformation goal
By Julian Upton
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more open to consuming content through digital means.” He 
adds that there’s even data to suggest that physicians will be 
harder to engage in-person going forward. “As with Netflix and 
Amazon, we consume things on demand as opposed to watching 
TV and waiting for shows like we used to,” says Ural. “That same 
phenomenon is translating to pharma providers.”

CLINICAL TRIALS
“We were all very humbled to see a 10-year vaccine development 
process crushed into 10 months,” says Ural. “That was a science 
and innovation victory. But it also showed that a new approach 
to the clinical trial process could work. We saw that patients can 
be enrolled and monitored remotely and site audits by pharma 
companies can be done remotely.” A BMJ piece by a trio of  
Imperial College London pro-
fessors noted in July that the 
benefits of  virtual trials extend 
to “patient recruitment, engage-
ment, retention, and data collec-
tion with favorable effects on 
trial duration and costs.” While 
COVID-19 has resulted in “the 
greatest global disruption to 
clinical research since the Sec-
ond World War,” they wrote, 
“the widespread implementa-
tion of  virtual trial designs may 
mitigate some of  the significant 
challenges ahead.”2 In October, 
Ashley George, co-founder of  
the Pistoia Alliance, asserted 
that the use of  virtual trials “will surge in the future and could 
become the de facto standard for clinical studies,” citing a recent 
poll by the alliance that found more than half  (55%) of  life sci-
ence professionals believed a quarter of  all trials would go virtual 
within one year.3

DEALMAKING
“Apparently, the IPO market is immune from the current pan-
demic,” wrote lawyer Laura Anthony in October 2020. Of  the 
IPOs that have been completed since March, she observed, all 
priced their deals at the midpoint or higher of  their ranges. She 
added: “The nearly absolute elimination of  face-to-face presen-
tations has not impacted deal pricing.” Not only did US tech and 
pharma IPOs continue unabated in 2020, their frequency 
increased when compared to other mid-summer years, especially 
election years. While there was a steep plunge in economic activ-
ity in the second quarter, tech and pharma stocks were “trading 
at historical premiums, pushing domestic indexes even higher,” 
Anthony explained.4 

“Dealmakers are acknowledging that they don’t have to go on 
the road show. Virtual meetings have shown they can present 
more information to more people and do it faster,” notes Ural. 
“Now people who’ve never met in their lives sign off on multi-
billion dollar transactions. This is another manifestation of  the 
advance of  digitalization.”

PAY IT FORWARD
Unlike some of  the sectors that were badly damaged, biopharma 
emerged relatively unscathed, overall, from the pandemic. The 
industry thus retains “enough fire power and balance sheet 
strength to fund its ongoing digitalization,” says Ural. “If  the 
pharma industry can afford digitalization by the ability to deploy 
capital against massive capital expenditures, I think this is the 

time to do it,” he adds. An EY 
survey of  500 US-based, C-suite 
executives, published in Novem-
ber, reported that 54% of  
respondents cited digital invest-
ment as a top investment prior-
ity going forward. 

Loren Garruto, EY global 
and Americas corporate finance 
leader, strategy and transac-
tions, commented: “Companies 
are innovating their capital 
deployment strategies—from 
reinvesting divestment proceeds 
to boosting their digital capa-
bilities through M&A, rather 
than building resources inter-

nally—to stay ahead of  current market and economic disruption.”5

For Ural, the answer to whether pharma companies should 
buy in extra digital capabilities or build them “is probably some-
where in between.” He explains, “You don’t want to be compet-
ing with people whose day job is technology. You want to own 
your own business strategy and prioritization, but you need to 
find the right partners to help you with the digitalization journey.”

Whatever path companies take to achieve full digital transfor-
mation, Ural says he is optimistic that the industry is finally reach-
ing the inflection point: “The era of  the digitalization of  pharma 
has arrived.” 
---
1. “COVID-19: What patients are saying and how providers should respond,” 
www.ey.com, Aug. 10, 2020.
2. Simon Erridge, Azeem Majeed, and Mikael Sodergren, “Virtual trials: look-
ing beyond COVID-19,” blogs.bmj.com, July 6, 2020.
3. Prof. Ashley George, “Virtual Clinical Trials Post-COVID-19: Collabora-
tion Will Be Key to Success,” appliedclinicaltrialsonline.com, Oct. 6, 2020.
4.“A COVID IPO: The Virtual Road Show,” prnewswire.com, Oct. 5, 2020.
5. US executives rethink corporate strategies in anticipation of post-election 
legislation, regulation and policy changes, ey.com, Nov. 11, 2020.

You don’t want to be competing 
with people whose day job is 
technology. You want to own 
your own business strategy,  
but you need to find the right 
partners to help you with the 

digitalization journey
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T here’s a reason the term Healthcare Heroes arose dur-
ing the COVID-19 pandemic. People noticed it wasn’t 
just physicians rolling up their sleeves to treat those 
affected by the virus. COVID required all hands on 

deck, and many healthcare workers’ roles shifted, especially those 
of  advanced practice providers (APPs), which include physician 
assistants (PAs) and nurse practitioners (NPs). As a result, these 
dedicated caregivers continue to gain ground as stakeholders in 
patient support. Now it’s pharma’s turn to recognize their potential.

REDEFINING ROLES
Currently, APPs can prescribe in all 50 states. In most states, they 
work under the supervision of  a physician though some allow 
them to practice independently. Due to growing demands on the 
healthcare system, particularly during COVID, many states 
granted APPs greater treatment autonomy. The Center for Medi-
care and Medicaid Services (CMS) also issued a number of  waiv-
ers last year allowing APPs to handle greater patient management 
responsibilities.

According to the US Bureau of  Labor Statistics, employment 
of  PAs is projected to grow 31% from 2019 to 2029. NPs are in 
a group that is expected to increase 45% in that same period. The 
organization ties these numbers in part to states expanding APPs’ 
practice authority, expanded insurance coverage of  PA services, 
and wider public recognition of  NPs as primary care sources.

Part of  the push to give APPs more treatment and prescribing 
authority is due to an anticipated shortage of  physicians in the 
US. The Association of  American Medical Colleges estimates a 
shortfall of  between 46,100 and 90,400 physicians by 2025. 
Meanwhile, the demand for healthcare services continues to 
increase due to an aging baby-boomer population.

APPs have gained responsibility and are being asked to do 
more by means of  patient care and treatment initiation, yet they 
are still not targeted for sampling or treatment information. This 
comeuppance is something the pharma industry should begin to 
seriously focus on.

“It can be frustrating,” says Richard Zwickel, CEO of  POCN, 
the largest network of  NPs and PAs. “We still talk with pharma 
clients who believe NPs and PAs are a separate audience or who’ve 
told me that NPs and PAs are not part of  their marketing plan 
for 2021. However, this group is no longer an ancillary group. A 
target is any APP writing a prescription. We are seeing APPs ini-
tiating a significant number of  prescriptions.”

Not all prescription data accurately attributes a script to the 
healthcare professional who wrote it. Sometimes, prescription 
information can be misleading, as it is attributed to the APPs’ 
affiliated doctors. But as pharma closely looks at the data, they’ll 
see that NPs and PAs write more than one billion prescriptions 
annually, according to POCN in a recent Pharm Exec podcast (see 
https://bit.ly/2JRnnge).

“NPs and PAs are the ones who are writ-
ing a lot of  prescriptions, so making sure 
that they understand the risks, benefits, and 
alternatives of  those medications is impor-
tant,” says Sean DeGarmo, director of  
APRN initiatives at the American Nurses 
Association (ANA).

Now that APPs have proven they can handle the care load and 
responsibilities and have instilled confidence in the public, the 
hope and belief  is that the emergency authority they received 

during COVID will continue.
“We’ve seen a lot of  pharmaceutical com-

panies recognize the importance nurses 
play,” says Carolyn Morgan, president of  
PRECISIONeffect. “But as we see down-
ward pressure in hospitals and a decline in 
local community physicians, we’re going to 
start to see the NPs really step forward. 

That’s an incredible opportunity and something that has been a 
long time in the making.”

Though APPs can perform many of  the same duties as physi-
cians, their ability to connect with patients is a strong advantage. 
APPs tend to spend more time with patients, because physicians 
are simply just too busy. They’re also better trained to engage in 
patient dialogue and have a more contemporary approach—they 
are more likely to reach out to patients or caregivers with 
a text or email.

“We’ve developed an adherence metric, where we feel that the 
NP or PA is communicating better, which is translating to better 
adherence as well as better outcomes,” says Zwickel.

As a result of  the CMS waivers, many APPs have stepped into 
telemedicine roles, improving their access to patients and allow-
ing them to interact with more patients in a day than they could 
normally see. This treatment option may also lead some practi-
tioners to reimagine their work situations, opting for more flexibil-
ity and safety through video or phone consults.

A New Care-Team Playbook 
PAs and NPs have emerged as key stakeholders in patient support 
By Elaine Quilici

Carolyn Morgan

Sean DeGarmo
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“It’s a great opportunity for pharma to come in and be their 
partner and think through what the next iteration of  their career 
can be,” says Morgan. “There’s so much opportunity when you 
think about developing that relationship and what that can look like.”

CONNECTING WITH APPS

As pharma looks to build long-term relationships with APPs, it 
needs to invest in the space. PRECISIONeffect suggests using 
residence programs to communicate with APPs early on and 
encourages the creation of  
nurse advisory boards. The 
American Nurses Credentialing 
Center, a subsidiary of  ANA, 
has worked collaboratively with 
medicine and pharmacy on a 
joint accreditation program, set-
ting standards for organizations 
that provide team-based educa-
tion. POCN has built a leader-
ship series to reach its audience 
at a highly effective local and regional level.

The recent uptick in the consumption of  
digital information by APPs is not expected 
to recede any time soon. “We’re going to 
have to continue online delivery of  educa-
tion,” says Kathy Chappell, senior vice 
president of  accreditation, certification, 
measurement, and the Institute for Creden-
tialing Research and Quality Management 

at ANA. “In-person education will come 
back, but I think we’ll have more hybrid 
models in the future.”

Social media is one area to watch. It 
seems APPs are drawn to the organic con-
nections derived from this medium.

“We’ve seen really great results with 
some of  our social campaigns, because 
they’re not just hearing from our clients,” says Lauren Westberg, 

EVP and managing director at 
PRECISIONeffect. “We may be 
kicking off the conversation, but 
it’s a conversation between nurses 
and nurse practitioners and others 
who are facing similar situations.”

The in-office message is also 
important. Since NPs and PAs 
don’t receive much access to 
pharma during their schooling, 
companies should take time to 

explain why their branded product might be better than a more 
cost-effective option.

“They graduate with a pen and a script, and they go right to 
work,” says Zwickel. “NPs and PAs used to have to earn their 
stripes in a clinic, urgent care, or primary care. But now it is not 
uncommon for APPs to come right out of  school and go work 
in specialties. That’s only going to increase. NPs and PAs need 
to be better identified based on their patient panel. They need 
to be understood based on their inferred specialty.” Kathy Chappell

Lauren Westberg

Lines Crossed Due to COVID 
Quick action on innovation, rethinking trial access and disclosure highlight movement 
By Andrew Studna

A ccording to The Harris Poll, the pharmaceutical 
industry is at a “once-in-a-generation” inflection 
point. Currently, the industry sits at a positivity rate 
of  60% in the eyes of  the public, compared to just 

32% in January 2020.1 How did this massive jump occur over 
the course of  a global pandemic?

COLLABORATION, SPEED, AND AGILITY
In mid-May, Michael J. Hennessey Jr., President and CEO of  
MJH Life Sciences, parent company of  Pharm Exec, convened a 
closed roundtable of  pharma CEOs to discuss the industry’s pan-
demic response (see http://bit.ly/37k6EuL). Michael G. Kauff-

man, MD, PhD, CEO of  Karyopharm Therapeutics, highlighted 
his organization’s testing of  its own anti-myeloma drug as a poten-
tial COVID-19 therapy. The company’s clinical trial protocol was 
turned around by 10 different global regulatory bodies in two 
weeks and was open for patients shortly after. “It really tells you 
what is possible when most obstacles are eliminated,” said Kauff-
man. “And this is tenfold faster than we’ve ever done in the past.”

Like Kauffman, Hervé Hoppenot, president and CEO, Incyte, 
witnessed the industry’s fast-acting ability. Incyte’s RUXCOVID 
study protocol was prepared, over a weekend with its partner, 
Novartis, and submitted to FDA the following Monday morning. 
“The level of  urgency was very clear,” said Hoppenot.

It’s a great opportunity for 
pharma to be their partner and 

think through what the next 
iteration of their career can be
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A few of  the CEOs credited FDA with how the industry has 
been able to move at such a great pace despite being in the midst 
of  a global health crisis. Clay B. Siegall, PhD, president and CEO 
of  Seattle Genetics Inc., said, “The FDA has been incredibly 
collaborative,” in reference to his organization’s approvals dur-
ing the early part of  the pandemic in breast cancer and 
bladder cancer. 

At the forefront of  the battle against COVID-19, Pfizer and 
BioNTech’s mRNA-based vaccine candidate, BNT162b2, began 
development in January 2020. Just 10 months later, the compa-
nies became the first to submit a COVID vaccine application to 
FDA for emergency use in the US. The pair had expected to 
manufacture 50 million doses of  the vaccine before the calendar 
turned to 2021. 

This timeline, along with the others mentioned, are just a few 
pieces of  evidence that encapsulate the pharma industry’s fast-
acting approach to innovation when public health is on the line. 

TRIAL TRANSPARENCY
While internal collaboration in pharma has made significant 
strides in the past year, the public’s eye is still focused on the indus-
try more than ever before. 

An increased interest in clinical 
trials has created a greater demand 
for accurate information, bringing to 
light the transparency of  trial results. 
Sometimes viewed as a sore spot for 
the trial industry, the publication of  
results has never been more important. 

In January 2020, Science published 
results from a study on trial results 
that found there was a lack of  disclo-
sure; of  184 sponsor organizations with at least five clinical trials 
due as of  Sept. 25, 2019, 30 companies, universities, or medical 
centers never met a single deadline.2 

Under the most up-to-date World Health Organization (WHO) 
best practices, results from every clinical trial should be uploaded 
to their respective local registries no later than 12 months after 
primary or study completion date.

With the public’s need for accurate health information greater 
than ever in the middle of  a pandemic, now could be the time 
for increased disclosure of  clinical study results. Leading vaccine 
candidate developers, such as Pfizer-BioNTech and Moderna, 

have been compliant in regard to the publication of  trial results. 
Led by these actions, increased disclosure of  trial results across 
the board would benefit numerous stakeholders, including regu-
latory authorities, sponsors, healthcare providers, and the public. 
This could prevent the duplication of  research, promote accurate 
decision-making, and ensure the public has the most up-to-date 
information on efforts to combat the global health crisis. All are 
important factors that could save invaluable time in the race 
against COVID-19.

DECENTRALIZED TRIALS
In addition the publication of  trial results, the COVID-19 pan-
demic has identified another pain point for the industry: low 
participation in clinical trials. Pre-COVID, studies often required 
patients to make face-to-face visits at investigative sites and clin-
ics to participate. This created many barriers for patients such as 
forcing them to miss time at work, creating greater out-of-pocket 
expenses, and increasing travel.3

The industry responded to the pandemic with the accelerated 
adoption of  decentralized trials—only requiring patients to make 
in-person visits when absolutely necessary, if  at all. In a survey 

conducted by Informa Pharma Intel-
ligence on behalf  of  Oracle Health 
Sciences, released in November, 76% 
of  respondents reported that the pan-
demic sped their adoption of  decen-
tralized trials.4 In a trend that appears 
almost guaranteed to continue post-
COVID, the industry could see an 
uptick in participation in trials with 
greater ease-of-access for patients. 

When 2020 brought a global 
health crisis to the table, it is difficult to argue that another indus-
try responded as well as pharma. As the calendar now flips to 
2021, it will be interesting to see if  the industry can continue to 
“cross the line” with perhaps more innovation—even with a 
potential end to the pandemic in sight.  

---
1. https://theharrispoll.com/pharma-industry-at-a-once-in-a-generation-inflec-
tion-point/
2. https://www.sciencemag.org/news/2020/01/fda-and-nih-let-clinical-trial-
sponsors-keep-results-secret-and-break-law
3. https://jamanetwork.com/journals/jamaoncology/fullarticle/2769129
4. https://go.oracle.com/researchacceleratedtrials?elqCampaignId=257896

An increased interest in 
clinical trials has created 

a greater demand for 
accurate information
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R unning clinical trials that include a diverse population 
reflective of  the people who will eventually take the 
medicine seems like a no-brainer. But for years, stake-
holders haven’t prioritized enrolling a heterogeneous 

group of  participants in studies. Though the issue has been bub-
bling for years, the combination of  COVID and racial concerns 
in 2020 brought the matter to a boiling point, and 2021 will be 
an important year for change.

One of  the most public moves made by pharma in this area 
was when Moderna slowed down trials of  its COVID vaccine in 
September specifically to enroll more minorities. According to 
news reports, CEO Stephane Bancel explained it was an effort 
by the company to be more representative of  the nation’s demo-
graphic breakdown. According to the company, 37% of  the 
study’s population is now from minority communities, including 
more than 6,000 Latinos and 3,000 Blacks.

“The US population is growing increas-
ingly diverse, and ensuring meaningful rep-
resentation of  racial and ethnic minorities 
in clinical trials for regulated medical prod-
ucts is fundamental not only to the FDA’s 
regulatory mission but also public health,” 
says RADM Richardae Araojo, PharmD, 
MS, associate commissioner for Minority 

Health and director of  the Office of  Minority Health and Health 
Equity at FDA. “The FDA continues to work to increase the par-
ticipation of  racial and ethnic minorities and other diverse pop-
ulations in clinical trials that test new medical products through 
hosting public meetings, developing tools, and issuing guid-
ance documents.”

There are many factors con-
tributing to why minority groups 
have been underrepresented in 
clinical trials. A lack of  trust 
borne out of  past historical 
abuses is one. The unethical 
Tuskegee Study, in which Blacks 
were misled into thinking they 
were receiving free healthcare 
to treat their syphilis, created 
long-term skepticism in health-
care and the government. A number of  other experiments also 
led to systemic distrust. (See our Executive Profile on page 14.)

Other barriers can vary based on the population companies 
are seeking to enroll. This might include differences in language, 
culture, religion, or age. A lack of  awareness and knowledge about 

what a clinical trial is and what it means to 
participate is also a concern. When potential 
subjects are handed a consent detailing the 
purpose of  the research, associated risks, and 
potential benefits, they might not be able to 
comprehend the complex medical jargon.

“Low health literacy predicts poor 
health,” says Alekhya Pochiraju, an industry 

expert in clinical trial execution and a proponent of  clinical trial 
diversity. “A lack of  awareness and education about clinical trials 
as a safe option could lead to not knowing available treatment 
options or the possibility for clinical trial enrollment.”

Trial design also plays an important role in reaching a target 
group. Inadequate recruitment and retention efforts, accessibility 
to the site location, frequency of  study visits, time and resource 
constraints for patients, transportation, and participation may 
conflict with caregiver or family responsibilities, and may cause 
time away from jobs and other commitments.

“Designing trials will require keeping disease burden in mind, 
as certain diseases have high disease burden among specific racial-
ethnic cohorts,” says Pochiraju. “This calls for examining clinical 
trial design through a patient-centric approach.”

The pharma industry, federal partners, medical professionals, 
health advocates, and other stakeholders all have a shared inter-
est in advancing diverse participation in clinical trials as it helps 
researchers find improved treatments and methods to fight illness. 
It also helps to uncover sex, race, and ethnicity differences that 

may be important for the safe and 
effective use of  a product.

In support of  FDA’s efforts to 
advance diverse participation, the 
FDA Office of  Minority Health 
and Health Equity developed the 
Diversity in Clinical Trials Initia-
tive. This includes an ongoing 
multimedia public education and 
outreach campaign to help address 
some of  the barriers preventing 

diverse groups from participating in clinical trials.
“[We employ] a variety of  culturally and linguistically com-

Setting expectations that all 
potentially eligible 

participants are asked helps to 
reduce the participation gap

Stepping Up Trial Diversity
Real progress sought in efforts to address study underrepresentation
By Elaine Quilici

Richardae Araojo

Alekhya Pochiraju
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petent strategies, tools, and resources, such as educational mate-
rials in multiple languages; a dedicated webpage with public ser-
vice announcements and videos; social media outreach; and 
ongoing stakeholder engagement, collaborations, and partner-
ships,” says Araojo. 

While there is not a one-size-fits-all approach to recruiting 
diverse populations, there are several strategies that support clin-
ical trial diversity, she says. Among her suggestions are:

• Early planning to address inclusion.
• Consistent and continued community engagement through 

working with cultural ambassadors, faith-based organiza-
tions, and trusted local leaders.

• Engaging patients and providers in trial design, logistics, 
recruitment, and retention practices.

• Choosing investigative site locations where there are more 
racial and ethnic minorities, a diverse study team staff, and 
cultural sensitivity.

• Making enrollment less burdensome by eliminating language 
barriers and re-evaluating trial criteria.

“Often it is assumed people of  color are not willing or able to 
participate in the clinical trials which pose an opportunity bar-
rier,” says Pochiraju. “Setting expectations that all potentially 

eligible participants are asked helps to reduce the participation 
gap. There’s a strong correlation between physician and clinical 
trial participant diversity. Striving for diversity throughout the 
healthcare system will help reflect diverse trial enrollment.” 

In November, FDA issued the final guidance on “Enhancing 
the Diversity of  Clinical Trial Populations—Eligibility Criteria, 
Enrollment Practices, and Trial Designs,” which was first issued 
as a draft in 2019 (see https://bit.ly/3ort43i). The guidance pro-
vides the agency’s current thinking on steps sponsors can take to 
broaden eligibility criteria in clinical trials through inclusive trial 
practices, trial designs, and methodological approaches. The 
guidance also provides recommendations for how sponsors can 
increase enrollment of  underrepresented populations in their 
clinical trials and improve recruitment so that enrolled partici-
pants will better reflect the population most likely to use the drug, 
while maintaining safety and efficacy.

“Clinical trials and the people who volunteer to participate in 
them are essential to help develop safe and effective medical prod-
ucts to fight diseases and illnesses,” says Araojo. “The FDA 
remains committed to increasing enrollment of  diverse popula-
tions in medical product development and will continue to broadly 
engage with stakeholders to advance this important goal.” 

Time of Transition  
Keeping pace with the shifting landscape for regulatory affairs in the US and UK  
By Julian Upton

W hen looking ahead at the priorities of  new lead-
ership in the US, “we’re expecting a lively first 
100 days with the Biden administration,” says 
Paul D. Rubin, partner at Debevoise & Plimp-

ton and co-chair of  the firm’s Healthcare & Life Sciences Group. 
As COVID-19 remains top of  the agenda, the primary focus, 
Rubin told Pharm Exec, will be on making sure vaccines are dis-
tributed and administered appropriately, while a more immediate 
action is likely to be the introduction of  a “mask mandate” in 
one form or another. Rubin also anticipates more coordination 
at the federal level in the fight against COVID, rather than rely-
ing on the states, for example, to purchase equipment directly 
from potential foreign and domestic sources.

There will continue to be a real focus on the pharma supply 
chain, adds Rubin. He expects the list of  223 essential drugs and 
biologics and 96 medical device counter measures published by 
FDA on Oct. 30, 2020, to be heavily scrutinized, with a focus on 
efforts to ensure that those products are produced domestically. 
In addition, there is likely to be an increase in enforcement within 
FDA, which under the Trump administration dispatched fewer 

warning letters and generally classified fewer inspections as “Offi-
cial Action Indicated” than in previous years. In the longer term, 
there may also be a push to make FDA an independent federal 

Source: JHVEPhoto - stock.adobe.com 
Under the Trump administration, FDA issued fewer warning letters than 
in previous years.
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agency, says Rubin. He adds that we will also see implementation 
of  the new over-the-counter (OTC) drug law under the CARES 
Act, the development of  policies addressing products such as CBD, 
and a probable re-engagement with the World Health Organization.

While Biden is a supporter of  drug pricing reform—and the 
Senate did shift to a slight Democratic majority following the 
party’s pair of  Georgia runoff wins in early January—there could 
still be continued constraints on what can be achieved in this area 
(see article on page 33). More urgent for Biden could be the fate 
of  the Affordable Care Act, observes Andrew Bab, Debevoise & 
Plimpton partner, who co-chairs the Healthcare & Life Sciences 
Group with Rubin. 

If  the constitutionality of  the act is upheld by the Supreme 
Court, as is likely, “Biden has already emphasized that one of  his 
priorities is shoring up the ACA,” says Bab. “If  not, Biden will 
need to work with both parties to design a new approach.”

Another area to consider as we go into 2021, says Bab, is the 
appointment, if  confirmed, of  Xavier Becerra as the next secre-
tary of  health and human services (HHS). The former California 
attorney general has been aggressive in dealing with mergers and 
acquisitions in the healthcare space, where the Trump adminis-
tration has been less active in challenging M&As from an antitrust 
perspective. “I would expect that to be reversed to some extent 
under Biden, particularly in the healthcare sphere, given Becer-
ra’s history and the general policy approach of  the administra-
tion,” adds Bab. 

For John Oroho, executive 
vice president and chief  strategy 
officer of  Porzio Life Sciences, 
however, Biden’s may be a “more 
hands-off administration in con-
nection with the FDA and HHS 
than the Trump administration.” 
While the times dictated some of  
it, Oroho notes that “Trump was 
more hands-on with FDA and 
HHS than any other administra-
tion back to Reagan.” On the 
compliance front, however, Oroho expects an increased focus on 
transparency, with strong enforcement of  anti-kickback and False 
Claims litigation. He points also to continued growth in price 
transparency, but if  the Biden administration chooses not to fed-
eralize pricing transparency requirements, “we could end up with 
45 reporting requirements around the country, which would be 
a compliance nightmare.”

As for any last-minute policy changes that the Trump admin-
istration was to instigate before Jan. 20, other than perhaps a 
“slimmed down coronavirus relief  bill,” Oroho doesn’t see any-
thing pushed by the Trump administration getting through the 
Congress, or even making it to the floor. In certain cases, any 

major policy changes issued between now and inauguration day 
“will have to be by executive order.” These executive orders could 
be quickly reversed by the new administration.

BREXIT: FASTER APPROVALS, TENSER 
TRADE TALKS 
In the UK, as in the US, transition was also top of  mind at the 
end of  2020. By the start of  the holidays, with just days to go until 
the end of  the Jan. 31–Dec. 31 Brexit transition period, the UK 
and EU still had not reached an agreement on formalizing arrange-
ments for their future relationship. UK companies had taken var-

ious steps to ensure they would 
still be operational on Jan. 1, 
2021, but the trade-deal uncer-
tainty became an increasingly 
urgent problem as the clock ticked 
toward the end of  the year. On 
Christmas Eve, however, the UK 
saw Prime Minister Boris Johnson 
announce, with a touch of  sea-
sonal showmanship, that a deal 
had finally been secured.

The pharma and healthcare 
sectors, among many other industries, could breathe a sigh of  
relief. With half  of  all the medicines that come into the UK com-
ing from the EU, a no-deal situation would have seen about 40% 
to 60% of  these products delayed for several months. In a joint 
press release, Richard Torbett, chief  executive of  the Association 
of  the British Pharmaceutical Industry (ABPI) and Nathalie Moll, 
director general of  the European Federation of  Pharmaceutical 
Industries and Associations (EFPIA), welcomed the news in mea-
sured tones, indicating that it was now time to look at the detail 
of  the deal “to understand what it means for our members and 
the future of  the pharmaceutical industry.” Underlining that “the 
end of  the transition means there will be a significant change in 

Source: REUTERS / POOL - stock.adobe.com 
Britain Prime Minister Boris Johnson signs the Brexit trade deal with 
the EU on Dec. 30.

[MHRA] has been able to 
strengthen those EU processes 

that work and rectify those 
processes that didn’t work
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how border and customs arrangements work come Jan. 1, ABPI 
and EFPIA concluded: “We will continue to do everything in our 
power to maintain the flow of  medicines to all parts of  the UK 
and the EU.”

THE COVID FACTOR
The novel coronavirus pandemic has, of  course, been another 
tense factor in the progression of  UK and EU regulatory affairs 
during 2020. However, it has had its upside in terms of  helping 
to secure the UK’s regulatory foundations. “For example, the UK 
Medicines and Healthcare products Regulatory Agency (MHRA) 
has been able to strengthen those EU processes that work and 
rectify those processes that didn’t work,” says Marie Manley, part-
ner and head of  life sciences at the UK law firm Sidley. “It has 
been able to build up a system that is more flexible, and which 
allows for the emergency situation we find ourselves in.” It was 
no accident that the UK was the first country to approve the 
Pfizer-BioNTech vaccine, says Manley; the UK had already been 
listening to criticisms about the lengthy approval process and was 
looking at how to speed it up. To expedite the vaccine approval, 
for example, MHRA employed a rolling review, in which the 
development of  the product is monitored before its application 
is submitted, enabling regulators to see clinical data in real time 
and discuss trials and manufacturing processes with the drugmak-
ers as they proceed. “In this respect the regulator is more a part-
ner of  the industry, helping a product on the route to approval 

without compromising safety,” says Manley. “This is one positive 
outcome of  the COVID crisis.”

NICE TO GET NICER?
The UK is small compared with the EU, US, and Asian markets. 
Therefore, the effort of  getting a product assessed and approved 
by MHRA “has to be worth it,” says Manley. “The procedure can-
not be over-burdensome, and once a product receives authoriza-
tion, it should not be hit with an additional hurdle.” This has often 
happened, however, following a health technology assessment 
(HTA) by the National Institute for Health and Care Excellence 
(NICE). “HTA in the UK has been perceived by companies as a 
blockage,” says Manley. “Because NICE’s determinations have 
been very tough on cost-effectiveness, they have been a deterrent.” 

NICE needs to become attractive, more pharma friendly, and 
understand that some new technologies can’t provide the kind of  
data that the organization has been typically requesting, Manley 
believes. But she notes that NICE is starting to take steps in this 
new direction, launching new consultation processes, looking 
more at real-world evidence, and listening more to patients. 

Not least in its response to COVID, the UK’s move to regula-
tory independence, then, has ushered in some positive develop-
ments, both for the UK and for the EU. (As Manley notes, Europe 
will also be driven by the UK’s competitiveness.) As 2021 came 
into view, there looked to be some light at the end of  the 
Brexit tunnel. 

Production Pivots for Pharma
The likely manufacturing implications from COVID and gene therapy in 2021 
By Lisa Henderson

W e have written before about manufacturing 
capabilities for cell and gene therapies, in the 
halo of  oncoming trends. In our November 
2019 issue, Salim Syed, head of  biotechnology 

research, senior biotechnology analyst, and managing director 
at Mizuho, was quoted: “As these therapies get more complex,   
[manufacturing] matters even more.” This was followed closely 
with our inclusion of  cell and gene therapy manufacturing as one 
part of  an overall cascade effect for our 2020 Industry Outlook. 
Murray Aitken, executive director of  IQVIA Institute and mem-
ber of  the Pharm Exec Editorial Advisory Board (EAB), said at 
that time, “The whole infrastructure for handling these novel 
therapies is still a big barrier, and it’s going to take a few years 
before the infrastructure and platforms are established for these 
therapies to become commonplace.”

Granted this was involving 2019 trends, pre-COVID, when 
the mid-year approval of  Novartis’ Zolgensma indicated for treat-
ment of  pediatric patients less than 2 years of  age with spinal 
muscular atrophy (SMA) with bi-allelic mutations in the survival 
motor neuron 1 (SMN1) gene made news. 

But in another all-too-familiar COVID outcome, the general 
population is more apprised of  challenges around manufactur-
ing vaccines and therapies, specifically around scaling up and 
sourcing material for the pre-distribution supply chain. Forget 
that the vaccines have been made available in record time, it’s 
the glitches in manufacturing that make the news—for example, 
when it was discovered that some of  the vials used in Oxford 
University and AstraZeneca’s vaccine candidate trial were not 
filled properly and didn’t have the right concentration, resulting 
in cohorts receiving a half  dose. It was later decided with regu-

https://www.pharmexec.com/


Industry Outlook 31

WWW.PHARMEXEC.COM

JANUARY 2021 PHARMACEUTICAL EXECUTIVE

lators that the clinical trial would continue, and the manufactur-
ing problem corrected. 

If  we move out from the COVID spotlight, manufacturing 
issues surfaced in the advanced therapies space later last year. Sio 
Gene Therapies (formerly Axovant), a clinical-stage company 
developing gene therapies for neurodegenerative diseases, hit a 
major snag in advancing its promising AXO-Lenti-PD for Par-
kinson’s disease. It announced delays in CMC data and third-party 
fill/finish issues in the development of  a suspension-based manu-
facturing process that will delay trial enrollment to the end of  2021. 

Bluebird bio, in its third-quarter results, announced that FDA 
requested amendments to the CMC portion of  its biologics license 
application (BLA) submission for bb1111, a gene therapy for sickle 
cell disease (SCD) that uses suspension-based lentiviral vector 
technology. FDA asked for the use of  drug product manufactured 
from SCD patient cells in addition to healthy donors, as well as 
commercial lentiviral vector to demonstrate drug product com-
parability for its bb1111 program. Bluebird anticipates this delay-
ing the submission timing until the end of  2022. 

To emphasize the importance of  manufacturing in the world 
of  gene therapy, John Crowley, CEO of  Amicus Therapeutics, 
said in its Q3 earnings call that the company had spent “an enor-
mous amount of  time and effort focused on the CMC and the 
technical operations parts” of  its programs in Fabry and Batten’s 
diseases. Early in 2020, Amicus opened its Global Research and 
Gene Therapy Center of  Excellence in Philadelphia, which fol-
lowed the 2019 announcement of  a major expansion of  its gene 
therapy collaboration with the University of  Pennsylvania. 

Also a part of  the manufacturing-build movement is Bayer, 
which launched its cell and gene Therapy (C&GT) platform 
within its pharmaceuticals division in early December. Spurred 
by Bayer’s acquisition of  BlueRock Therapeutics in 2019 and its 
December 2020 purchase of  Asklepios Biopharmaceutical (Ask-
Bio), along with its existing expertise and recent investments in 
product supply capabilities, is the 
goal “to fill an important global 
demand gap for development and 
manufacturing of  gene therapies.”

In November 2019, we noted that 
many pre-commercial and commer-
cial companies were opting to invest 
in their own manufacturing capabil-
ities—BioMarin, Wave Life Sciences, 
Novartis, and Astellas. Soon after, 
CDMO Thermo Fisher Scientific, not to be outdone by its poten-
tial clientele’s own growth, opened a $90 million, 50,000-square-
foot viral vector manufacturing facility in suburban Boston. 

This set the stage for the 2020 cell and gene field playout, that 
despite COVID-19, did come to fruition. By July 2020, over 134 
investigational new drug (IND) applications for gene therapies 

were approved, which was on track to meet or beat 2019. That 
brings us full circle to the pandemic. What COVID-targeted ther-
apies and vaccines are experiencing on a number of  fronts, dove-
tails with existing challenges in the gene therapy space. Do you 
retain a significant portion of  your manufacturing capabilities à 
la Pfizer-BioNTech? Or do you go the Moderna route, and con-
tract with a large firm, as it did with Lonza? Do you build an 
integrated European manufacturing network consisting of  several 

contract development and manufac-
turing organizations (CDMOs), such 
as CureVac? Suffice to say, in the 
pages of  Pharmaceutical Executive, you 
will hear the benefits of  all of  these 
models from stakeholders on all 
sides…not just in COVID. 

As we head into the small popula-
tion sizes of  gene therapy with poten-
tially shorter regulatory approval 

pathways because of  their inherent life-saving (or life-changing) 
potential, you also run into the need to collect extended patient 
data for longer periods to determine those long-term safety or 
efficacy questions, or collect more real-world patient data for sub-
missions. Enter our next 2021 Industry Outlook choice, real-
world evidence. 

By July 2020, over 134 
INDs for gene therapies 

were approved

Source: andrey_orlov - stock.adobe.com
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F alling under the COVID-19 category of  “if  it was 
already in motion, the pandemic is speeding its imple-
mentation and/or adoption” is real-world data/real-
world evidence (RWD/RWE) for the three primary 

uses of  said data related to biopharma. The three uses are: 
• FDA applies RWD and RWE to monitor postmarket safety 

and adverse events and to make regulatory decisions.
• The healthcare community uses these data to support cov-

erage decisions and to develop guidelines and decision sup-
port tools for use in clinical practice.

• Medical product developers are using RWD and RWE to 
support clinical trial designs (e.g., large simple trials, prag-
matic clinical trials) and observational studies to generate 
innovative, new treatment approaches.

As explained in the previous Outlook Trend, postmarket safety 
surveillance and adverse events monitoring by FDA and manu-
facturers is reaching new heights based on the abbreviated regu-
latory pathways associated with breakthrough therapies, as well 
as general unknowns in the larger field of  advanced therapies, 
including cell and gene medicines. Early approvals of  therapies 
that haven’t been studied in extended large populations for longer 
periods of  time require postmarket surveillance, of  which COVID-
19 vaccines and therapies such as 
spinal muscular atrophy treatment 
Zolgensma require. 

How long will COVID-19 vac-
cines prove effective once in the 
global population? Same with Zol-
gensma—will its seemingly mirac-
ulous effects last a lifetime? 

The pandemic is not only a US-based factor in pushing adop-
tion of  RWD/RWE. In October, participants from 28 global 
medicines regulatory authorities, as well as experts from the World 
Health Organization (WHO), met to discuss their experiences 
with supporting and assessing RWE to facilitate regulatory deci-
sion-making on COVID-19 treatments and vaccines. Convened 
under the umbrella of  the International Coalition of  Medicines 
Regulatory Authorities, and co-chaired by Health Canada and 
the European Medicines Agency (EMA), participants shared their 
lessons learned from ongoing COVID-19 observational studies 
based on RWD in various countries and regions around the world. 
The meeting built upon three previous meetings on COVID 
observational studies held in April, May, and July 2020, and 

underlined the need and commitment by regulators to cooperate 
and improve information-sharing globally.

While FDA can flag therapeutic issues coming from its Senti-
nel system, as well as a database of  de-identified clinical data from 
electronic medical records (EMRs)—and the healthcare commu-
nity relies on its own EMRs and analytics—pharma has to rely 
on building registries or accessing external data sources to deter-
mine RWD/RWE to support clinical trial designs and regulatory 
submissions. Companies have to do that as well to build cases for 
payers in the event of  drug approval and for ongoing reim-
bursement support. 

In a roundtable sponsored by Parexel (see 
https://bit.ly/3okm3BC), Scott Gottlieb, 
MD, former FDA commissioner, spoke to the 
current pandemic and other trends that were 
accelerating the use of  RWE. 

He also touched on an additional area 
where the pandemic spurred greater collec-
tion and use of  RWE. 

“You’ve seen a lot of  amendments to [clinical trial] protocols 
where there have been missing data—such as from patients lost to 
follow-up—and sponsors have been able to use RWE to augment 

the datasets that were already being 
accrued, to compensate for some 
of  the complexities that were cre-
ated by COVID, such as not being 
able to bring patients back onsite 
for follow-up,” noted Gottlieb.

The discussion that follows in 
the roundtable of  global bio-

pharma regulatory leads is robust and highlights concerns around 
validating data for regulatory and payer use; current uses of  RWE; 
its use in rare diseases and oncology; as well as the positive effects 
of  RWD/RWE on patients. 

The chart on the facing page from an 
article we published in September (see 
https://bit.ly/35fSslf) outlines the evidence/
data sources at various points of a drug’s 
lifecycle. The article, authored by Markus 
Gores, vice president, thought leadership, 
EMEA, IQVIA, further pinpoints how the 
biopharma enterprise can best leverage all sources and methods 
to get started on RWE.

Will its seemingly miraculous 
effects last a lifetime? 

Scott Gottlieb

Markus Gores

Grabbing the Reins in RWE
Achieving and acting on the potential of complex analytics not lost on industry 
By Lisa Henderson
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Source: IQVIA European Thought Leadership
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There is a robust debate around the future of  randomized-
controlled trials (RCTs) in an RWE world; however, by and large 
for pharma and regulators, RWD/
RWE is not seen as a replacement 
for RCTs but as a realistic solution 
for many therapeutic situations. 

Because RWD/RWE data 
sources are exactly that, data, the 
underlying technology and integra-
tion needed to achieve more com-
plex analytics is not lost on regula-
tors or manufacturers. In early 
December, Verantos, which runs 
RWE studies for regulatory and reimbursement purposes, was 
awarded a grant from FDA to implement a multi-year advanced 

RWE study called “Transforming Real-World Evidence with 
Unstructured and Structured Data to Advance Tailored Therapy” 

(TRUST). According to the press 
release, the three-year study “will 
apply advanced RWE to a clinical 
scenario, and data quality will be 
studied by comparing traditional 
approaches (claims and health 
record structured data) to advanced 
approaches (deep phenotyping and 
data linkage). Differences in results 
will be measured to understand the 
extent to which data quality influ-

ences the resulting clinical assertions. Findings may inform future 
study design and definitions of  fit-for-purpose data.” 

RWD/RWE is not seen as a 
replacement for RCTs but as 
a realistic solution for many 

therapeutic situations

Price and Priority
With drug pricing debate quieter but still simmering these days, new legislation uncertain
By Miranda Schmalfuhs

A s inauguration day grew near, President-elect Joe 
Biden was beginning to construct his cabinet, tap-
ping Xavier Becerra for Secretary of  Health and 
Human Services and Vivek Murthy, MD, for Sur-

geon General. Throughout his campaign, Biden proposed the 
ideas of  allowing Medicare to negotiate prescription drug prices, 
regulating the launch prices of  drugs without competition, and 
limiting price increases to the rate of  inflation. While reducing 
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the price of  Rx remains urgent for the American public, its posi-
tion on Biden’s priority list is currently unknown.

“The priority is seemingly high and inap-
propriately so,” contends Ed Schoonveld, 
managing principal of  value and access for 
ZS Associates. “Prescription drug costs have 
been a stable 12% to 13% of  total cost of  
healthcare for the last 20 years, yet it gets all 
the public attention. A broader focus on the 
reasons for rising healthcare cost, and means 
to address that more holistically, would make 

more sense. Particularly in light of  the COVID crisis (and any 
future similar threats), maintaining a healthy biopharmaceutical 
industry is economically crucial.” 
(Schoonveld points to his comments 
on venture capital funding needs in 
his recent Pharm Exec article [see 
https://bit.ly/3pSFhyk]).

With issues like the COVID-19 
crisis and the need to expand health 
coverage at the forefront, experts are 
doubtful of  any substantial progress 
toward reining in drug prices. “My 
general feeling is that we have come 
closer to government legislation of  
some kind,” Schoonveld told Pharm 
Exec. “While the Most Favored Nation (MFN) Interim Final Rule 
(IFR) seems likely to be challenged on procedural grounds, it has 
been supported by many Democrats as perhaps a quick solution 
that Democrats should support. If  Biden is successful in building 
some bridges between Democrats and Republicans, agreement 
on action on drug pricing may be high on the list of  compromise.” 

A question will remain that, if  such a compromise is reached, 
will it be an MFN-style indirect price control, Centers for Medi-
care & Medicaid Services’ (CMS) ability to negotiate, or a mix 
of  these where negotiations are empowered with MFN- and per-
haps Institute for Clinical and Economic Review (ICER)-style 
benefits assessments. The MFN model, announced in late Novem-
ber by HHS Secretary Alex Azar, was implemented this month 
through the CMS Innovation Center. The model will protect 
current beneficiaries’ access to Medicare Part B drugs, make them 

more affordable, and address the gap in drug prices between the 
US and comparable countries.

If  such an agreement were to be reached, what would restrict-
ing drug prices look like for the biopharma companies and indi-
viduals responsible for researching and supplying them? “With 
deep controls into drug pricing, such as is done with the MFN 
ruling, each company will be forced to 1) consider whether invest-
ment in each drug candidate makes financial sense (with many 
new treatment options potentially dropping out), and 2) evaluate 
whether they should launch in international markets or just launch 
in the US at a higher price,”  says Schoonveld. “Simply put, some 
drugs will not be developed. The impact will particularly be felt 
by seniors, as the focus is on Medicare drugs. It is a dangerous 

seven-year ‘experiment’ with our 
futures, as the impact may be felt sud-
denly and painfully after five years or 
so, when the damage will become clear.”

Another key component in the cru-
sade to cut drug prices lies with the 
control of  the Senate, which shifted 
over to the Democrats after the party 
won both runoff elections in Georgia 
early this month. But its now slight 
majority, nevertheless, will most likely  
still equate to four years of  congres-
sional congestion on this issue, experts 

point out. Democrats will have control of  HHS and the federal 
government’s healthcare regulatory system.

With both Pfizer-BioNTech and Moderna’s COVID-19 vac-
cines approved for emergency use, and Oxford/AstraZeneca and 
Janssen (J&J) currently on their own respective paths in large-scale 
Phase III trials of  vaccine candidates, pharma is basking in the 
light at the end of  the COVID tunnel, wearing a hero’s cape. 
Though they’re thankful to see an end in sight, that won’t neces-
sarily make the American public forget about the hefty price tags 
attached to everyday therapies that will remain once the pan-
demic is contained. 

“The distrust and anger is very deep,” says Schoonveld. “No 
good deed goes unpunished, and it will take sustained efforts from 
the industry to collaborate on solutions to overcome their cur-
rent reputation.” 

If Biden is successful in 
building some bridges, 
agreement on action on 

drug pricing may be high 
on the list of compromise

Ed Schoonveld
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Experience suggests that value propositions in the phar-
maceutical industry consist of  two core elements: price 
on the one hand; clinical benefit on the other. Price is 
tied to clinical benefit. I will often conduct market 

research for manufacturers where the client wants insight into 
how payers view the value proposition of  their Phase II or Phase 
III assets. Payers can’t address that question, however, because 
with the agent not on the market, there is no price. Where there 
is no price, there is no value proposition. 

Examples of  pharma value propositions might be: this statin 
has the lowest cost per percent LDL reduction compared to com-
petitors; or this heart failure drug reduces hospital admissions at 
a lower cost than competitors; or, at the same cost for the same 
cancer, this treatment demonstrated 5% more patients achieving 
two-year progression-free survival than its competitor.

One theme developed in the discussion ahead is that with 
treatments for orphan diseases and rare cancers there is no com-
petition and, by extension, no basis for making value proposition 
comparisons. In these situations, a 
vacuum exists. How that vacuum gets 
filled can impact the market for 
future breakthrough treatments.  

A second theme is that for the 
growing percentage of  breakthrough 
treatments for small populations at 
disproportionately high prices, clini-
cal benefit is likely to be partial, with 
uncertain durability. Consequently, 
the task for manufacturers will be to 
develop a value story where value is 
inherently problematic, and a benefit 
story where benefit is inherently uncertain.

Both themes speak to challenges the pharmaceutical industry 
will need to contend with as transformative developments in 
biopharma advance the standard of  care (SOC) for conditions 
where there is little hope for a favorable outcome. Both themes 
are also implicated in how payers can be expected to manage 

the health insurance dollar on which the pharmaceutical indus-
try depends.   

The first-half  of  this discussion provides a framework for 
understanding pure types of  payer value propositions. The sec-
ond-half  makes the case that a new frontier in medical science, 
led by gene and cell therapy, is still in its infancy and not advanced 
enough for value proposition development.  

The combination of  extreme pricing and a value proposition 
vacuum has the potential to create a legitimacy crisis for the 
industry. To fill that vacuum, it is suggested that manufacturers 
build legitimacy into commercialization. Toward that end, a series 
of  action steps are recommended in the conclusion.

CONTINUITY IN PHARMA VALUE 
PROPOSITIONS
Value propositions for pharmaceutical brands are multi-layered 
and diverse. Where the spotlight shines, and what the decisive 
message is, can vary considerably. A strong value proposition for 

diabetes where there are multiple 
treatment options will differ from a 
strong value proposition for a rare 
cancer where there are few options. 
Unpacking the maze of  variables 
produces a clearer understanding of  
the different types of  value proposi-
tions and the shifting contours of  
value itself.

The suggestion here is that value 
propositions are created from two 
angles: composition and driving 
force. Composition of  a value prop-

osition is perhaps best understood as a continuum that starts with 
efficacy and ends with cost. In between are safety, tolerability, 
dosing, and route of  administration.  

Two axioms in the payer space leave their imprint on the con-
tinuum between efficacy and cost. First, payers don’t pay for 
convenience, minimizing the value of  attractive dosing and 

IRA STUDIN, PhD
President, Stellar 
Managed Care Consulting

‘Breakthrough’ Balancing Act
The Decline of the Value Proposition
How biopharma manufacturers can address extreme pricing of novel rare   
disease medicines and build legitimacy into commercialization to avoid      
an industrywide crisis

The task will be to develop a 
value story where value is 

inherently problematic, and 
a benefit story where benefit 

is inherently uncertain
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administration. Second, decisions on safety and tolerability are 
considered the purview of  physicians, minimizing judgements 
about the value payers attribute to these factors. Consequently, 
from a composition standpoint, there appears to be an underly-
ing rule that payer perception of  value will turn on how they 
weigh efficacy versus cost.

How does the weight of  efficacy versus cost get sorted out?  
Based on my experience conducting pharmaceutical industry 
market research, it typically revolves around two foundational 
elements, unmet need and SOC, and gets shaped by how the 
interaction of  those elements position efficacy and cost. 

• Unmet need covers a range from comparable treatment 
options available to no other option with life and death in 
the balance.

• SOC covers a range from minimal new gain in efficacy to 
a clinically significant gain, reflected in valued outcomes.

The matrix illustrated in Figure 1 above describes the interac-
tion between unmet need and SOC governing the priority given 
to efficacy and cost in payer value propositions. Off to the side, 
it pictures a new frontier in medical science, discussed fur-
ther ahead.

UNMET NEED: COMPARABLE                   
OPTIONS AVAILABLE
Looking at the left side of  the Figure 1 matrix, when comparable 
treatment options are available, competitive conditions force 
manufacturers to elevate cost over efficacy. This behavior applies 
not only when a drug’s efficacy does not exceed SOC, but when 
efficacy does and produces a clinically significant improvement 
in outcomes.

Scenario A. Reformulated products—line extensions based 
on the same chemical entity—are perhaps the best example of  
efficacy not advancing SOC: a drug taken two times a day refor-
mulated for once a day; or a drug administered once a day by 
self-injection reformulated for once a week. Regardless of  
improved convenience, the payer value proposition is cost-driven. 

Even when conditions are life-threatening and a novel refor-
mulation gives patients valuable new convenience, manufacturers 
are still forced to have cost drive its value proposition. The intro-
duction of  Ultomiris as second-generation replacement for Soliris 
illustrates this. 

Soliris and Ultomiris are both approved to treat paroxysmal 
nocturnal hemoglobinuria, a rare and life-threatening blood dis-
ease. Knowing that a biosimilar for Soliris was in the pipeline, 
the manufacturer developed a PEGylated version of  the original 
chemical entity, giving it a longer half-life. The latter extended 
the time between infusions, allowing patients to switch from every 
two weeks to every eight weeks. Nevertheless, it also determined 
that to avoid payers adopting a “Soliris-first” policy that would 
grow share for conversion to a future biosimilar, Ultomiris’ value 
proposition had to be cost-driven. This was reflected in pricing 
its maintenance dose roughly 10% below Soliris.

Scenario B. Moving up the Y axis, even with efficacy exceed-
ing SOC and achieving a clinically significant improvement in 
outcomes, cost continues to prevail in the pharma value proposi-
tion. Direct-acting antivirals, widely seen as having revolutionized 
hepatitis C treatment, is a case in point. 

Harvoni was the first in the therapeutic class to secure regula-
tory approval and, despite its extremely high price, quickly gained 
traction. Harvoni’s approval was followed two months later by 
Viekira Pak. While comparable from an indication standpoint, 
for multiple reasons, the market viewed Harvoni more favorably. 

Significantly, however, a prominent payer moved quickly to 
contract with the lower-cost Viekira Pak, excluding Harvoni  from 
formulary. During that period, other payers signaled they would 
act similarly. Harvoni’s manufacturer saw first-hand the conse-
quences of  subordinating cost in its value proposition. Within 
months, Harvoni reversed value proposition priorities and went 
on to enjoy considerable success.

UNMET NEED: NO OTHER OPTION WITH LIFE 
AND DEATH IN THE BALANCE
The relationship between cost and efficacy in the payer value 
proposition flips when unmet need shifts to no other treatment 
option with life and death in the balance. Under these conditions, 
competition does not exist. Here, the two boxes on the right in 
the Figure 1 matrix come into play.

Scenario C. Where unmet need is anywhere near having life 
and death consequences and the outcome is limited perhaps to 
a biomarker score with no other treatment option, efficacy super-
sedes cost in the value proposition. An example would be enzyme 
replacement for Gaucher disease. A senior clinical pharmacist 
in a market research study explained the logic this way: 

“There is no true outcome from replacing the enzyme. It is a 
biomarker-based outcome. It’s not, ‘You were deficient. Now you 
have the enzyme and you’re reversing the symptoms that came 

Figure 1.

Payer Value Proposition Matrix
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from the enzyme not being there.’ Biomarker-based outcomes 
are not especially attractive to health plans, but often they are 
the only thing available for a disease. With ultra-orphan condi-
tions where there’s nothing else, you pay hundreds of  thousands 
of  dollars because patients have no other option.”1

The operative principle is that even with limited benefit and 
cost to the extreme, if  there is no other option, payers defer to 
the efficacy available. Introduce competition, and if  the incum-
bent does not switch priorities in its value proposition, payers 
have the option of  switching the product they cover. Action along 
these lines will likely escalate as biosimilar competition emerges.

Scenario D. With one exception, Scenario C is the same as 
this one—the exception being that treatment achieves a clinically 
significant improvement in outcomes and advances SOC. In both 
cases, absence of  competition enables efficacy to trump cost in 
the value proposition. Where payers see incongruence between 
extreme pricing and benefit in Scenario C, extreme pricing reg-
isters differently in Scenario D.

Gleevec, first to market in the tyrosine kinase inhibitor class, 
is an older example of  a novel cancer product that made a huge 
contribution to advancing SOC. 
More recently, Trikafta, a triple-com-
bination therapy that helps a defective 
protein work more effectively in the 
treatment of  cystic fibrosis, is a sec-
ond example. Both agents can be con-
sidered breakthroughs and the effi-
cacy each introduced allowed them 
to secure optimal access despite 
extreme pricing. 

Once comparable options emerge, 
however, competition can take hold 
and efficacy is no longer the defining 
factor in the value proposition. As one 
respondent in a market research study put it when describing 
contracting opportunities in the oncology space: “An ideal situ-
ation is where there are multiple agents to treat the same indica-
tion with a similar mechanism of  action. So PARP inhibitors for 
ovarian cancer and the CD4/6 inhibitors for breast cancer come 
to mind.”2

The impact of  this structural dynamic in Scenario D appears 
likely to grow along two different paths. First, products enjoying 
market autonomy can expect to eventually face competition, 
prompting the need to adapt their value proposition accordingly. 

As shown by the arrow pointing left in Figure 1 on facing page, 
many breakthrough products facing competition could be forced 
to transition from the efficacy leverage they enjoyed under Sce-
nario D to the cost leverage payers enjoy under Scenario B. 
Under these circumstances, contracting becomes a key function 
for incumbent brands. 

The second path flowing out of  Scenario D represents an 
entirely new scenario driven by the emergence of  a new frontier 
in medical science. Gene and cell therapies operate on this sec-
ond path. Unlike the first path, because of  the complexities 
involved and the science being in its infancy, consensus standards 
that gauge the advance in SOC are early in their evolution.3

In addition, many of  the disease states gene and cell therapies 
target are associated with little or no hope. It is here where we 

can expect to see the decline of  the 
pharma value proposition.

DECLINE OF THE VALUE 
PROPOSITION
The discussion so far assumes 
pharma R&D will continue to gen-
erate breakthroughs that start with 
efficacy-driven value propositions, 
face competition, and pivot to cost-
driven value propositions. Where 
the market can anticipate a decline 
in pharma value propositions flows 
from a slice of  R&D that generates 

products distinguished by a unique set of  factors carving out a 
new frontier in biopharma science. These factors are noted in 
Figure 2 above. 

The decline of  the pharma value proposition is driven by a 
new frontier in medical science where efficacy introduced is inher-
ently variable and price exceedingly expensive. 

For breakthrough treatments emanating from this new fron-
tier, there can’t be an efficacy-driven value proposition because 
the science is still in its infancy. And there can’t be a cost-driven 
value proposition because there is no competition. The combi-
nation of  these two factors creates a vacuum for how to view the 
balance between efficacy and cost. How that vacuum is filled 
could have a major impact on investment capital for R&D focused 
narrowly on transformational gains in medical science.

One way to fill the value proposition vacuum is through cost-
effectiveness—developing a dollar amount for cost per quality-

Figure 2.

New Frontier in Biopharma Science

Biomarker-based outcomes 
are not especially attractive 

to health plans, but often 
they are the only thing 
available for a disease
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adjusted life year (QALY) gained and cost 
per life year gained (LYG), then, drawing 
comparisons to determine whether treat-
ment meets “a reasonable cost-effectiveness 
threshold.”4 

Cost-effectiveness analysis is well-estab-
lished, sophisticated, and has sought to 
accommodate the human element in eval-
uating treatment prices for rare, life-threat-
ening diseases.  

The difficulty with cost-effectiveness is 
that the new frontier of  gene and cell ther-
apies and other transformational treat-
ments are not ready for mature economics. 
At various stages in their lifecycle, the 
underlying economics will shift. Early on, 
though, there is no equilibrium between 
cost, price, efficacy, and market share. Just 
as the science is new, the economics 
is as well. 

What results is extreme pricing for rare 
diseases in super small markets. The prob-
lem for payers is the potential for a budget 
crisis. The problem for manufacturers is 
the potential for a legitimacy crisis.5

LEGITIMACY AS A KEY  
BUSINESS FACTOR 
Until the new frontier of  biopharma sci-
ence begins to mature, the pharmaceutical 
industry will face growing questions about 
its legitimacy as a profit-making enterprise 
serving the public good. 

The suggestion here is that if  legitimacy 
is built into commercialization of  breakthrough treatments early 
in their lifecycle, the industry will produce greater trust in 
its pricing. 

The points noted in Table 1 offer a multi-level framework for 
pharma to incorporate legitimacy into commercialization. Most 
of  these points already exist in current practice. By building legit-
imacy into commercialization, manufacturers marry the idealism 
they bring to scientific discovery with value-driven standards they 
bring to business. 

Rather than ceding the value proposition vacuum to cost effec-
tiveness, legitimacy should fill that space instead. Better for bio-
pharma pricing to establish legitimacy before cost-effectiveness 
shapes coverage and reimbursement. Better for an industry pred-
icated on deploying capital at high risk to treat extremely com-
plex diseases; and better for patients needing still-to-be developed 
miracles. 

References
1. 2019 payer interview.
2. 2019 payer interview. PARB inhibitor brands are: Lynparza, Rubraca, Tal-
zenna, and Zejula. CD4/6 inhibitor brands are: Ibrance, Kisqali, and Verzenio. 
Also, Zytiga and Xtandi (prostate cancer space) represent another example of 
competing cancer agents noted for having to contract to ensure market access.
Instructive here is that while they share the same indication, payers will contract 
with one and disadvantage the other despite each having a different mechanism 
of action (Xtandi – androgen receptor inhibitor; Zytiga – CYP17 inhibitor).
3. See, for example, “What are some of the challenges gene and cell therapies 
face?” From the American Society of Gene & Cell Therapy, https://www.asgct.
org/education/more-resources/gene-and-cell-therapy-faqs.
4. See, for example, executive summary p 40:  https://icer-review.org/wp-con-
tent/uploads/2018/07/ICER_SMA_Final_Evidence_Report_052419.pdf.
5. A 2019 Gallup Poll measured how Americans viewed 25 industries. In that 
poll, the pharmaceutical industry scored last, well below the airline industry; 
https://news.gallup.com/poll/266060/big-pharma-sinks-bottom-industry-rank-
ings.aspx. While the public’s view of pharma has improved due to the quest for 
vaccines and treatment for COVID-19, a Gallup poll conducted between July 
30 and Aug. 12, 2020 has the pharma industry next to last, ranking only above 
the federal government; https://news.gallup.com/poll/319256/farming-rises-
sports-tumbles-industry-ratings.aspx.

Table 1.

A Framework for Establishing Legitimacy

https://www.asgct
https://icer-review.org/wp-con-tent/uploads/2018/07/ICER_SMA_Final_Evidence_Report_052419.pdf
https://icer-review.org/wp-con-tent/uploads/2018/07/ICER_SMA_Final_Evidence_Report_052419.pdf
https://icer-review.org/wp-con-tent/uploads/2018/07/ICER_SMA_Final_Evidence_Report_052419.pdf
https://news.gallup.com/poll/266060/big-pharma-sinks-bottom-industry-rank-ings.aspx
https://news.gallup.com/poll/266060/big-pharma-sinks-bottom-industry-rank-ings.aspx
https://news.gallup.com/poll/266060/big-pharma-sinks-bottom-industry-rank-ings.aspx
https://news.gallup.com/poll/319256/farming-rises-sports-tumbles-industry-ratings.aspx
https://news.gallup.com/poll/319256/farming-rises-sports-tumbles-industry-ratings.aspx
https://news.gallup.com/poll/319256/farming-rises-sports-tumbles-industry-ratings.aspx
https://www.pharmexec.com/


3939

WWW.PHARMEXEC.COM

JANUARY 2021 PHARMACEUTICAL EXECUTIVE Back Page

DANIEL S. FITZGERALD 
CEO of Apollo Intelligence, 
parent company of InCrowd and 
SurveyHealthcareGlobus

The Advisory Committee on Immunization Policy 
(ACIP) to the US Centers for Disease Control (CDC) 
knew it. Data from multiple sources showed it. Mitiga-
tion of  the global pandemic will require “high cover-

age” with COVID-19 vaccines driven by a well-orchestrated pub-
lic health response that educates the public on their safety and 
efficacy and eradicates vaccine hesitancy.

And not just for patients.
Data suggest that physician prescribers are just as hesitant as 

patients when it comes to COVID-19 vaccine safety, distribution, 
logistics, and rollouts. Data sourced by InCrowd from Oct. 22–26, 
2020 show that just half  of  US infectious disease specialists feel 
highly confident in prescribing an FDA-approved COVID-19 
vaccine. With these physicians estimating that 40% of  their 
patients will be vaccine-hesitant, findings suggest physicians are 
only slightly more confident in the vaccines than patients.

ID specialists, at the time of  the study, also had little faith in 
governmental entities and their approach to the pandemic. Just 
one-quarter of  respondents feel confident in Federal policies 
about vaccine rollout (21%), vaccine distribution, and logistics 
(22%), and vaccine safety (26%). Few respondents feel better 
about state and local government efforts. Only one-third feel 
confident in local and state policies about vaccine rollout (32%), 
vaccine distribution and logistics (35%), and vaccine safety (36%).

Primary care physicians (PCPs), pediatricians, and emergency 
medicine/critical care doctors on the front lines of  treating 
COVID-19 share similar concerns and have throughout the pan-
demic. In data sourced Sept. 6–9, 2020, 53% of  frontline treaters 
said they felt confident in prescribing a COVID-19 vaccine. As 
the pandemic evolved, these physicians have given increasingly 
lower marks to governmental preparedness. By June, only 13% 
of  frontline treaters said they had confidence in the US govern-
ment’s preparedness for handling the COVID-19 crisis, down 
from a starting level of  35% in January 2020.

In a seven-nation global study of  PCPs by SurveyHealthcare-
Globus (SHG) on Sept. 5–9, 2020, US PCPs had the lowest con-
fidence in government policies about vaccine safety and vaccine 

rollout, with less than a third expressing confidence. In contrast, 
German confidence levels ranked 21% to 25% higher.

Left unmitigated, prescriber hesitancy represents “a risk for 
overall vaccine confidence,” as the ACIP said in its “Vaccinate 
with Confidence” framework,1 shared in a CDC forum in late 
October. The program outlined a national strategy in part to 
“build trust in the vaccine, the vaccinator, and the system.”

The trust-building is urgently needed. Just 63% of  healthcare 
workers expect to obtain a vaccine themselves, according to a 
CDC survey presented in a late November ACIP meeting. Yet 
infectious disease physicians in InCrowd’s October 2020 survey 
estimated that, on average, 71% of  the US population will need 
to be inoculated in order to achieve herd immunity. The sizable 
eight-point gap between the herd immunity target and the plans 
of  the healthcare community itself  highlights the challenge.

Exactly how prescriber hesitancy translates to prescriber 
behavior in recommending the vaccine for patients and their own 
vaccination plans is not fully clear. Yet physicians’ verbatim 
remarks highlight the need for data on safety and efficacy, in the 
face of  a vaccine development effort that compressed a typically 
multi-year process into less than a year, among other factors.

“They have to be proven safe and gone through the full vet-
ting process in order to make the public believe the vaccine is 
safe,” cautioned an ID specialist from PA.

“I personally would not be able to push as hard [for the 
COVID vaccine] as I would for the flu, due to the lack of  data,” 
said an ID specialist from TX.

As early vaccine trial data has been positive, forthcoming 
reports may bring data that reflect a brightened outlook. Yet as 
rising incidence and mortality rates in the US highlights what’s 
at stake, heeding the voice of  the prescriber community will be 
essential to moving from talk and planning about a COVID-19 
vaccination program, toward an effective, life-saving response. 

---
1. https://www.cdc.gov/vaccines/acip/meetings/downloads/slides-2020-10/
COVID-Cohn.pdf

Prescriber 
Hesitancy on  
COVID Vaccines
Data suggests physicians just as hesitant as patients, but recent 
successes could turn the tide
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