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Cell and gene therapies have the potential to transform the 
lives of patients with long-term or life-threatening illnesses. 
While there is great promise, bringing these new therapies 
to market is far from simple. One of the biggest challenges 
is the required long-term follow-up (LTFU) – the need to 
monitor patient outcomes and safety for up to 15 years.  

LTFU is required whether the patient has received therapy 
through a clinical trial or as an approved product. Traditional 
approaches to LTFU often mean burden on patients and 
sites over time. New technologies and virtual tools enable 
new clinical trial and real world study models to capture 
rich, clinically relevant endpoints while offering flexibility 
and convenience for patients, their families, and healthcare 
providers.  New direct-to-patient and data technologies 
(such as natural language processing) are helping to enrich 
and scale existing patient registries.  

Join our webinar and learn new long-term follow-up 
strategies you can implement for cell and gene therapies 
today, with planned evolution for years into the future.

3 Key Takeaways

• Challenges in conducting long-term follow-up studies 
for cell and gene therapies

• Flexible virtual and hybrid approaches to LTFU 
studies that can reduce risk and improve the patient 
experience

• Options to leverage and supplement existing registries 
data for long-term evidence generation
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From the Editor

Here’s to Looking Ahead  
The traditional holiday season is upon us, in the most untraditional of 
times. While December usually offers “best of” articles or a round-up 
of the year, this year is more about looking forward to 2021 and what 
that will bring. And we are lucky to have science on our side, with the 
vaccines rounding the corner. Nowhere in recent memory has the 
biopharma industry been more a part of the daily conversation than the 
past nine months. And behind the scenes, companies quickly pivoted, 
collaborated, partnered, and shifted gears to address COVID-19 itself, 
or keep its business running on the therapeutic interest at hand. We will 
see more next year what COVID has meant to prescriptions, diagnoses, 
clinical trials or changes in commercialization, and we will be right there 
detailing that in the coming months, as we have during the past year. 

O ur January magazine is our milestone Industry 
Outlook issue, which features the near-term trends 
contributed to us by our esteemed Editorial Advi-
sory Board. We usually have such a long list, that 

we choose a final 8-10 on which to focus. But the outlying trends 
still weigh in on the overall industry, so let’s take a look at what 
we won’t be taking a deeper dive on. 

n Distribution pathways, access, and affordability. 
Market access and patient access continue to take center stage, 
even enlightening those not familiar with this timeless issue under 
the light of  COVID-19. These topics and updates appear on our 
pages online and in print in a timely fashion. 

n  Regulatory perception shifts. Some have suggested—
between some unfortunate communications from FDA and data 
questioning from other quarters—that the agency is losing its 
luster among industry watchers. While individual instances make 
noise, they don’t necessarily denote a trend or an accurate reflec-
tion of  all of  FDA. With CBER Director Peter Marks, MD, PhD, 
and Patrizia Cavazzoni, MD, Acting Director of  CDER, the full 
scope of  what the drug development industry and its science can 
accomplish will be well communicated.

 n  All pharma companies are subject to global require-
ments. Consider what GDPR has meant to data and privacy in 
pharma and the amendments made here to adopt to EU stands. 
The global requirements of, for example, a carbon-footprint, 
could easily extend outward as overlay effect to all companies. 
Keep a watchful eye on those developments. 

n  Also, the overlay effect of  biologics. While not all 
pharma develops biologics, clearly some of  the effects could 

impact the small molecule sector. Quality manufacturing is tied 
to the delivery of  a therapeutic at the outset of  development. But 
also packaging, transportation, and storage; cybersecurity; and 
public health surveillance brings an aura extending to all com-
panies. Surveillance in the form of  the safety surveillance cur-
rently conducted or through real-world data capture will be front 
and center as therapies move more quickly through the process 
into populations, e.g., COVID. 

n  The high-priced controversy of  therapies. How does 
industry continue to bring the narrative of  the long-term busi-
ness value of  therapies? How is it possible to establish market 
value for drugs where there is no known value/no market com-
parison? Hints for the incoming administration that changes are 
coming, which would have been true regardless of  administra-
tion; however, rational changes need to be discussed on policy 
levels. 

Then there are other trends that were discussed and will be 
fleshed out in much more detail in the coming months. Those 
include sales force structure changes in regard to HCP engage-
ment/environment; diversity in clinical trials; IP sharing and 
pre-competitive collaborations; pharma’s interaction with PBMs 
and payers; and our regularly scheduled appearances of  the HBA 
Woman of  the Year, Emerging Pharma Leaders, our Pharma 50, 
and more. 

This time last year, we surely didn’t know what was coming our 
way. But watching the industry respond and pivot and bring its 
best to bear on multiple levels has been an inspiration. 

All of  us at Pharmaceutical Executive wish you a safe and happy 
new year. 
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T he imperative to prevent, treat, and cure the deadly 
COVID-19 virus altered research and manufacturing 
strategies and regulatory oversight in order to identify 
new compounds with potential to mitigate the virus’ 

lethal affects. FDA provided guidances and advice to assist spon-
sors in obtaining necessary data based on modified research and 
manufacturing operations. Billions in support for drug and vac-
cine development and production came through the federal Oper-
ation Warp Speed (OWS) task force, while the financial commu-
nity invested heavily in biotech startups as well as established 
biopharma companies.

At the same time, industry contended with ongoing efforts to 
rein in drug prices, as seen in White House proposals to limit drug 
rebates and co-pays, particularly for insulin, and to link US prices 
to those paid in Europe. Politicians and consumer advocates chal-
lenged prices set on early COVID therapies and are demanding 
free access to new pandemic treatments and vaccines. 

Meanwhile, FDA faced challenges to its independence and long-
term credibility as it met often divergent and unclear requests and 
orders from the White House. The agency’s first crisis involved 
confusion over regulating new diagnostic tests for the COVID 
pathogen, a situation that contributed to notable delays in public 
access to products able to reliably and quickly identify infected 
individuals. The agency’s new Commissioner Stephen Hahn, a 
respected oncologist but with little government experience, became 
entangled further in administration efforts to promote unproven 
COVID therapies. Hahn’s initial support for Emergency Use 
Authorizations (EUAs) for questionable treatments alienated agency 
officials and the medical community, raising fears about less rigor-
ous agency oversight of  promising vaccines and therapies. 

These issues came to a head in October as vaccine experts at 
FDA and leading medical institutions insisted on sufficient safety 
and efficacy data for any COVID vaccine prior to approving it for 
administration to millions of  individuals. Hahn supported this posi-
tion, recognizing the need to offset growing public “vaccine hesi-
tancy” arising from fears that companies and regulators would take 
shortcuts to speed the development of  COVID vaccines for polit-
ical purposes. 

The public focus on vaccine R&D highlighted the more visible 
and important role of  FDA’s Center for Biologics Evaluation and 
Research (CBER). Under director Peter Marks, CBER issued guid-
ance in June clarifying requirements for developing and testing new 
COVID vaccines, with an emphasis on conducting large, random-
ized, placebo-based clinical trials to provide credible safety and 
efficacy data, which is now bearing fruit. 

TRAINS KEEP RUNNING
While shifting many staffers to COVID product development and 
review activities, FDA offices also worked overtime to meet sched-
ules for vetting and approving new drugs and medical products to 
treat many other medical conditions. Innovative R&D faced added 
challenges from delays in new and ongoing clinical trials due to 
pandemic restrictions. FDA cancelled field inspections, particularly 
those involving foreign firms, and instead looked to evaluate the 
quality status of  a manufacturer through greater reliance on com-
pliance history, production records, product analysis, and inspec-
tion reports from other trusted regulatory authorities. 

Supply chain security for drugs emerged as a critical issue, as the 
global pandemic raised fears about reliable access to medicines and 
their components produced overseas. Shortages in certain vital ther-
apies for treating hospitalized patients, including antibiotics and 
sedatives, prompted FDA to bolster efforts to detect looming supply 
problems in advance and to support expanded drug importing, drug 
compounding, and the administration’s “buy American” campaign 
to boost production of  drugs and medical products in the US. 

The pandemic slowed, but did not derail a range of  FDA initia-
tives designed to improve the regulatory process. The Center for 
Drug Evaluation and Research finalized the overhaul of  its Office 
of  New Drugs, creating more review offices and divisions and 
implementing a team-based, “integrated review” for assessing new 
drug applications. Generics and biosimilars continued to draw 
attention for managing shortages and for ensuring affordable access. 

FDA has approved more than 40 novel medicines this past year 
and worked hard to meet user fee timeframes for prescription drugs, 
generics, and biosimilars—vital programs that face revision and 
renewal in the coming year. 

2020: A Year of   
Crises, Challenges     
for FDA & Industry 
Pandemic requires innovative R&D and regulatory flexibility to 
generate critical vaccines and therapies 

mailto:jillwechsler7@gmail.com
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Brand Insights - Thought
Leadership from Marketers I Paid
Program

C ommercial leaders across biopharmaceutical compa-
nies of all sizes will invest millions of dollars each 
month on developing insights to inform their under-
standing of the market and their own brand ambition 

and to determine where to play and how to win. And it is no won-
der: The pressure to succeed at moments of truth like launch has 
never been higher, and it is well understood that investing more 
upfront in insights and strategy will better position a brand once 
it hits the market. This has led to ever-growing insights budgets 
to invest in increasingly large-sample qualitative interviews with 
every form and segment of healthcare provider, institutional deci-
sion-maker, payer, patient, caregiver, and patient advocacy group.

The voice of  the customer is crucial, but too often the vast 
majority of  insights investment is spent on deductive research and 
exploratory insights generation—going in with a broad question 
(or no question) and getting appropriately lackluster insights that 
inform a general point of  view, but nothing deep enough that offers 
a brand the true opportunity to step up and do something different 
that matters in the market.

Unsurprisingly, there is a better way. By taking a more scien-
tifically rigorous approach to insights generation, commercial 
teams can make their brand insights investment pay off by devel-
oping a deeper customer understanding and realizing potential 
cost savings.

The concept is relatively straightforward and something that 
our R&D colleagues in the industry live by. It goes back to the 
simple concept of  the scientific method, or what Stanford Univer-
sity characterizes as “systematic observation and experimentation, 
inductive and deductive reasoning, and the formation and testing 
of  hypotheses and theories” (https://plato.stanford.edu/entries/
scientific-method/). We can break down the approach based on 
the three areas of  activities associated with the scientific method.

SYSTEMATIC OBSERVATION AND EXPERIMENTATION
Through systematic observation and experimentation, we lever-
age our experiences of the market landscape with customers, 
existing research, analogs, data, and expert perspectives to con-

tinually inform and refine hypotheses. Eversana helps clients 
achieve this is by combining deep industry, therapy area, and 
brand experience combined with data platforms like ACTICS 
by Eversana that leverage proprietary artificial intelligence and 
machine learning technologies to observe trends and run exper-
iments on a continuous basis.

Consider the example of  a client team preparing to launch a 
new brand for the treatment of  major depressive disorder (MDD) 
with a new mechanism of  action and mode of  administration that 
would involve new settings of  care. Despite the extent of  unknowns, 
we spent resources upfront cataloging insights from analogous 
launches, developing an understanding from existing customer 
relationships and rolling research efforts—which allowed for a 
rolling, systematic cycle of  learning that informed more targeted 
experimentation and insights.

INDUCTIVE AND DEDUCTIVE REASONING
Next, we need to rebalance the mix between inductive and deduc-
tive approaches. Inductive, hypothesis-driven insights projects 
allow us to get to deeper insights, but it is the fear of experiments 
“proving us wrong” that appear to limit the willingness to enter-
tain this approach. A mindset shift is required here, celebrating 
the insights that come from a disciplined experiment—indepen-
dent of whether the results support or do not support a hypothesis.

FORMATION & TESTING OF HYPOTHESES, THEORIES
Finally, we must develop the discipline and collaboration tech-
niques to form solid hypotheses as commercial teams. Key ques-
tions to challenge our disciplined thinking include: 
• Is the idea or concept new enough that we have not tested it 
before? 
• Is it meaningful enough to inform our brand strategic priorities? 
• Do we believe we can reasonably test this hypothesis?

The approach outlined above might seem daunting and a shift 
from the norm, but for those willing to accept the need to try a 
new approach and employ the scientific method in developing 
brand insights, the rewards can be enormous. 

Applying the Scientific 
Method as Cornerstone 
of Brand Strategy
How commercial teams can benefit from a more scientifically 
rigorous approach to insights generation

https://plato.stanford.edu/entries/scientific-method/
https://plato.stanford.edu/entries/scientific-method/
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REFLECTOR
is Pharmaceutical Executive’s
correspondent in Brussels

W ithin the massive European mobilization of 
resources to combat the COVID-19 pandemic, 
the sharing of health data has come to assume 
an almost emblematic significance. The Euro-

pean Union’s billion-dollar funding of vaccines and its histrionic 
announcement of building a “European Health Union” have 
captured the headlines, but discussions among policymakers are 
focusing on what may prove to be an even more challenging 
assignment: how to square the circle of promoting digitalization 
while respecting EU data protection laws.

The appetite for digitalization and the data sharing that under-
pins it is evident. The creation of  a so-called European Health 
Data Space (EHDS) is now firmly inscribed on the EU’s legisla-
tive agenda for 2021, and its outlines have already been sketched 
in. It will, according to the European Commission, “promote 
better exchange and access to different types of  health data”—it 
instances electronic health records, genomics data, or data from 
patient registries—not only to support healthcare delivery, but 
also for health research and health policymaking purposes. 
According to Jens Spahn, Germany’s federal minister of  health, 
and current president of  the EU’s Health Council, “Health data 
is paramount, for healthcare in general, but especially to fight 
cross-border health threats such as the COVID-19 pandemic.” 
Stella Kyriakides, European commissioner for health, sees the 
EHDS as “a crucial component of  a strong European Health 
Union.” And her counterpart responsible for industry, Thierry 
Breton, says “strengthening and extending the use and re-use of  
health data is critical for an innovative and competitive EU health-
care sector.”

The principal European pharmaceutical lobby group, EFPIA, 
is also “excited” by EU efforts to advance the EHDS concept, 
and “applauds” the intention to create an EU policy environment 
that can capitalize on the potential of  health data. Civil society 
organizations in 15 European countries have issued a declaration 
recognizing the importance of  digitalization for research and 
innovation, urging the EU to increase its efforts to make data 
interoperable. Germany has to hand over its position in the driv-
ing seat of  EU health policy to Portugal and then Slovenia in 
2021, so it is maximizing its push for progress, with an emphasis 

on digital transformation in healthcare: “improving the access to 
and sharing of  health data for research and innovative health-
care,” as German Health Secretary Thomas Steffen puts it. It 
aims to get an EU agreement in this month on a roadmap for a 
EHDS, with commitments to have it functioning in 2021, and by 
2025 put in place a transnational framework with clear rules and 
interoperable digital infrastructures.

This presupposes generating solutions for many of  the current 
technical barriers—the deficiencies in data infrastructure, the 
fragmented nature of  Europe’s data collection and curation, the 
lack of  interoperability, standards, and quality assurance. But it 
also, and more dauntingly, requires an easing of  the constraints 
imposed by the EU’s data protection laws. These continue to 
inhibit data sharing, with rigorous rules on consent. They also 
cause confusion both within the EU—because individual member 
states interpret them differently—and in international data trans-
fer and use. Steffen points to the irony that people and goods—
and viruses—can move freely around Europe, but health data 
remains trapped within national borders. 

Every iteration of  the call for digitalization is accompanied by 
a variation on the mantra of  compliance with data protection 
requirements, As Steffen puts it: “This means: digitalization yes, 
but not at all costs and not against patients’ declared wishes.” 
Everyone is consequently in search of  a common understanding 
on how to access, share, and process health data safely and in an 
ethically sound manner. And not everyone has the same vision 
of  what that means in practice.

Defenders of  patients’ rights emphasize the primacy of  these 
rights. Some call for mechanisms that would allow individuals to 
share their data in a secure way with users—such as healthcare 
providers, healthcare companies, or researchers, and for modifi-
cations of  the current tight rules on data usage agreements. And 
EFPIA, while genuflecting in passing to the principles of  data 
protection, insists “data access challenges must be overcome, and 
EU legislation must support data access for healthcare purposes.” 
It is unambiguous: “Any rules or principles that would needlessly 
impede the flow of  data into or out of  the EU must be avoided.” 

The scene is set for yet another pitched battle on the context 
for pharmaceutical innovation in Europe. 

EU Under Pressure 
to Make Decisions 
on Data Sharing
Must find common ground between digitalization and protection laws
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PHIL TALAMO, CHCP
President, Physicians’
Education Resource (PER) 
email: PTalamo@gotoper.com

I n late 2019, Physicians Education Resource®, LLC (PER®), 
set out to meet a critical need. The goal was helping psy-
chiatrists apply new evidence-based clinical concepts to their 
practices across a broad range of conditions. The solution 

came from deep collaboration between PER®, Psychiatric Times®, 
a diverse physician leadership committee, and an esteemed faculty 
of 30 presenters. The Annual Psychiatric Times® World CME Con-
ference™ launched in October 2020, offering three days of virtual 
learning that covered PTSD, major depressive disorder, bipolar 
disorder, psychedelics, and more. 

The virtual format, agenda, and faculty were well-received by 
participants. One learner noted, “This conference was one of the 
best and one of the most unique ones I have ever attended. I hope 
it keeps its variety of topics and speakers.” Over the course of the 
conference, two sessions generated particular interest and engage-
ment from the psychiatrists in attendance: A Glimpse Into the Future 
of Psychiatry: Educator of the Year Award and Are Antidepressants for Bipo-
lar Moot?

A GLIMPSE INTO THE FUTURE OF PSYCHIATRY: 
EDUCATOR OF THE YEAR AWARD
Sidney Zisook, MD, director of the Residency Training Program 
and distinguished professor of psychiatry at the University of Cal-
ifornia, San Diego, began his Educator of the Year lecture by 
suggesting that the future is a reflection and refinement of the 
past. Colleagues came from across the country to share their 
hopes, fears, and predictions. They noted that more residents are 
choosing psychiatry as a specialty, and are hopeful that collab-
orative and integrative models of care will provide new opportu-
nities for prevention. 

In terms of training, Zisook believes that cutting-edge research 
and innovative treatment are imperative, but the doctor-patient 
relationship must be prioritized in order to attract top talent to 
the specialty. A major concern voiced by Zisook is burnout, and 
the accompanying fear of documentation that often keeps psy-
chiatrists from seeking help for their own personal struggles. He 
concluded by reminding learners that the past is not so different 
from the future, and the future is more likely to be similar to 2020 

than differing wildly, predicting that “psychiatry will continue to 
be a rewarding and essential calling.”

ARE ANTIDEPRESSANTS FOR BIPOLAR MOOT?
Roger McIntyre, MD, moderated a Medical Crossfire® panel dis-
cussion, asking, “Are Antidepressants for Bipolar Moot?” He was 
joined by Chris Aiken, MD; S. Nassir Ghaemi, MD; and Joseph F. 
Goldberg, MD, in a lively exchange where they highlighted that 
there are no short answers to this question. Aiken shared that, “In 
bipolar depression, about 90% of the responses you see with anti-
depressants are due to the placebo,” and recommended mood 
charts to detect the subtle changes in episode frequency.

Ghaemi addressed the topic by looking at the past, noting that 
since the shift toward psychopharmacology in the 1980s, it has 
become difficult to speak out about certain drugs not being effec-
tive. Goldberg countered that antidepressants can be effective for 
certain cases, and called for research to better characterize who 
responds to antidepressants and who gets worse on them. After 
much discussion, the panel came to a unified conclusion: The ben-
efits of antidepressants in bipolar disorder are often slim and the 
risks are clear, so a more personalized approach to individual treat-
ment is needed.

BRINGING DATA TO LIFE VIRTUALLY—AND IN 
THE FUTURE
The Annual Psychiatric Times® World CME Conference™ was 
originally envisioned as an in-person event, but transformed into 
a premium virtual experience for 2020. According to program 
co-chair and Psychiatric Times® Editor-in-Chief, John J. Miller, 
MD, “The range of material covered was very impressive, and 
the Q&As and Medical Crossfires brought the audience right into 
the conference.” 

PER® is committed to meeting the ongoing need for high-impact, 
clinically focused CME for psychiatrists. The next Annual Psychiat-
ric Times® World CME Conference™ will take place Sept. 30 through 
Oct. 2, 2021, as a live event in San Diego and will continue to pro-
vide unparalleled interactivity and actionable insights on the latest 
advances in mental healthcare to the psychiatric community. 

Psychiatry Thought 
Leadership and 
Learning in Spotlight
A closer look at the most impactful topics from the Annual 
Psychiatric Times World CME Conference
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ELAINE QUILICI
is Pharm Exec’s Senior Editor. 
She can be reached at equilici@
mjhlifesciences.com

COVID-19 certainly put leadership to the test this year. 
Guiding a company through unprecedented times was 
something new and strange for even the most seasoned 
leaders. Many relied on tried-and-true tenets to guide 

them, while others forged new principles based on the lessons they 
learned under fire. Since March, the following leadership themes 
arose repeatedly during various interviews I conducted for this 
column, feature stories, profiles, podcasts, and roundtables. Though 
they were brought to the surface by the pandemic, these practices 
should be considered in any business climate. 

VALUE EMPLOYEES
One of  the most transparent examples of  employee appreciation 
was provided by podcast guest Tim Walbert, CEO of  Horizon 
Therapeutics. Walbert recounted how he gave his 1,200 employees 
a $1,500 bonus at the onset of  COVID. The only thing he asked 
for in return was an e-mail to tell him how they were doing. Walbert 
was overwhelmed by the responses and notes of  thanks he received.

The pharma leaders I interviewed for a feature on industry 
image in our June issue shared how they reached out to employees 
by offering additional paid leave, childcare assistance, and even 
online homeschooling resources to help during trying times. A 
number of  CEOs participating in our August roundtable on the 
same topic likewise made a point to meet with employees, connect 
with them on a personal level, and address their concerns early on.

These active examples of  compassion illustrate emotional intel-
ligence, which has become a key leadership skill. According to a 
2004 Harvard Business Review article, “emotional intelligence 
accounts for nearly 90% of  what moves people up the ladder when 
IQ and technical skills are roughly similar.”

BE OPEN-MINDED AND ADAPTABLE
While many leaders appreciate the ability to pivot quickly, they 
have never been more challenged than during COVID. The over-
night need to embrace technology was perhaps one of  their great-
est obstacles. In my July column, Affimed CEO Adi Hoess talked 
about how he had to hire a CMO and CSO virtually during the 
early days of  the pandemic. Though it wasn’t ideal interviewing 

candidates via videoconference, he saw the silver lining of  a process 
that was more efficient and convenient.

Jim and Cindy DiBiasi, co-founders of  3D Communications, 
also recognized the importance of  being adaptable. In their pod-
cast, they shared how they help prepare clients for high-stakes 
meetings that have transitioned online due to COVID, covering 
topics such as technology and etiquette.

The executives I interviewed for my October feature on patient 
support developed new e-offerings such as digital signatures and 
patient portals in order to reach doctors and patients as offices closed. 
Being open to new ideas is leading these firms through the storm.

FOCUS ON YOUR MISSION
According to Deloitte Insights, purpose-driven companies realize 
higher market share gains and grow on average three times faster 
than their competitors. This is good news for pharma, whose pur-
pose-led mission is intrinsic. Dana M. Krueger, managing director 
and global healthcare sector leader at Russell Reynolds, indicated 
in my June column that pharma leaders “will need purpose-led 
leadership as a core competency in their success profile going for-
ward, otherwise they’re not going to be able to drive success.”

Though COVID hadn’t yet overtaken the US when I inter-
viewed HBA Woman of  the Year Sandra Horning for our April 
issue, she shared that her team operates under the guiding motto 
“patients are waiting.” This timeless advice has never been more 
apt as pharma leaders push to find a cure for COVID.

BE A ROLE MODEL
Finally, part of  being a great leader is teaching by example, inspir-
ing others, and knowing when to step back. In our May issue, 
Emerging Pharma Leader Anita Gupta of  Heron Therapeutics, 
advised leaders to help identify people’s potential, then provide the 
“direction, purpose, and guardrails” to ensure their success.

In Horning’s profile, Paulo Fontoura, an executive at Genentech 
and Roche, lauded his former colleague for her ability to catalyze 
change in others. “I think she found that secret of  great leadership, 
which is that sometimes when you step back, you create space for 
others to multiply your impact,” he said. 

Guiding Advice for  
Leaders Through 
COVID and Beyond
A look at the leadership themes that have resonated most in 2020 
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JULIAN UPTON
is Pharm Exec’s European and 
Online Editor. He can be reached 
at jupton@mjhlifesciences.com

T he much-heralded potential for genomics to acceler-
ate clinical research and drug development and per-
sonalize treatment regimens has been coming into 
sharper focus over the last few years, with the explo-

sion of  health data ushering in a similarly exponential increase 
in genomic data. But as the KPMG report, Driving value from genom-
ics in life sciences (2018) maintained, this potential is at risk if  the 
life sciences sector fails to manage genomic data effectively. 
According to Dr. Maria Chatzou Dunford, CEO of  AI-bioinfor-
matics technology company, Lifebit, by 2025 more than 500 mil-
lion human genomes will be sequenced, creating more data than 
YouTube and Twitter combined. Mining this data to realize those 
breakthroughs in drug discovery means facing “the overwhelm-
ing conundrum of  extracting meaningful insights from massive 
data that is distributed, non-standardized complex, and inacces-
sible to most.” 

Dunford told Pharm Exec that a lot of current technologies in 
this area “are built for “Genomics 1.0,” which is a world with 
very few, very small genomic data sets, which tended to be cen-
tralized and not very diverse.” Over the last couple of years, 
however, we have entered the Genomics 2.0 era,” with exponen-
tially more datasets that are very diverse, for example, clinical 
data, phenotypic data, drug data, etc. “The dimensionality, size, 
and diversity has increased massively from what it used to be.”

ACCESSING THE INACCESSIBLE
The biggest problem, says Dunford, rests with data accessibility. 
She explains that Lifebit’s AI-powered platform, Lifebit CloudOS, 
enables federated analysis of  data, regardless of  the data’s loca-
tion or structure. “A federated approach means users can access 
multiple different sets of  data but sees these data as if  they were 
in one place; disparate data sets can be mixed and matched and 
analyzed as if  they were one set.” Federation also helps overcome 
the restrictions on the data that have been put in place by the 
regulators. “Along with European data regulation, you now also 
have country- and sometimes state-specific regulations in hospi-

tals. These data cannot leave the hospital, or country, or leave 
Europe.” Researchers must take exceptional measures to ano-
nymize and de-identify participants’ genomic data to comply 
with relevant regulations such as the European General Data 
Protection Regulation (GDPR) and the Health Insurance Por-
tability and Accountability Act (HIPAA) Safe Harbor rule in 
the US. While anonymization and de-identification of patient 
data are very difficult to ensure, a federated approach allows 
researchers to abstract analysis on top of secure multi-party com-
putation systems. Essentially, the data never moves. Lifebit’s gen-
eral manager Frank Seo points to estimations that “80 to 90% 
of the genomic data out there” has been inaccessible. “So that’s 
another problem federation solves,” he adds. “The potential for 
discovering new medicines grows exponentially if the industry 
can unlock that other 90% of the data.” 

THE NEXT BIG THING
If  you look at the history of  pharmaceuticals, says Dunford, ini-
tially it was all about the chemistry—“and it took pharma about 
a hundred years to perfect that.” The “next big thing” is data. 
“The problem for pharma is that it doesn’t have a hundred years 
to perfect its approach to data. It has maybe five to 10 years to 
get to the next stage.” To stay competitive, adds Dunford, the 
industry needs to be thinking about how it can operationalize 
personalized medicine, and create drugs that are more valuable 
and more precise, and unlock new models such as value-based 
pricing. “If companies want to stay competitive and become the 
next generation of pharma, they need to be investing more into 
Genomics 2.0 technologies.”

Commenting on Driving value from genomics in life sciences, Profes-
sor Hilary Thomas, KPMG’s chief  medical adviser, noted that 
data governance “is the real cornerstone of  a robust genomic 
data strategy.” Thomas proposed that every life sciences company 
appoint a data protection officer to oversee genomic data. “The 
race for new products is fierce,” she added, “but you can’t hope 
to win” without accurate and credible data. 

The Emergence 
of Genomics 2.0: 
Advancing with Data
To realize the promise of genomics, pharma must be prepared to 
mine the data more effectively
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I n the month of November, the biotech sector had its biggest 
run up since the Spring. Perhaps optimism for a COVID-
19 vaccine, a shining example of our industry’s innovative 
prowess and critical importance of its contributions. In the 

last 25 years, there have been seven novel vaccines developed; four 
of these came from Merck, and the fastest development time was 
four years, also a Merck accomplishment. Both Pfizer/BioNTech 
and Moderna have submitted applications for approvals of their 
vaccines, which are more than 90% effective, to the FDA. These 
vaccines have been developed in less than one year, an absolutely 
mind-blowing sprint to the finish, and one without any precedence. 
Already, to no surprise, the political pressures are in full swing to 
accelerate a review process that is 
appropriately thorough and absolutely 
must be, in order to ensure that the 
vaccines are safe for use in millions of 
people and that the benefits in prevent-
ing COVID outweigh any potential 
risks or side effects.  Without that, con-
fidence in getting the vaccine and, 
hence, its adoption will be low, and the 
heroic task will fall short of its goals to 
accelerate the destruction of the spread 
of COVID-19 and getting back to a 
semblance of normalcy in our every-
day lives and the global economy. Please, let’s get back to hugging! 

No doubt, the vaccines offer a light at the end of  this long, dif-
ficult and scary tunnel, and we can be optimistic about a better, 
hopefully much better, 2021.

CAN OUR REPUTATION FINALLY UNDERGO 
A DESERVED SURGE?
While we innovate and hold the keys to a recovery to normal, 
the world is paying attention with eyes peeled to our innovations 
and the critical good we do. This is awesome and leaders have 
stepped up to the stage to educate. I believe the silver lining of 
COVID-19 is an increased awareness of the good we do, how 
very hard and risk-riddled drug development is, and how it liter-

ally changes lives and fuels GDP. My personal hope is that we 
have passed a critical inflection point on the path to improving 
the reputation of our great industry. I for one, am so proud as it 
has pained me greatly over my nearly 40-year career that our 
industry, which does so much good for so many, has suffered 
such a poor reputation. Let’s enjoy our moment in the sun and 
be committed to making “hay” while its shines. 

THE POLITICAL OUTLOOK APPEARS WILL 
BE BENIGN IN THE NEXT FEW YEARS
Clarity on a benign political environment following the presi-
dential election no doubt is also fueling a solid underpinning on 

the biotech sector. Investors are gain-
ing confidence that the likely outcome 
of this election is a divided federal 
government, which suggests that no 
radical changes for biopharmaceuti-
cal pricing or reimbursement are 
likely in the next couple of years.

A steady f lurry of stock-moving 
data has also been coming out of a 
busy Fall season of medical meetings, 
which the specialist biotech investors 
have been anxiously consuming. They 
are keenly engaged , bullish, and anx-

ious to play any event possible in an attempt to sprint to year-end 
bonuses. Many specialists can taste the rewards as the NBI is up 
over 20% year to date and the XBI a staggering 40+%.

WHAT ABOUT THE GENERALISTS?
After peaking in the second quarter, it has recently been trend-
ing up likely due to sentiment about the political environment 
and reduced likelihood of pricing and reimbursement headwinds. 
On the other hand, expectations for a broader recovery in the 
economy in 2021 could lead to better risk-adjusted returns in 
other economically sensitive sectors. That said, generalists are 
certainly playing the “hot” biotech IPO market. 

Wishing you and your loved ones the happiest of Holidays! 

For Investors, 
’Tis the Season 
to be Grateful
Vaccine strides, likely pricing impasse point to optimism for 2021

Expectations for a broader 
recovery could lead to 

better risk-adjusted returns 
in other economically 

sensitive sectors
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of the Biopharma Sustainability
Roundtable. He can be reached
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Biopharma Joins 
Race to Net-Zero
Carbon Emissions
Why major companies are stepping up environmental commitments

In this year of pandemic and recession, we should be proud 
of how our sector has rallied, rapidly developing new vac-
cines, therapeutics, and tests critical to recovery, and col-
laborating in new ways to accelerate production and distri-

bution. The social impact of these achievements—their long-term 
value for the health and well-being of our society and economy—
will be enormous.

Before the pandemic commanded center stage, our biggest exis-
tential challenge was climate change, and it still is. Impressively, 
many biopharma companies have continued making progress on 
long-term plans for decarbonizing despite the near-term chaos.  
This holiday season, I’m thankful to be part of an industry that not 
only contributes directly to the health of individuals, but contrib-
utes indirectly to the long-term health and sustainability of our 
environment as well. 

Here are some of the inspiring commitments that biopharma 
companies have recently made. (Full disclosure: all the companies 
discussed participate in the Biopharma Sustainability Roundtable, 
an ESG leadership network that I co-founded and manage.) I’ll 
highlight both what they’re doing, and why they see environmen-
tal commitments as part of their core missions.

In September, Biogen announced Healthy Climate, Healthy 
LivesTM, a 20-year initiative to eliminate fossil fuels from its opera-
tions. CEO Michel Vounatsos noted that Biogen, in 2014, was the 
first life sciences company to become carbon neutral, and its ambi-
tion now is to advance science around fossil fuel impacts on human 
health, and actively promote climate and health equity. Biogen is 
collaborating with several partners to reach these goals. MIT’s 
Joint Program on the Science and Policy of Global Change and 
Technology and Policy Program are creating new models of how 
climate actions can impact human health. With the Harvard Chan 
School’s Center for Climate, Health, and Global Environment, it 
seeks to help under-resourced healthcare clinics improve both cli-
mate resilience and patient health. And it’ll advocate for meaning-
ful science-based targets in coordination with the World Business 
Council on Sustainable Development (WBCSD), World Economic 
Forum (WEF), and United Nations Global Compact (UNGC).

In November, GlaxoSmithKline CEO Emma Walmsley 
announced two ambitious environmental sustainability goals for 

2030: achieving net-zero climate impact and net-positive impact 
on nature across their value chain. Its strategic imperative comes 
from a broad perspective on GSK’s role as a global science-based 
healthcare company, which includes protecting and restoring the 
planet’s health as part of its mission to protect and improve human 
health. Focusing on environmental sustainability also adds to oper-
ational resilience, ensuring availability of critical products for 
patients and consumers. The Science Based Targets Initiative 
accredited GSK’s new carbon targets as consistent with a 1.5-degree 
pathway—the most ambitious goal of the Paris Agreement.

Taking a different path to net-zero, Novartis announced, also 
in November, that it would become the first biopharma company 
to achieve 100% renewable electricity in its European operations.  
A strategic focus on environmental goals is part of Novartis’ wider 
objective of “reimagining medicine for people all around the 
world.” Five virtual power purchase agreements will effectively 
finance the addition of over 250 MW of clean power to the grid. 
These agreements, according to Montse Montaner, chief sustain-
ability officer, mark a milestone in Novartis’ goal to be carbon 
neutral across its operations by 2025, and its supply chain by 2030.

There are more great examples. Novo Nordisk has pioneered 
the Future-Fit model, seeking to better serve its patients and com-
munities by moving past “doing less bad,” to making net-positive 
contributions toward the UN Sustainable Development Goals 
(SDGs). Takeda is developing plans to reduce company-wide emis-
sions to zero, focusing on the connection between environmental 
challenges and human health.

Momentum toward zero-emission commitments has been surg-
ing across sectors, as reported by Data-Driven EnviroLab, tripling 
the number of businesses with net-zero goals from 500 in 2019 to 
over1,500 now. The UN’s Race to Zero campaign is calling on 
governments and businesses globally to set net-zero emission goals 
ahead of the 2021 UN Climate Change Conference (COP26).

From a short-term financial perspective, environmental impacts 
are not the most material issues driving a biopharma’s business 
performance. But as we’ve seen, when we step back and consider 
the opportunities for long-term multi-party value creation, then 
environmental performance becomes a key element of biopharma 
sustainability. 
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Diversity of 
Thought in 
Action
Samit Hirawat, chief medical 
officer at Bristol Myers Squibb, 
talks about his leading role in 
BMS’ $300M, five-year plan to 
expand its efforts in health equity 
and his career-long commitment 
to putting patients first

By Julian Upton

Executive Profile
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S amit Hirawat, MD, gained his Bachelor of  
Medicine and Bachelor of  Surgery degrees 
at Sawai Man Singh Medical College in Jai-
pur, India, and stayed on for the college’s 

general surgery residence program. In 1996, he came 
to enroll in the internal medicine residency program 
and finish his oncology training at the North Shore 
University Hospital in New York. In early 2002, he 
switched over to the pharma industry, becoming an 
associate director at the Pharmacia Corporation in 
Bedminster, NJ. In 2007, he joined Novartis Oncology 
in Florham Park, NJ, where he would move through 
positions of  increasing seniority, before becoming 
Novartis’ head of  oncology global development in 
2017. In June 2019, he took up his present position as 
chief  medical officer, global drug development, at Bris-
tol Myers Squibb.

A major reason Hirawat moved from practicing 
medicine to working in the industry, he says, was that 
he struggled with “having 
to say to a patient, ‘There 
is no further treatment 
available,’ or ‘There is 
nothing more we can do.’” 
He explains, “I was dissatis-
fied with this status quo; I 
wanted to further my 
understanding of  what else 
we could do. Also, I didn’t 
want to work in an environ-
ment that inhibits me or prohibits me from thinking 
broadly.” 

He would find that the pharma industry provided 
the environment he wanted, an environment “where 
drug development has one purpose only, and that is 
make the best use of  science for the best outcome for 
the patient.” This is what continues to drive Hirawat 
in his career. 

“When we think about science, we are not looking 
to be simply additive,” he explains. “We want to be 
transformative. As we continue to learn more about 
the science and biology of  drug development, we bring 
in diversity of  thought and a diversity of  leaders who 
have the insight of  then thinking around how to utilize 
the data in a different way.” 

At Novartis and for the last 18 months at BMS, 
Hirawat has spent his time cultivating this diversity of  
thought, encouraging and empowering the people he 
works with “to bring that change and transform and 
accelerate the process of  drug development by utiliz-

ing the machinery of  clinical trials, data collection, 
and novelty of  execution.”

CLINICAL TRIAL DIVERSITY
In August, BMS and the Bristol Myers Squibb Foun-
dation announced a five-year, $300 million plan to 
address health disparities, vowing to increase clinical 
trial diversity, increase Black/African American and 
Hispanic/Latino representation at all levels of  the 
company, and “strengthening health equity work 
across the business.” 

The commitment to clinical trial diversity will see 
BMS extend the reach of  its trials into underserved 
patient communities in urban and rural US geogra-
phies. The Foundation will also help to train and 
develop 250 new racially and ethnically diverse clini-
cal investigators and work to enroll underserved 
patients into clinical trials. 

As part of  the leadership of  this initiative, Hirawat 
told Pharm Exec, “When we 
look at where clinical trials 
are conducted and the peo-
ple who participate in them, 
there is a paucity of  repre-
sentation from, especially, 
the black and Latinx com-
munities.”

One approach BMS will 
be taking to increase the 
participation of  these com-

munities is to expand the number of  clinical trial cen-
ters in metropolitan areas where they are concen-
trated. BMS has made it “a goal and a mandate” to 

FAST FOCUS
» At BMS, Samit Hirawat oversees the global 
drug development organization, including late-
stage asset development, as well as global 
regulatory and safety, global biometrics, global 
development operations and R&D strategy and 
planning. 

» Before joining BMS in 2019, he served as 
executive vice president and head of oncology 
development for Novartis. Previously, he led 
clinical development programs in multiple indica-
tions at PTC Therapeutics and Pfizer/Pharmacia 
Corporation.

» Graduating from Sawai Man Singh Medical 
College in India, Hirawat completed his internal 
medicine residency and medical oncology train-
ing at North Shore University Hospital, New York. 
Corporation.

I was dissatisfied with this 
status quo; I wanted to 

further my understanding 
of what else we could do
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seek patient input into its pivotal trials to understand, Hirawat 
says, “first, if  the data we are going to be collecting is appropri-
ate, and, second, if  participation in the trial is an extra burden 
for the patient. That level of  engagement will give us a better 
sense of  the work that we’re doing and how it will ultimately 
impact the patient.”

This endeavor goes beyond the patient and the healthcare 
provider, however. BMS also announced in August that it would 
be increasing its spend with diverse suppliers. By 2025, the com-
pany will spend $1 billion globally with Black/African-American 
and other diverse-owned businesses “to help create jobs and 
generate positive economic impact in diverse communities.” 
Hirawat explains, “Because we are only a company of  around 
30,000 people, we use a large number of  third-party services. 
So we have plenty of  opportunity to seek partnerships and col-
laborations with a diversity of  external vendors and suppliers, 
with companies from the Black, Latinx, or Asian communities, 
and with other businesses that are underrepresented.” 

BMS currently works, for 
example, with an organization 
that provides employees who fall 
within in the spectrum of  autism. 
“They contribute some absolutely 
critical work for us on the IT side 
of  things,” says Hirawat.

Pursuing and maintaining 
diversity of  thought in an organi-
zation cannot be achieved with an 
ad hoc approach, says Hirawat, 
“rather, it has to be ingrained and 
then cultivated. It has to be a man-
date.” For example, he explains, “I made it a standing mandate 
that for pivotal trials, if  we don’t have that patient insight at the 
start, then I will not be signing off on the protocol.” Gaining 
that patient insight requires trust, he says. “Historically, certain 
sectors of  society have not had the trust in pharma companies 
to participate in clinical trials. How do we gain that trust back?” 

Hirawat believes that pharma needs to continue cultivating 
a dialogue amongst patient communities. “It is important to 
build community connections where patients can talk to other 
patients about their experiences. And things like avoiding clini-
cal jargon, which we as healthcare workers can become very 
used to, might be helpful for patients to understand the clinical 
trial process.”

COVID-19: CHANGE ACCELERANT
BMS made its recent diversity and inclusion announcement 
several months into the COVID-19 pandemic. Inevitably, trans-
lating these commitments into results has required a new way 
thinking and acting. COVID has served as an “accelerant,” says 

Hirawat, forcing the industry to think more outside the box as 
it relates to drug development. “We took action very early on, 
when the pandemic curve was going up around the world,” he 
explains. “We followed three basic principles. We wanted to be 
absolutely sure that we protect the safety of  the patients, that 
we protect the safety of  the workers in the company, and that 
we protect the safety of  those working at the clinical trial sites.” 
It was with those priorities in mind that BMS constructed its 
plan and made it public. “We started acting back in April on 
the new principles that clinical trial sites will need follow to enroll 
new patients or start new trials,” he says. 

Certain trials were put on the back burner; they were issued 
with voluntary goals and stopped enrolling new patients to avoid 
overburdening the healthcare system, which had become focused 
on taking care of  COVID patients. “Then, as we started to see 
the curve change in many parts of  the world, we released guid-
ance on how to reopen those studies and reinitiate the enroll-
ment of  new patients,” says Hirawat. For example, BMS tasked 

local labs with drawing patients’ 
blood, rather than have patients 
travel 50 miles to have the proce-
dure done at a clinical trial site. 
Also, in the US especially, “wher-
ever the institutional policies and 
legislative policies allowed it, we 
were able to utilize electronic 
health records to do some of  the 
data cleaning,” says Hirawat. 

With or without COVID in the 
background, he points out, these 
learnings will be used to continue 

to evolve clinical trials in the long term. Hirawat notes, “These 
were ideas that we were still mulling over prior to COVID-19. 
The pandemic provided the impetus to go faster and validate 
them, and start instituting them as practices.”

MEDICINES FOR ALL
Hirawat is proud to be part of  a team “that is diverse in their 
thought processes, is very resilient, and have patients at the cen-
ter of  their attention.” But while BMS has had a “long history 
of  addressing health disparities as part of  its overall mission,” 
he says that the company now recognizes “the urgent need to 
do more to address these serious gaps that have become even 
more apparent during the pandemic.” 

Hirawat adds, “We are working toward real systemic change. 
Driving this kind of  change will mean broader representation, 
which leads to better science, and better science leads to safer 
and more appropriate medical practice and care for all of  us. 
We need to continue to discover, develop, and deliver effective 
medicines, not for some patients but for all.” 

I made it a standing mandate 
that for pivotal trials, if we 

don’t have that patient insight 
at the start, then I will not be 

signing off on the protocol 
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I n today’s evolving healthcare landscape, real-world expe-
rience is more important than ever for pharmacists train-
ing to serve on the frontlines of patient care. Yet, phar-
macy students now face the unique challenge of fulfilling 

their training requirements during the COVID-19 pandemic, 
with limitations that range from telework and decreased inter-
action with patients to a reduced number of available precep-
tor sites.

As an accredited provider and 
leader in pharmacist education, 
it was natural that Pharmacy Times 
Continuing Education (PTCE) 
would help fill the void left by 
more traditional training place-
ments. In fact, we have served as 
a preceptor site prior to the 
COVID-19 pandemic, offering 
a remote medical communica-
tions elective for students in their 
final year of  advanced pharmacy 
practice experiential rotations. We are active preceptors for the 
School of  Pharmacy and Health Sciences at Farleigh Dickinson 
University, Ernest Mario School of  Pharmacy at Rutgers Uni-
versity, Philadelphia College of  Pharmacy at University of  the 
Sciences, and Touro College of  Pharmacy to provide a unique 
experience for students who may be interested in pursuing a 
career path that includes contributing to pharmacy CE. 

As a preceptor site, PTCE is screened by the schools with 
which we partner to ensure that we adhere to the guidelines out-
lined by the Accreditation Council for Pharmacy Education 
(ACPE). These include ensuring access to learning and informa-
tion resources; providing appropriate oversight, guidance, and 
feedback; fostering a collaborative, nurturing professional envi-
ronment between students and their mentors; and reinforcing a 
strong commitment to health promotion and disease prevention. 

PTCE takes these responsibilities seriously as it is important for 
us as leaders of  pharmacy education to grow our relationships 
with faculty and students around the country.

The profession of  pharmacy relies heavily on practicing phar-
macists to train each new generation. Our internal team of  phar-
macists volunteer to serve as preceptors and work closely with 
the pharmacy students they mentor to instill knowledge, skills, 

attitudes, and values they will 
need as they prepare to serve as 
an essential part of  the patient 
care team. The program also 
offers learners a glimpse at the 
range of  career possibilities 
within their chosen field.

The preceptor program also 
has multiple benefits for the 
pharmacists who are responsible 
for developing content at PTCE’s 
accredited activities. Our con-
nections with pharmacy schools 

and their students give us a first-hand look at current educational 
gaps in the pharmacy community, helping us to stay current with 
new trends. According to Palatine, “The preceptor relationship 
helps PTCE understand how best to support new generation of  
pharmacists.” These insights help us ensure that we are develop-
ing relevant educational activities and give us insights into inno-
vative approaches to learning, while also allowing PTCE to build 
relationships with future leaders in the field of  pharmacy.

PTCE is proud to support pharmacy students looking to ful-
fill their training requirements in this challenging environment 
and will continue serving the pharmacy community as a precep-
tor site. We look forward to guiding future generations on their 
path to graduation while also keeping our finger on the pulse of  
today’s educational trends and growing our reach to pharmacists 
at every stage of  their career. 

Filling the Void 
in Pharmacy 
Student Training 
Preceptor and mentorship opportunities now more  
important than ever 

Our connections with pharmacy 
schools and their students  
give us a first-hand look at 
current educational gaps in  
the pharmacy community
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The use of real-world evidence (RWE) is exploding across the pharmaceutical and clinical 
arenas, adding value at every stage of the pharmaceutical life cycle. The COVID-19 
pandemic and its enormous impact on our medical systems has accelerated the growth 
in and adoption of RWE. To stimulate a conversation about the current state and future of 
RWE, Pharmaceutical Executive, in collaboration with Parexel, brought together leaders 
in pharmaceutical development and clinical applications for a roundtable discussion. The 
expert panel, which convened remotely in September 2020, included:

• Host: Peyton Howell, Executive Vice President, Chief Commercial & Strategy 
Officer, Parexel

• Guest Speaker: Scott Gottlieb, MD, Former Commissioner of the Food and Drug  
Administration (FDA)

• Moderator: Sy Pretorius, MD, Chief Medical and Scientific Officer, Parexel
• Facilitator: Lisa Henderson, Editorial Director, Pharmaceutical Executive
• Marc Berger, MD, Consultant
• Amanda Bruno, PhD, MPH, Vice President and Head of RWE Oncology, Bayer
• Mark De Rosch, PhD, Chief Regulatory Officer, Epizyme
• Riad Dirani, PhD, Vice President Global HEOR, Teva
• Arjit Ganguli, PhD, Senior Director, Head of Oncology, Global HEOR, Astellas
• Chris Garabedian, Chairman and CEO, Xontogeny
• Nuwan Kurukulasuriya, PhD, Senior Vice President and Head, Global Medical 

Affairs, MorphoSys
• Leanne Larson, Senior Vice President and Worldwide Head, Real-World Evidence 

and Access, Parexel
• Charles Makin, MS, MBA, MM, Global Head, Medical Health Outcomes  

Research, Biogen
• Amy McKee, MD, Vice President, Regulatory and Access, Parexel
• Mats Rosenlund, PhD, Vice President, Global Head of RWE, RWD and Analytics, 

Daiichi Sankyo
• Gregg Sylvester, MD, MPH, Chief Medical Officer, Seqirus
• Simu Thomas, PhD, Vice President and Global Head HE&OR,  

Alexion Pharmaceuticals
• Bill Tubbs, Head of Regulatory Affairs, Visterra, Inc.

Real-World Evidence: State-of-the-Art, 
Current Challenges and Future Vision

Special guest Scott Gottlieb, MD, former FDA Commissioner, 
an advocate for advancing the health of patients, promoting 
healthcare access, and driving innovation, kicked off the discussion 
with an overview of the landscape. Under his leadership, the FDA 
implemented reforms to standardize drug reviews and made 
historic improvements on post-market data collection and the use 
of RWE.

Opening Remarks from Former FDA 
Commissioner: Current State and Future of RWE
The COVID-19 pandemic has created the need and the opportunity 
to increase and solidify the collection and use of RWE, said Gottlieb 
in his opening remarks to the panel. The past seven months of the 
pandemic, he stated, “reinforces the importance of having practical 
information to help guide decision-making across the spectrum 
in healthcare. And, it helps accelerate some of the adoption curves 
around the use of real-world evidence.” 

Gottlieb pointed out several ways that RWE is especially useful in 
situations like the pandemic, where traditional randomized trials 
are impractical because the need for therapeutics and vaccines is 
so immediate. 

1. Post-market data collection. When a vaccine is ultimately 
approved, likely under FDA’s Emergency Use Authorization 
(EUA) authority, RWE will provide flexibility for very active 
post-market safety and effectiveness data collection on the 
initial cohorts of patients, as well as continued collection of 
prospective effectiveness and safety data to inform dosage 
and other decision-making. 

2. Regulatory decision making. On the therapeutic side, 
RWE has been an important factor in making decisions 
about patient care during the pandemic on the basis of 
large datasets. For instance, plasma therapy as a treatment 
for COVID-19 is a prominent area where the healthcare 
community looked at various cohorts of patients (e.g., those 
receiving a low dose of antibodies in the plasma versus 
those receiving a higher dose) within a large practical 
dataset to make judgments about efficacy, said Gottlieb.

3. Clinical development. Gottlieb also touched on a third 
area where the pandemic spurred greater collection 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 created by COVID such as not being able to bring 
patients back onsite for follow-up,” he noted.

4. Accelerated clinical learnings. Gottlieb also made the 
point that there have been substantial improvements in the 
clinical care of COVID patients in a relatively short period 
of time, including using anticoagulation medications more 
readily, intubating patients less aggressively, keeping 
patients better hydrated, and understanding the benefits 
of steroids in these settings. “Some of these learnings, 
these improvements in care, derive from formal trials…
but a lot of these other things really derive from large, 
practical datasets and the practical application of clinical 
care in a real-world setting of taking care of patients with 
COVID during a public health emergency, when doing very 
pristine, randomized trials just wasn't very practical.”

In addition to these four areas, Gottlieb says other secular trends 
are also underway that will accelerate the adoption of RWE. For 

instance, as enthusiasm is growing on the vaccine and therapeutic 
side, the FDA is building out a substantial database of clinical data 
gleaned from electronic health records (EHRs). Comparing it to 
the Sentinel system as a transformative element in the agency's 
post-market tools, Gottlieb believes this database also represents a 
paradigm change that will augment the use of RWE. “The profound 
change will be that because FDA is now making decisions on the 
basis of these kinds of datasets, they're going to have to invest very 
heavily in building out rigorous methodology for how you make 
regulatory decisions using this information,” said Gottlieb.

Creating a standard methodology for using RWE for regulatory 
purposes, he believes, will provide a more-level playing field in 
the broader marketplace among payers, product developers, 
regulators, and clinicians who all want to use this information for 
decision-making. “I think very rich literature will grow out of this on 
how to use these data in a reliable fashion,” he stated.

A second secular trend supporting wider use of RWD is the 
widespread adoption of digital tools and the use of telehealth; 
many patients are now comfortable receiving healthcare in this 
manner and providers can deliver healthcare effectively with digital 
tools. “I think this is going to make it more practical to collect 
real-world evidence when you have more decentralized tools for 
collecting clinical data; the adoption curves will be permanent and 
continue to accelerate,” he said.

Additionally, Health and Human Services (HHS) interoperability 
rules and regulations set up a secure standards-based API 
requirement to support patient access to their own electronic 
health information with third-party apps. This could have a large 
effect across the entire industry and, again, accelerate the adoption 
of RWE in regulatory and clinical decision-making, Gottlieb noted. 
While the near-term might be a “noisy environment” because 
numerous applications will come into the market at the same time, 
“I think it's going to create a very dynamic environment where 
access will be the first step, if you will, toward doing something 
really important with this information that's much more practical 
to the provision of care, and it's going to be much more tangible to 
patients and providers,” Gottlieb stated.

Having an open API with more-consistent standards across the 
healthcare spectrum will allow healthcare organizations of any 
size, even small ones, to more securely exchange information, 
he stated, noting, “That will open up more opportunities for 
patients to get that information, remove uncertainty around the 
standards, improve interoperability, obviously, and help healthcare 
organizations communicate data more easily with each other and 
with partner organizations.”

This will help the exchange of information become more standardized 
and enable digital health vendors to connect with other systems more 
easily and exchange data more seamlessly. “It also comes with a lot of 
obligations to measure and protect patient privacy and security. I would 
expect to see additional rule-making and guidance around patient 
privacy issues because they have been raised so prominently, but I 
think that this really changes the market,” said Gottlieb.

Gottlieb noted a final trend: “I think you're going to see greater 
adoption by payers as well, which we're already seeing. As these 
methodologies are used and proven out in a regulatory context, 
I think payers are going to use them more readily to inform 
decisions…There always was a need for better information to inform 
reimbursement decisions. Now we are developing ways to provide 
that information in terms of the consolidated datasets and the 
more reliable methodology.”

https://www.pharmexec.com/
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The use of real-world evidence (RWE) is exploding across the pharmaceutical and clinical 
arenas, adding value at every stage of the pharmaceutical life cycle. The COVID-19 
pandemic and its enormous impact on our medical systems has accelerated the growth 
in and adoption of RWE. To stimulate a conversation about the current state and future of 
RWE, Pharmaceutical Executive, in collaboration with Parexel, brought together leaders 
in pharmaceutical development and clinical applications for a roundtable discussion. The 
expert panel, which convened remotely in September 2020, included:

• Host: Peyton Howell, Executive Vice President, Chief Commercial & Strategy 
Officer, Parexel

• Guest Speaker: Scott Gottlieb, MD, Former Commissioner of the Food and Drug  
Administration (FDA)

• Moderator: Sy Pretorius, MD, Chief Medical and Scientific Officer, Parexel
• Facilitator: Lisa Henderson, Editorial Director, Pharmaceutical Executive
• Marc Berger, MD, Consultant
• Amanda Bruno, PhD, MPH, Vice President and Head of RWE Oncology, Bayer
• Mark De Rosch, PhD, Chief Regulatory Officer, Epizyme
• Riad Dirani, PhD, Vice President Global HEOR, Teva
• Arjit Ganguli, PhD, Senior Director, Head of Oncology, Global HEOR, Astellas
• Chris Garabedian, Chairman and CEO, Xontogeny
• Nuwan Kurukulasuriya, PhD, Senior Vice President and Head, Global Medical 

Affairs, MorphoSys
• Leanne Larson, Senior Vice President and Worldwide Head, Real-World Evidence 

and Access, Parexel
• Charles Makin, MS, MBA, MM, Global Head, Medical Health Outcomes  

Research, Biogen
• Amy McKee, MD, Vice President, Regulatory and Access, Parexel
• Mats Rosenlund, PhD, Vice President, Global Head of RWE, RWD and Analytics, 

Daiichi Sankyo
• Gregg Sylvester, MD, MPH, Chief Medical Officer, Seqirus
• Simu Thomas, PhD, Vice President and Global Head HE&OR,  

Alexion Pharmaceuticals
• Bill Tubbs, Head of Regulatory Affairs, Visterra, Inc.

Real-World Evidence: State-of-the-Art, 
Current Challenges and Future Vision

Special guest Scott Gottlieb, MD, former FDA Commissioner, 
an advocate for advancing the health of patients, promoting 
healthcare access, and driving innovation, kicked off the discussion 
with an overview of the landscape. Under his leadership, the FDA 
implemented reforms to standardize drug reviews and made 
historic improvements on post-market data collection and the use 
of RWE.

Opening Remarks from Former FDA 
Commissioner: Current State and Future of RWE
The COVID-19 pandemic has created the need and the opportunity 
to increase and solidify the collection and use of RWE, said Gottlieb 
in his opening remarks to the panel. The past seven months of the 
pandemic, he stated, “reinforces the importance of having practical 
information to help guide decision-making across the spectrum 
in healthcare. And, it helps accelerate some of the adoption curves 
around the use of real-world evidence.” 

Gottlieb pointed out several ways that RWE is especially useful in 
situations like the pandemic, where traditional randomized trials 
are impractical because the need for therapeutics and vaccines is 
so immediate. 

1. Post-market data collection. When a vaccine is ultimately 
approved, likely under FDA’s Emergency Use Authorization 
(EUA) authority, RWE will provide flexibility for very active 
post-market safety and effectiveness data collection on the 
initial cohorts of patients, as well as continued collection of 
prospective effectiveness and safety data to inform dosage 
and other decision-making. 

2. Regulatory decision making. On the therapeutic side, 
RWE has been an important factor in making decisions 
about patient care during the pandemic on the basis of 
large datasets. For instance, plasma therapy as a treatment 
for COVID-19 is a prominent area where the healthcare 
community looked at various cohorts of patients (e.g., those 
receiving a low dose of antibodies in the plasma versus 
those receiving a higher dose) within a large practical 
dataset to make judgments about efficacy, said Gottlieb.

3. Clinical development. Gottlieb also touched on a third 
area where the pandemic spurred greater collection 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 created by COVID such as not being able to bring 
patients back onsite for follow-up,” he noted.

4. Accelerated clinical learnings. Gottlieb also made the 
point that there have been substantial improvements in the 
clinical care of COVID patients in a relatively short period 
of time, including using anticoagulation medications more 
readily, intubating patients less aggressively, keeping 
patients better hydrated, and understanding the benefits 
of steroids in these settings. “Some of these learnings, 
these improvements in care, derive from formal trials…
but a lot of these other things really derive from large, 
practical datasets and the practical application of clinical 
care in a real-world setting of taking care of patients with 
COVID during a public health emergency, when doing very 
pristine, randomized trials just wasn't very practical.”

In addition to these four areas, Gottlieb says other secular trends 
are also underway that will accelerate the adoption of RWE. For 

instance, as enthusiasm is growing on the vaccine and therapeutic 
side, the FDA is building out a substantial database of clinical data 
gleaned from electronic health records (EHRs). Comparing it to 
the Sentinel system as a transformative element in the agency's 
post-market tools, Gottlieb believes this database also represents a 
paradigm change that will augment the use of RWE. “The profound 
change will be that because FDA is now making decisions on the 
basis of these kinds of datasets, they're going to have to invest very 
heavily in building out rigorous methodology for how you make 
regulatory decisions using this information,” said Gottlieb.

Creating a standard methodology for using RWE for regulatory 
purposes, he believes, will provide a more-level playing field in 
the broader marketplace among payers, product developers, 
regulators, and clinicians who all want to use this information for 
decision-making. “I think very rich literature will grow out of this on 
how to use these data in a reliable fashion,” he stated.

A second secular trend supporting wider use of RWD is the 
widespread adoption of digital tools and the use of telehealth; 
many patients are now comfortable receiving healthcare in this 
manner and providers can deliver healthcare effectively with digital 
tools. “I think this is going to make it more practical to collect 
real-world evidence when you have more decentralized tools for 
collecting clinical data; the adoption curves will be permanent and 
continue to accelerate,” he said.

Additionally, Health and Human Services (HHS) interoperability 
rules and regulations set up a secure standards-based API 
requirement to support patient access to their own electronic 
health information with third-party apps. This could have a large 
effect across the entire industry and, again, accelerate the adoption 
of RWE in regulatory and clinical decision-making, Gottlieb noted. 
While the near-term might be a “noisy environment” because 
numerous applications will come into the market at the same time, 
“I think it's going to create a very dynamic environment where 
access will be the first step, if you will, toward doing something 
really important with this information that's much more practical 
to the provision of care, and it's going to be much more tangible to 
patients and providers,” Gottlieb stated.

Having an open API with more-consistent standards across the 
healthcare spectrum will allow healthcare organizations of any 
size, even small ones, to more securely exchange information, 
he stated, noting, “That will open up more opportunities for 
patients to get that information, remove uncertainty around the 
standards, improve interoperability, obviously, and help healthcare 
organizations communicate data more easily with each other and 
with partner organizations.”

This will help the exchange of information become more standardized 
and enable digital health vendors to connect with other systems more 
easily and exchange data more seamlessly. “It also comes with a lot of 
obligations to measure and protect patient privacy and security. I would 
expect to see additional rule-making and guidance around patient 
privacy issues because they have been raised so prominently, but I 
think that this really changes the market,” said Gottlieb.

Gottlieb noted a final trend: “I think you're going to see greater 
adoption by payers as well, which we're already seeing. As these 
methodologies are used and proven out in a regulatory context, 
I think payers are going to use them more readily to inform 
decisions…There always was a need for better information to inform 
reimbursement decisions. Now we are developing ways to provide 
that information in terms of the consolidated datasets and the 
more reliable methodology.”
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Currently, RWE has been used in about 16% of all the cited clinical 
studies in specialty drug decisions by payers, with EHR data as the 
most often cited data sets being used to derive these insights. As 
FDA makes wider use of these data around drug decisions, Gottlieb 
believes payers will become even more comfortable relying on 
these same approaches for their coverage decisions.

Overall, Gottlieb made clear that the adoption curve around the use 
of RWE has been accelerated, not just by the public health crisis 
that we've been facing, but also by several secular trends that were 
underway before the crisis and have continued to grow. He summed 
up by stating, “There's a real significant opportunity that this is going 
to accelerate in the coming years, and we're all going to have a 
better healthcare environment because of it.”

Data Collection and Need for Transparency
Following these opening remarks, Sy Pretorius, MD, led a lively 
discussion among the roundtable participants.

MARC BERGER, MD (CONSULTANT): I agree with Dr. Gottlieb that 
we already have excellent progress on methodologies for how to 
analyze these data. I think that the most important thing that's 
going to come out of the FDA now starting to play with EHR data is 
they're going to get first-hand use in using the data. They've been 
given a lot of recommendations about how they should be thinking 
about the use of these data, but they've been very cautious about 
applying it in regulatory decisions. I think that only with experience 
is the FDA going to be more comfortable with making those kinds 
of decisions.

GOTTLIEB: You're spot on that the agency will have to accept and 
validate those methodologies for its own regulatory purposes. 
I think we can accelerate the adoption and sort of solidify the 
reliability of those approaches. Even if they were reliable before, 
I think the act of a regulatory agency putting out guidance 
documents around what the proper approaches are for making 
certain kinds of decisions based on information, as long as they do 
it in a thoughtful way, will create a sort of level playing field on what 
the proper approach is for answering a certain question.

SIMU THOMAS, PhD (ALEXION PHARMACEUTICALS): You 
mentioned that we will observe greater adoption of RWE by 
payers, once we standardize the benchmarks to make these data 
sufficiently robust to inform regulatory decision-making. This is 
critical. Payers have been open to using RWE for some time now to 
bridge knowledge gaps but have been waiting for the regulatory 
agencies to endorse frameworks for use of these data for clinical 
decisions. The key is for these multiple stakeholders to appreciate 
that RWE complements RCT findings, adding incremental 
perspectives that are vital to both medical practice and patient 
access determinations. 

RIAD DIRANI, PhD (TEVA): For the past 20 plus years, most of 

the efforts in RWE have been focused on post-launch evidence 
generation. We primarily focused on payer needs, reimbursement, 
and so forth. The growth over the last five or six years seems to 
be around clinical development and discovery, particularly on 
identifying and quantifying unmet need and burden of disease, 
and unbranded RWE around clinical trial programs. It’s critical for 
the C-suite in pharma to understand what RWE offers, where it 
fits into overall strategy, what value it contributes, and invest in 
infrastructure accordingly.

RWE Use Cases
PRETORIUS: A few years ago, Parexel commissioned a study 
with the help of the Intelligence Unit at The Economist to 
explore the drivers of innovation and identify innovations in 
drug development that could significantly improve the drug 
development process in terms of the timelines or the program’s 
success. RWE, and real-world data, in particular, was one 
innovation that rose to the top in the study, which looked at a 
very large sample size of products and developments. Programs 
and trials where real-world data and RWE were incorporated 
had a 21% greater likelihood of getting approval, compared with 
studies that didn't. So clearly, RWE had an impact.

What are some of the trends you are seeing in terms of the use of 
RWE to date?

AMANDA BRUNO, PhD, MPH (BAYER): There's a lot you can do 
with RWE that doesn’t contribute to a formal study or a project. 
We can use it internally for planning such as better understanding 
oncology market, which is moving so quickly that without real-
world data, we sometimes don’t know what our population looks 
like. This represents a large change in early clinical development, 
from using real-world data from first-in-human studies onward to 
inform how we might set our stage gates for go/no-go decisions 
within our organization.

CHARLES MAKIN (BIOGEN): Yes, it's been fascinating to be a part of 
this evolution in RWE over the past few years. We used to see RCTs 
informing RWE and now in many instances it has gone the other 
way around, where we have RWE informing RCTs.

Newer areas that have witnessed a lot of growth in the past few 
years include clinical trial optimization, an area that didn't use RWE 
until seven, eight years ago. We had been doing trials the same way 
for 80 years until the past decade when we started, for example, 
doing site identification and developing heat maps of practically 
real-time patient populations using real-world data. 

The creation of RWE and improvement in patient outcomes and 
clinical care go hand in hand. In some cases, RWD is shared in real 
time at the point of care by providers to enable them to deliver 
more tailored care to their patients. So, it's a true personification of 
personalized medicine while generating data that can really lead to 
a lot of interesting insights from a RWE perspective.

BERGER: Real-world data are used extensively by the marketing 
and the sales side of organizations as well. So, understanding 
the patient journey, what subpopulations might benefit the 
most from a new innovation, treatment patterns, obstacles to 
adopting new technologies, obstacles to adherence and using it 
for monitoring ongoing comparative effectiveness once a product 
is on the market are all becoming standard practices at larger 
pharma companies. Real-world data has infused itself entirely 
across the entire value chain from discovery to optimizing clinical 
trial design and beyond.

ARIJIT GANGULI, PhD (ASTELLAS): We always talk about RWE, 
but unless we have a strong infrastructure to collect the data and 
make it more purposeful, the evidence is all dependent on the 
quality of the raw data. So that's one shift; institutions or pharma 
companies are investing in RWD in addition to thinking about 
where the RWE will lead.

At Astellas, the RWE studies are driven by the scientific functions. 
Another area for us is to understand how RWE collected from a 
region (say, the US) could be expanded to a global audience,  
which is a critical part in enhancing the value of RWE for 
external stakeholders. 

DIRANI: To me the biggest growth over the last five years in RWE 
has really been around clinical development and discovery, as 
Marc mentioned. But what’s also new is that senior management 
and the C-suite executives are now focused on RWE and building 
internal capabilities and infrastructure around that. Over the last 
couple of years, my company has had tremendous growth in our 
internal capabilities to identify unmet medical needs, the value 
element, and the engagement with the commercial side. 

GOTTLIEB: There’s another aspect of decision-making to discuss. 
When we look at what will happen in 2021, drug pricing legislation 
is inevitable, leading toward some kind of adoption of a plan where 
the industry ends up agreeing to some form of price regulation, 
if you will, in exchange, perhaps, for measures to try to expand 
consumer eligibility for and access to drugs. RWE can become very 
important, I think, in terms of driving discussions about pricing and 
how those assessments are made. 

GREGG SYLVESTER, MD, MPH (SEQIRUS): My company is focused 
on influenza vaccines, and all vaccine manufacturers have an 
additional hurdle to bring a vaccine to the public. The Advisory 
Committee on Immunization Practices (ACIP) must recommend 
the use of a vaccine after the FDA licenses it in order for widespread 
use of a vaccine. The ACIP doesn't automatically approve or 
recommend something just because the FDA has licensed it. 
But we have found that the World Health Organization (WHO)'s 
National Immunization Technical Advisory Groups (NITAGs) and our 
public health agencies have always accepted RWE. RWE doesn’t 
replace RCTs but augments them. There is no question that NITAGs 
are looking at RWE.

At Seqirus, we have set up a database that merges EHRs with 
claims data. This is important because health information comes 
from various sources in the US. As many as 50% of adults get their 
flu shots in pharmacies, where the information doesn't necessarily 
link back to their EHR, but we capture those individuals in our 
database through our billing or claims dataset and link it to the 
HER data. This makes our RWE studies more robust. 

Expansion of RWE with the Oncology  
and Rare Diseases Market
PRETORIUS: How might RWE affect the oncology and rare  
diseases market?

NUWAN KURUKULASURIYA, PhD (MORPHOSYS): A topic that 
has been neglected for far too long is clinical heterogeneity. If 
you look at oncology clinical trials for the past 20 years, what 
is apparent is that the study populations don’t fully reflect the 
complexity of the disease. Inclusion and exclusion criteria are 
very limiting. Patients with comorbidities are typically excluded. 
Ethnic minorities are not adequately represented. In fact, some 
studies suggest that only a fraction of the oncology population 
(low single digits) are truly reflected in randomized, controlled 

clinical trials. A recalibration is necessary and long overdue. RWE 
is the solution.

The promise of RWE is to better reflect clinical heterogeneity 
and bridge the so called “efficacy-effectiveness divide” by 
complementing the traditional interventional clinical trial 
approach (demonstrating efficacy) with innovative, more expansive 
observational strategies (highlighting effectiveness). We will 
have to partner and build synergies across industry, academia, 
government, and nonprofit—and be committed to doing things 
differently in order to fully unlock the promise of RWE. Taking 
a multi-stakeholder approach will allow a better framing of the 
scientific questions we want to address and gain alignment on 
cutting-edge RWE methods and mechanisms we jointly deploy. 

One of the most innovative RWE methods currently being explored 
is the use of “synthetic controls.” At MorphoSys, we have used such 
an approach to accelerate drug development and successfully gain 
FDA approval for a novel therapeutic-regimen in the immuno-
oncology space, Tafasitmab plus Lenalidomide for relapsed-
refractory transplant ineligible Diffuse Large B-Cell Lymphoma 
(DLBCL). In partnership with Paraxel and others, we were able to tap 
into large real-world data sets in order to create a “synthetic control” 
that was in-turn compared with an open-label treatment arm. 

Ultimately, RWE better reflects the patient experience and will 
likely play a key role in shaping future oncology (and rare disease) 
clinical development programs and regulatory pathways. 

CHRIS GARABEDIAN (XONTOGENY): The ultimate goal of 
most biotechs and pharma companies is to use data to get 
drugs approved. I think we need additional methods to capture 
and supplement these RWE data. Ideally, we want to capture 
everything discussed here plus biomarket data, patient outcomes, 
patient-reported outcomes, genetic testing, etc. The list will grow. 
Newer genetic technologies are focusing more on some disease 
areas and subpopulations that have never been tested before.

In rare disease specifically, unless you’re looking at spinal muscular 
atrophy (SMA) and Duchenne muscular dystrophy (DMD) and a 
handful of other more well-studied targets, many of these are new 
areas where we haven’t even defined endpoints. We have to do 
natural history studies to even identify them.

If we can show that these new RWE data sets are actually more 
informative and concordant with traditional methods, acceptance 
will grow. Until then, I think there’s a lot of opportunity for these 
approaches to help get drugs approved by focusing on the totality 



21

WWW.PHARMEXEC.COM

DECEMBER 2020 PHARMACEUTICAL EXECUTIVE

ROUNDTABLE ROUNDTABLESPONSORED CONTENT SPONSORED CONTENT

Currently, RWE has been used in about 16% of all the cited clinical 
studies in specialty drug decisions by payers, with EHR data as the 
most often cited data sets being used to derive these insights. As 
FDA makes wider use of these data around drug decisions, Gottlieb 
believes payers will become even more comfortable relying on 
these same approaches for their coverage decisions.

Overall, Gottlieb made clear that the adoption curve around the use 
of RWE has been accelerated, not just by the public health crisis 
that we've been facing, but also by several secular trends that were 
underway before the crisis and have continued to grow. He summed 
up by stating, “There's a real significant opportunity that this is going 
to accelerate in the coming years, and we're all going to have a 
better healthcare environment because of it.”

Data Collection and Need for Transparency
Following these opening remarks, Sy Pretorius, MD, led a lively 
discussion among the roundtable participants.

MARC BERGER, MD (CONSULTANT): I agree with Dr. Gottlieb that 
we already have excellent progress on methodologies for how to 
analyze these data. I think that the most important thing that's 
going to come out of the FDA now starting to play with EHR data is 
they're going to get first-hand use in using the data. They've been 
given a lot of recommendations about how they should be thinking 
about the use of these data, but they've been very cautious about 
applying it in regulatory decisions. I think that only with experience 
is the FDA going to be more comfortable with making those kinds 
of decisions.

GOTTLIEB: You're spot on that the agency will have to accept and 
validate those methodologies for its own regulatory purposes. 
I think we can accelerate the adoption and sort of solidify the 
reliability of those approaches. Even if they were reliable before, 
I think the act of a regulatory agency putting out guidance 
documents around what the proper approaches are for making 
certain kinds of decisions based on information, as long as they do 
it in a thoughtful way, will create a sort of level playing field on what 
the proper approach is for answering a certain question.

SIMU THOMAS, PhD (ALEXION PHARMACEUTICALS): You 
mentioned that we will observe greater adoption of RWE by 
payers, once we standardize the benchmarks to make these data 
sufficiently robust to inform regulatory decision-making. This is 
critical. Payers have been open to using RWE for some time now to 
bridge knowledge gaps but have been waiting for the regulatory 
agencies to endorse frameworks for use of these data for clinical 
decisions. The key is for these multiple stakeholders to appreciate 
that RWE complements RCT findings, adding incremental 
perspectives that are vital to both medical practice and patient 
access determinations. 

RIAD DIRANI, PhD (TEVA): For the past 20 plus years, most of 

the efforts in RWE have been focused on post-launch evidence 
generation. We primarily focused on payer needs, reimbursement, 
and so forth. The growth over the last five or six years seems to 
be around clinical development and discovery, particularly on 
identifying and quantifying unmet need and burden of disease, 
and unbranded RWE around clinical trial programs. It’s critical for 
the C-suite in pharma to understand what RWE offers, where it 
fits into overall strategy, what value it contributes, and invest in 
infrastructure accordingly.

RWE Use Cases
PRETORIUS: A few years ago, Parexel commissioned a study 
with the help of the Intelligence Unit at The Economist to 
explore the drivers of innovation and identify innovations in 
drug development that could significantly improve the drug 
development process in terms of the timelines or the program’s 
success. RWE, and real-world data, in particular, was one 
innovation that rose to the top in the study, which looked at a 
very large sample size of products and developments. Programs 
and trials where real-world data and RWE were incorporated 
had a 21% greater likelihood of getting approval, compared with 
studies that didn't. So clearly, RWE had an impact.

What are some of the trends you are seeing in terms of the use of 
RWE to date?

AMANDA BRUNO, PhD, MPH (BAYER): There's a lot you can do 
with RWE that doesn’t contribute to a formal study or a project. 
We can use it internally for planning such as better understanding 
oncology market, which is moving so quickly that without real-
world data, we sometimes don’t know what our population looks 
like. This represents a large change in early clinical development, 
from using real-world data from first-in-human studies onward to 
inform how we might set our stage gates for go/no-go decisions 
within our organization.

CHARLES MAKIN (BIOGEN): Yes, it's been fascinating to be a part of 
this evolution in RWE over the past few years. We used to see RCTs 
informing RWE and now in many instances it has gone the other 
way around, where we have RWE informing RCTs.

Newer areas that have witnessed a lot of growth in the past few 
years include clinical trial optimization, an area that didn't use RWE 
until seven, eight years ago. We had been doing trials the same way 
for 80 years until the past decade when we started, for example, 
doing site identification and developing heat maps of practically 
real-time patient populations using real-world data. 

The creation of RWE and improvement in patient outcomes and 
clinical care go hand in hand. In some cases, RWD is shared in real 
time at the point of care by providers to enable them to deliver 
more tailored care to their patients. So, it's a true personification of 
personalized medicine while generating data that can really lead to 
a lot of interesting insights from a RWE perspective.

BERGER: Real-world data are used extensively by the marketing 
and the sales side of organizations as well. So, understanding 
the patient journey, what subpopulations might benefit the 
most from a new innovation, treatment patterns, obstacles to 
adopting new technologies, obstacles to adherence and using it 
for monitoring ongoing comparative effectiveness once a product 
is on the market are all becoming standard practices at larger 
pharma companies. Real-world data has infused itself entirely 
across the entire value chain from discovery to optimizing clinical 
trial design and beyond.

ARIJIT GANGULI, PhD (ASTELLAS): We always talk about RWE, 
but unless we have a strong infrastructure to collect the data and 
make it more purposeful, the evidence is all dependent on the 
quality of the raw data. So that's one shift; institutions or pharma 
companies are investing in RWD in addition to thinking about 
where the RWE will lead.

At Astellas, the RWE studies are driven by the scientific functions. 
Another area for us is to understand how RWE collected from a 
region (say, the US) could be expanded to a global audience,  
which is a critical part in enhancing the value of RWE for 
external stakeholders. 

DIRANI: To me the biggest growth over the last five years in RWE 
has really been around clinical development and discovery, as 
Marc mentioned. But what’s also new is that senior management 
and the C-suite executives are now focused on RWE and building 
internal capabilities and infrastructure around that. Over the last 
couple of years, my company has had tremendous growth in our 
internal capabilities to identify unmet medical needs, the value 
element, and the engagement with the commercial side. 

GOTTLIEB: There’s another aspect of decision-making to discuss. 
When we look at what will happen in 2021, drug pricing legislation 
is inevitable, leading toward some kind of adoption of a plan where 
the industry ends up agreeing to some form of price regulation, 
if you will, in exchange, perhaps, for measures to try to expand 
consumer eligibility for and access to drugs. RWE can become very 
important, I think, in terms of driving discussions about pricing and 
how those assessments are made. 

GREGG SYLVESTER, MD, MPH (SEQIRUS): My company is focused 
on influenza vaccines, and all vaccine manufacturers have an 
additional hurdle to bring a vaccine to the public. The Advisory 
Committee on Immunization Practices (ACIP) must recommend 
the use of a vaccine after the FDA licenses it in order for widespread 
use of a vaccine. The ACIP doesn't automatically approve or 
recommend something just because the FDA has licensed it. 
But we have found that the World Health Organization (WHO)'s 
National Immunization Technical Advisory Groups (NITAGs) and our 
public health agencies have always accepted RWE. RWE doesn’t 
replace RCTs but augments them. There is no question that NITAGs 
are looking at RWE.

At Seqirus, we have set up a database that merges EHRs with 
claims data. This is important because health information comes 
from various sources in the US. As many as 50% of adults get their 
flu shots in pharmacies, where the information doesn't necessarily 
link back to their EHR, but we capture those individuals in our 
database through our billing or claims dataset and link it to the 
HER data. This makes our RWE studies more robust. 

Expansion of RWE with the Oncology  
and Rare Diseases Market
PRETORIUS: How might RWE affect the oncology and rare  
diseases market?

NUWAN KURUKULASURIYA, PhD (MORPHOSYS): A topic that 
has been neglected for far too long is clinical heterogeneity. If 
you look at oncology clinical trials for the past 20 years, what 
is apparent is that the study populations don’t fully reflect the 
complexity of the disease. Inclusion and exclusion criteria are 
very limiting. Patients with comorbidities are typically excluded. 
Ethnic minorities are not adequately represented. In fact, some 
studies suggest that only a fraction of the oncology population 
(low single digits) are truly reflected in randomized, controlled 

clinical trials. A recalibration is necessary and long overdue. RWE 
is the solution.

The promise of RWE is to better reflect clinical heterogeneity 
and bridge the so called “efficacy-effectiveness divide” by 
complementing the traditional interventional clinical trial 
approach (demonstrating efficacy) with innovative, more expansive 
observational strategies (highlighting effectiveness). We will 
have to partner and build synergies across industry, academia, 
government, and nonprofit—and be committed to doing things 
differently in order to fully unlock the promise of RWE. Taking 
a multi-stakeholder approach will allow a better framing of the 
scientific questions we want to address and gain alignment on 
cutting-edge RWE methods and mechanisms we jointly deploy. 

One of the most innovative RWE methods currently being explored 
is the use of “synthetic controls.” At MorphoSys, we have used such 
an approach to accelerate drug development and successfully gain 
FDA approval for a novel therapeutic-regimen in the immuno-
oncology space, Tafasitmab plus Lenalidomide for relapsed-
refractory transplant ineligible Diffuse Large B-Cell Lymphoma 
(DLBCL). In partnership with Paraxel and others, we were able to tap 
into large real-world data sets in order to create a “synthetic control” 
that was in-turn compared with an open-label treatment arm. 

Ultimately, RWE better reflects the patient experience and will 
likely play a key role in shaping future oncology (and rare disease) 
clinical development programs and regulatory pathways. 

CHRIS GARABEDIAN (XONTOGENY): The ultimate goal of 
most biotechs and pharma companies is to use data to get 
drugs approved. I think we need additional methods to capture 
and supplement these RWE data. Ideally, we want to capture 
everything discussed here plus biomarket data, patient outcomes, 
patient-reported outcomes, genetic testing, etc. The list will grow. 
Newer genetic technologies are focusing more on some disease 
areas and subpopulations that have never been tested before.

In rare disease specifically, unless you’re looking at spinal muscular 
atrophy (SMA) and Duchenne muscular dystrophy (DMD) and a 
handful of other more well-studied targets, many of these are new 
areas where we haven’t even defined endpoints. We have to do 
natural history studies to even identify them.

If we can show that these new RWE data sets are actually more 
informative and concordant with traditional methods, acceptance 
will grow. Until then, I think there’s a lot of opportunity for these 
approaches to help get drugs approved by focusing on the totality 
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of these data. That’s an important point on how we evolve  
this RWE.

THOMAS: RWE is vital in rare diseases. There are over 7,000 rare 
diseases, however approved treatments are available only for 5% 
of them. What happens in the remaining 95%? Patients have 
no treatment options or are treated with unproven therapies 
and physicians have to make decisions based on real-world 
experiences that are often rather sparsely documented. Ideally, 
we should develop clinically proven treatment options for each 
of these rare disease areas and RWE and experience should 
provide complementary, scientifically robust validation for proper 
management of these patients.

AMY MCKEE, MD (PAREXEL): I’m an ex-FDA regulator in the 
oncology space. One thing we have to keep in mind is that the FDA, 
as a public health institution, has safety as its primary goal. Yes, 
they may be conservative in how they come around to accepting 
some of this.

They take into account the regulatory risk, so we see that use of 
RWE is already in place in disease areas where the risk-benefit 
calculation is a little bit different. This includes rare diseases, 
oncology and other places where there is high unmet medical 
need. I think, we can push the envelope in terms of FDA 
acceptance, but we have to keep in mind that they see a regulatory 
risk, too. 

LEANNE LARSON (PAREXEL): To tie together a couple of points—
we’ve talked about how RWE and RCTs can inform each other. 
That feedback loop is really important. When we have these critical 
therapies coming through the clinical trial process, as we get 
to the end, as Nuwan was mentioning, we don’t see the clinical 
heterogeneity that we need to see in those populations in order 
to support broad decision-making. Being able to take those trials 
out into the real-world setting and better understand those patient 
subgroups—the realities of response, prescribing behaviors, patient 
behaviors and compliance, payer acceptance and payer needs—will 
be critical.

We’ve also talked about how the regulations are changing around 
the world and the importance of FDA in driving and setting the 
tone for a lot of the decisions. Now, we’re starting to see some 
evolution in those spaces with the NMPA in China issuing guidance 
and on the payer side, the health-economic side, NICE also issuing 
their guidance. 

This needs to be a truly “learning” system and a model, where we’re 
informing each other and informing healthcare more effectively 
through being able to learn from all of the data and every patient. 

BILL TUBBS (VISTERRA): I wonder if we need to push the limits 
on this. We develop products for kidney diseases, and we’re now 
developing a product for IGA nephropathy through the Accelerated 

Approval Program. We do have a surrogate endpoint. However, in 
things like kidney disease where kidney failure takes a long time 
to develop, are we at a stage where to demonstrate your product 
prevents kidney failure, it requires a 10-, 20-year study? It seems to 
me at that point, we’re outside the realm of randomized controlled 
trials and need to do some serious thinking about the power of 
real-world data and RWE to help us demonstrate a benefit for 
these long-term outcomes. 

The issue I’m raising is time.

BERGER: The COVID situation has highlighted how much further 
we have to go in the US to develop a learning healthcare system. 
Britain was able to very quickly execute a large, simple trial and 
gain a lot of input and information very quickly. We’ve tried to build 
that kind of infrastructure in the US with the PCORnet, but it hasn’t 
been quite as successful. If we can get the infrastructure in place, 
we can lower the overall cost of executing clinical trials and deal 
with what is a rather broken system of Phase III trial execution in 
the US.

GANGULI: Another area to discuss is using more RWE to identify 
outcomes that are meaningful to patients. RWE has the strength to 
open up a window for these outcomes that may have never been 
considered in regulatory and reimbursement decision making.

GOTTLIEB: I think that adoption curve is already well underway 
and actually further along than the adoption curve in trying to 
use some of these constructs to answer regulatory questions 
around primary, secondary endpoints, things that are sort of 
harder measures in a clinical trial than you would typically use a 
randomized approach for.

I think on some of the data collection and some of the questions 
where randomization either isn’t necessary or isn’t practical, 
that’s where you see RWE really becoming more important and 
particularly around things like PROs and endpoints that try to 
glean the patient experience. 

MAKIN: Circling back to the rare diseases piece, the evolution has 
been fascinating—when we are dealing with so many rare diseases, 
we are truly talking about precision medicine—and precision 
medicine requires precision data. And then we get into discussions 
about which is the best data source to address a specific research 
or business question (Do we need to collect clinical data or PROs? 
Can we use existing data from EMRs or claims etc.?). The thing to 
remember is that real-world data is a continuum of evidence; the 
specific type might not matter as long as it’s fit for purpose, has 
scientific integrity, and provides the answers we need.

GARABEDIAN: I think we can be informed by the rare disease 
experience for more prevalent diseases. If we can get better 
population statistics around some of these diseases, much like 
natural history is used in rare disease, then we can start to make an 
argument to the FDA and make it easier for them to acknowledge 
that you’ve shown your drug’s benefit, moving toward some of 
these more longitudinal or non-placebo-controlled RCTs.

The Future of RWE
PRETORIUS: Let’s pivot toward forward-looking statements. Where 
is RWE going to go in the future? 

MARK DE ROSCH, PhD (EPIZYME): We just got our first product 
approved for epithelioid sarcoma and follicular lymphoma using 
the FDA's Accelerated Approval Pathway. Right now, the primary 
area we’ve been looking at for RWD is on synthetic controls, 
where we’re using single-arm studies to get accelerated approval 

pathways with surrogate endpoints. In rare diseases, it's very difficult to do RCTs because there are so few patients. For example, only 
100–120 epithelioid sarcoma cases are diagnosed each year. The concern, though, is that with all these data (from EHRs, digital sources, 
and wearables), how do we separate the wheat from the chaff in all of those data and the methodologies for internal decision-making, and 
resource allocations, and regulatory decision-making?

MATS ROSENLUND, PhD (DAIICHI SANKYO): I share those concerns, and have a closing question regarding the role of the regulators and how 
the FDA looks into the future. The FDA and Brigham and Women's Hospital have expanded their previous RCT DUPLICATE, which is a RWE 
project. As part of the project, researchers will, for the first time, estimate the results of randomized control trials that have not yet concluded. 
In funding the project, Congress wanted the researchers to think hard, not just about how to use this information for post-market safety 
surveillance, but also for post-market evaluation of efficacy. This should significantly increase the use of RWE.

Summary 
Gottlieb closed out the discussion by noting the RCT Duplicate project represents a clear directive for the agency to use RWE in 
regulatory decision-making. “Congress wanted the agency to think hard, not just about how to use this information for ‘postmarket safety 
surveillance,’ but also for premarket evaluation of efficacy,” he stated, again noting that there’s a real cultural commitment to RWE at 
the agency and it will accelerate the adoption and the use of this information in clinical trials, clinical development, and for regulatory 
decision-making.

COVID-19 has further accelerated this adoption and has spurred a discussion in the United States for deep thinking about how to create 
a better clinical data-collection infrastructure that is pandemic-ready and that can be used to help answer important questions in the 
setting of a public health crisis. In addition, he predicts we’re going to see the data architecture change very quickly in the coming years 
owing to these trends and others. He stated, “I think we’re going to see those become much more mainstream going forward in a very 
positive way for patients.”

The ideas and opinions expressed in this article are solely those of the participants and should under no circumstances or in any way be 
considered to reflect those of their employers or any organizations of which they may be members.
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of these data. That’s an important point on how we evolve  
this RWE.

THOMAS: RWE is vital in rare diseases. There are over 7,000 rare 
diseases, however approved treatments are available only for 5% 
of them. What happens in the remaining 95%? Patients have 
no treatment options or are treated with unproven therapies 
and physicians have to make decisions based on real-world 
experiences that are often rather sparsely documented. Ideally, 
we should develop clinically proven treatment options for each 
of these rare disease areas and RWE and experience should 
provide complementary, scientifically robust validation for proper 
management of these patients.

AMY MCKEE, MD (PAREXEL): I’m an ex-FDA regulator in the 
oncology space. One thing we have to keep in mind is that the FDA, 
as a public health institution, has safety as its primary goal. Yes, 
they may be conservative in how they come around to accepting 
some of this.

They take into account the regulatory risk, so we see that use of 
RWE is already in place in disease areas where the risk-benefit 
calculation is a little bit different. This includes rare diseases, 
oncology and other places where there is high unmet medical 
need. I think, we can push the envelope in terms of FDA 
acceptance, but we have to keep in mind that they see a regulatory 
risk, too. 

LEANNE LARSON (PAREXEL): To tie together a couple of points—
we’ve talked about how RWE and RCTs can inform each other. 
That feedback loop is really important. When we have these critical 
therapies coming through the clinical trial process, as we get 
to the end, as Nuwan was mentioning, we don’t see the clinical 
heterogeneity that we need to see in those populations in order 
to support broad decision-making. Being able to take those trials 
out into the real-world setting and better understand those patient 
subgroups—the realities of response, prescribing behaviors, patient 
behaviors and compliance, payer acceptance and payer needs—will 
be critical.

We’ve also talked about how the regulations are changing around 
the world and the importance of FDA in driving and setting the 
tone for a lot of the decisions. Now, we’re starting to see some 
evolution in those spaces with the NMPA in China issuing guidance 
and on the payer side, the health-economic side, NICE also issuing 
their guidance. 

This needs to be a truly “learning” system and a model, where we’re 
informing each other and informing healthcare more effectively 
through being able to learn from all of the data and every patient. 

BILL TUBBS (VISTERRA): I wonder if we need to push the limits 
on this. We develop products for kidney diseases, and we’re now 
developing a product for IGA nephropathy through the Accelerated 

Approval Program. We do have a surrogate endpoint. However, in 
things like kidney disease where kidney failure takes a long time 
to develop, are we at a stage where to demonstrate your product 
prevents kidney failure, it requires a 10-, 20-year study? It seems to 
me at that point, we’re outside the realm of randomized controlled 
trials and need to do some serious thinking about the power of 
real-world data and RWE to help us demonstrate a benefit for 
these long-term outcomes. 

The issue I’m raising is time.

BERGER: The COVID situation has highlighted how much further 
we have to go in the US to develop a learning healthcare system. 
Britain was able to very quickly execute a large, simple trial and 
gain a lot of input and information very quickly. We’ve tried to build 
that kind of infrastructure in the US with the PCORnet, but it hasn’t 
been quite as successful. If we can get the infrastructure in place, 
we can lower the overall cost of executing clinical trials and deal 
with what is a rather broken system of Phase III trial execution in 
the US.

GANGULI: Another area to discuss is using more RWE to identify 
outcomes that are meaningful to patients. RWE has the strength to 
open up a window for these outcomes that may have never been 
considered in regulatory and reimbursement decision making.

GOTTLIEB: I think that adoption curve is already well underway 
and actually further along than the adoption curve in trying to 
use some of these constructs to answer regulatory questions 
around primary, secondary endpoints, things that are sort of 
harder measures in a clinical trial than you would typically use a 
randomized approach for.

I think on some of the data collection and some of the questions 
where randomization either isn’t necessary or isn’t practical, 
that’s where you see RWE really becoming more important and 
particularly around things like PROs and endpoints that try to 
glean the patient experience. 

MAKIN: Circling back to the rare diseases piece, the evolution has 
been fascinating—when we are dealing with so many rare diseases, 
we are truly talking about precision medicine—and precision 
medicine requires precision data. And then we get into discussions 
about which is the best data source to address a specific research 
or business question (Do we need to collect clinical data or PROs? 
Can we use existing data from EMRs or claims etc.?). The thing to 
remember is that real-world data is a continuum of evidence; the 
specific type might not matter as long as it’s fit for purpose, has 
scientific integrity, and provides the answers we need.

GARABEDIAN: I think we can be informed by the rare disease 
experience for more prevalent diseases. If we can get better 
population statistics around some of these diseases, much like 
natural history is used in rare disease, then we can start to make an 
argument to the FDA and make it easier for them to acknowledge 
that you’ve shown your drug’s benefit, moving toward some of 
these more longitudinal or non-placebo-controlled RCTs.

The Future of RWE
PRETORIUS: Let’s pivot toward forward-looking statements. Where 
is RWE going to go in the future? 

MARK DE ROSCH, PhD (EPIZYME): We just got our first product 
approved for epithelioid sarcoma and follicular lymphoma using 
the FDA's Accelerated Approval Pathway. Right now, the primary 
area we’ve been looking at for RWD is on synthetic controls, 
where we’re using single-arm studies to get accelerated approval 

pathways with surrogate endpoints. In rare diseases, it's very difficult to do RCTs because there are so few patients. For example, only 
100–120 epithelioid sarcoma cases are diagnosed each year. The concern, though, is that with all these data (from EHRs, digital sources, 
and wearables), how do we separate the wheat from the chaff in all of those data and the methodologies for internal decision-making, and 
resource allocations, and regulatory decision-making?

MATS ROSENLUND, PhD (DAIICHI SANKYO): I share those concerns, and have a closing question regarding the role of the regulators and how 
the FDA looks into the future. The FDA and Brigham and Women's Hospital have expanded their previous RCT DUPLICATE, which is a RWE 
project. As part of the project, researchers will, for the first time, estimate the results of randomized control trials that have not yet concluded. 
In funding the project, Congress wanted the researchers to think hard, not just about how to use this information for post-market safety 
surveillance, but also for post-market evaluation of efficacy. This should significantly increase the use of RWE.

Summary 
Gottlieb closed out the discussion by noting the RCT Duplicate project represents a clear directive for the agency to use RWE in 
regulatory decision-making. “Congress wanted the agency to think hard, not just about how to use this information for ‘postmarket safety 
surveillance,’ but also for premarket evaluation of efficacy,” he stated, again noting that there’s a real cultural commitment to RWE at 
the agency and it will accelerate the adoption and the use of this information in clinical trials, clinical development, and for regulatory 
decision-making.

COVID-19 has further accelerated this adoption and has spurred a discussion in the United States for deep thinking about how to create 
a better clinical data-collection infrastructure that is pandemic-ready and that can be used to help answer important questions in the 
setting of a public health crisis. In addition, he predicts we’re going to see the data architecture change very quickly in the coming years 
owing to these trends and others. He stated, “I think we’re going to see those become much more mainstream going forward in a very 
positive way for patients.”

The ideas and opinions expressed in this article are solely those of the participants and should under no circumstances or in any way be 
considered to reflect those of their employers or any organizations of which they may be members.

Egor/stock.adobe.com



WWW.PHARMEXEC.COM

2424 PHARMACEUTICAL EXECUTIVE DECEMBER 2020COVID-19: Unintended Consequences PHARMACEUTICAL EXECUTIVE DECEMBER 2020

Assessing the Unexpected
The Unintended Consequences of COVID on Therapeutics
How the pandemic’s impact on physicians and patients has spurred fundamental changes 
and redefined approaches in areas such as adherence and drug formulation and delivery
By Elaine Quilici

A ccording to the Commonwealth Fund, the number 
of  visits to ambulatory practices declined nearly 
60% by early April. Though a rebound was felt by 
mid-May, the number of  visits was still about one-

third lower than what was seen before the COVID-19 pandemic. 
While this statistic negatively impacted many patients medically 
and physicians economically, there was a silver lining. The need 
for more convenient formulations of  pharmaceuticals began to 
grow. Now that patients and physicians have more freely adapted 
these alternative therapeutics, it could portend a future interest 
in how pharma develops product.

A SHIFT IN CARE
If  COVID itself  didn’t shutter physicians’ offices, most doctors 
experienced a decline in patient visits. People expressed their 
reservations about attending in-office visits by postponing or can-
celing everything from routine and follow-up visits to elective 
surgeries and necessary procedures. Many people felt safer put-
ting off treatments while others felt they might be doing society 
a favor by not overloading an already taxed health system. For 
whatever reasons, when patients did have to see a doctor, they 
tried to minimize their time in offices, clinics, and hospitals.

As a response to this, physicians also had to change. Charles 
River Associates (CRA) recently reported that more than half  
(61%) of  healthcare providers (HCPs) have changed their pre-
scribing decisions in some way as a result of  the coronavirus (see 
Figure 1 on facing page). This included 77% of  oncologists, 54% 
of  pulmonologists, 65% of  neurologists, and 46% of  urologists. 
The study also looked at how COVID altered prescribing deci-
sions (see Figure 2 on page 26) and revealed that 43% of  oncol-
ogists, 31% of  pulmonologists, 37% of  neu-
rologists, and 31% of  urologists said they 
were more likely to prescribe options with 
less in-person contact (e.g., subcutaneous or 
oral administrations vs. infusions).

“These data reflect changes in physician 
management as a result of  the COVID-19 
pandemic, and these changes are likely to 

have an impact into 2021 and beyond,” says Kristen Backor, study 
author and director of  market research at CRA. “These findings 
have implications for marketing and forecasting for both products 
currently on the market and those expected to launch within the 
next few years.”

ONCOLOGY LEADS THE WAY
As indicated in the CRA study, oncologists have been at the fore-
front of  redefining care. Many therapeutic treatments in this space 
traditionally have been administered via IV infusion and subcu-
taneous injection, making it an area ripe for reinvention amid the 
pandemic.

In April, the National Comprehensive Cancer Network’s Best 
Practices Committee announced strategies to mitigate the trans-
mission of  COVID among cancer patients and practitioners. It 
encouraged changing therapies to oral medications whenever 
possible.

Data from IQVIA also show a trend in 
this direction. They indicate that the use of  
IV-administered oncology therapies was 6% 
lower than expected in 2020 through Octo-
ber, while those self-administered were just 
2% lower (see Figure 3 on page 27). “It’s 
pretty clear there has been a shift,” says Mur-
ray Aitken, executive director at IQVIA and 
Pharmaceutical Executive editorial advisory board member. “It’s prob-
ably not as much as people think, but it makes sense, particularly 
with the close-down of  hospitals and the diversion of  patients.”

“This is a group of  patients, unfortunately, that’s compro-
mised—highly compromised, in some cases—with their immune 
system, especially later-stage patients,” says Tim Cook, senior 
vice president of  global oncology at Athenex. “If  there’s a group 
that we want to protect and minimize risk, this is the group.”

Athenex’s lead molecule, oral paclitaxel and encequidar, is 
the first oral taxane in late-stage clinical development with a 
first planned indication in metastatic breast cancer (MBC). 
Encequidar is the cornerstone of  the company’s deep pipeline 
of  oral chemotherapies.

Murray Aitken

Kristen Backor
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Cook says his company is approaching treatment from three 
different directions. On the front end, there is the treatment deci-
sion. At that point, there will be an oncology nurse educator team 
in place to inform the healthcare team—the physician, nurse, 
and pharmacist—about available resources and how to dose 
appropriately. This includes a patient support hub and patient 
education materials. Then, at the time of  access, either Athenex’s 
network of  specialty pharmacies or its patient support hub will 
work with patients. On the back end, the call center will continue 
to reach out to patients as desired, based on their preferences.

“I think there will continue to be a push for therapeutics that 
can be taken within the home and followed up with the physician 
as needed,” says Cook. “Pandemic aside, we do believe that giv-
ing more options to patients with cancer is absolutely critical.”

Therapies that reduce in-office time are also in demand. At 
Janssen, Darzalex, a drug approved for multiple myeloma that 
has been on the market for several years in an IV formulation, 
received approval in May for a subcutaneous formulation. The 
infusion time went from seven hours for the initial infusion to 
about three to five minutes.

“We’ve seen a huge uptake over the last 
two or three months, much greater than we 
would have anticipated, of  the subcutane-
ous formulation,” says Craig Tendler, vice 
president, oncology clinical development 
and global medical affairs, at Janssen. “Phy-
sicians, practices, and clinics need to be 
educated about that new administration 
schedule and that has been adopted almost instantaneously. The 
vast majority of  the utilization over the last two or three months 
has been converted now to the subcutaneous administration for 
Darzalex.”

Though the company has already provided an enhanced 
option for delivering Darzalex with respect to reducing the risk 
of  infusion-related reactions and the amount of  in-office chair 
time, it may eventually be possible to transition the subcutaneous 
treatment to a home administration, which would eliminate an 
office visit altogether.

BENEFITS OF CONVENIENCE
“During the COVID-19 pandemic, over 
60% of  patients participating in a market 
research survey reported that they would 
prefer not to use medically administered 
products requiring them to travel to the 
doctor’s office for treatment,” says Raj Kan-
nan, CEO of  Chiasma, the manufacturer 
of  MYCAPSSA, the first and only FDA-
approved oral somatostatin analog therapy indicated for the 
maintenance treatment of  patients with acromegaly. “Given the 
desire for people to limit potential exposure to COVID-19 by 
social distancing, at-home therapies are becoming increasingly 
important.”

To help patients with the transition, Chiasma has a patient 
support program to help guide them through treatment and 
ensure they have the support they need.

“It’s incumbent upon the companies to make sure they’re 
providing a comprehensive set of  resources for the patient and 
the caregiver that assists them in ensuring that they’re taking the 
drugs appropriately,” says Cook. Athenex plans to have a support 
center where they can enroll and have a nurse reach out to them 
on a regular basis to coach and support them.

Though COVID may have necessitated convenient treat-
ments, a post-pandemic world will likely continue their popular-
ity. Now that people have broken the barrier and grown their 
experience with these alternative products, they can better under-
stand their value. 

Among the benefits patients can realize moving forward:
• Increased freedom. In oncology, weekly infusions are 

often required. The time commitment of  patients and their 
caregivers can sometimes be half  a day or more. Oral 
options in lieu of  office visits or subcutaneous administra-
tions that reduce in-office presence could free up a good 
amount of  time, giving patients and caregivers greater free-
dom of  life.

• Less use of  pre-meds. Though it depends on the par-
ticular IV, some oncology treatments require pre-medica-
tion, which could cause anaphylactic or hypersensitivity 
reactions. Oral therapies don’t deliver a high dose at one 
time, so pre-meds, like steroids, can often be eliminated.

• No injection reactions. Patients with acromegaly report 
significant burdens associated with the current standard of  
care, which often includes monthly injections by a trained 
professional in a healthcare setting. These can cause site 
reactions and pain that lingers for days. Oral treatments 
avoid this.

• Increased compliance. Easy, convenient administration 
can enhance compliance and adherence to regimens, which 
in turn can improve treatment outcomes.

Craig Tendler

Raj Kannan

Source: Charles River Associates 
Figure 1. Over 75% of oncologists have altered their Rx decisions dur-
ing the pandemic.

Driving Decision-Making
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DEALING WITH DELAYS
As people put off surgeries during COVID, an unfortunate ther-
apeutic consequence has been a reliance on opioids to deal with 
the pain they’re experiencing. As the IQVIA Institute conducts 
its annual prescription opioid review—which has been extended 
beyond the end of  2019 to include what happened during 
COVID—researchers have noticed little decrease of  opioids pre-
scribed by orthopedists, even though elective surgeries are down.

“We’re tracking the elective procedures, and people stopped 
having hip surgeries and knee surgeries,” says Aitken. “But we 
know that some of  those people are in pain. Therefore, the con-
sequence was greater use of  opioids.”

This surge has also been seen in a non-opioid way to deal with 
to pain. Flexion Therapeutics’ Zilretta, an injection for the treat-
ment of  osteoarthritis knee pain, recorded a slight dip in demand 
when the pandemic first hit, but soon it increased sharply and 
led to significant month-
over-month growth, which 
included new orthopedics 
practices purchasing Zilretta 
for the first time. Whether it 
was due to patients’ fear of  
contagion that kept them 
out of  facilities or concerns 
about missing work in light 
of  economic uncertainties, the climate caused a marked increase 
in demand for the drug.

Contrary to common immediate-release injectable steroids, 
which flood the joint and provide pain relief  that lasts for weeks, 
Zilretta offers a slow-release steroid that lasts for at least three 
months. Because steroids can interfere with insulin action, a slow-

release vs. immediate-release injection also can help prevent a 
spike in blood sugar for diabetic patients.

“We created a campaign around the idea 
that your surgery has been postponed, but 
your pain hasn’t, and Zilretta could be a 
bridge until you may be able to have sur-
gery,” says Michael Clayman, MD, presi-
dent and CEO of  Flexion Therapeutics. 
“We think that contributed to the strength 
in numbers. In the second quarter, the con-
sensus estimates for Zilretta were $10.5 million. We did 50% 
better than that, $15.5 million. For Q3, we announced sales of  
$23.6 million, which substantially exceeded the consensus esti-
mates of  $20.5 million.”

Though it’s not a permanent solution for pain, Zilretta pro-
vides quality of  life on an extended basis. The injection can delay 

the need to have a knee 
replaced by a year or two. 
Beyond COVID, the com-
pany sees the market for Zil-
retta may be driven by 
younger sufferers looking to 
avoid joint replacements, 
which typically last 15 to 20 
years. In addition, condi-

tions such as obesity, diabetes, hypertension, and cardiac disease 
may make a person a high-risk individual for surgery, rendering 
Zilretta an attractive therapeutic option.

“COVID has really created an opportunity,” says Clayman. 
“It has opened a door for physicians and patients to gain experi-
ence with Zilretta in a way that might not have happened in the 

Source: Charles River Associates 
Figure 2. Oncologists are more likely to prescribe options with less in-person contact (e.g., subcutaneous or oral administrations vs. infusions).

Shifting Comfort Levels

Michael Clayman

We created a campaign around the 
idea that your surgery has been 
postponed, but your pain hasn’t
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time frame that it did. In our experience, once a physician has 
treated 10 or 20 patients with Zilretta, you get a feedback loop of  
data which indicates this product is pretty special. That’s reinforc-
ing and it allows the potential to accelerate the adoption curve.”

GETTING THE WORD OUT
Despite increased interest in more convenient treatments, edu-
cating patients and physicians about them has seen some chal-
lenges amid COVID. Much of  the information about therapies 
is usually shared by doctors and nurses in the office. The rise of  
telemedicine has made it more difficult for patients to access these 
materials now.

This shift in treatment has required companies to refocus their 
education efforts. For instance, Athenex is investing in patient 
education with both the physician and DTC, but it is stressing 
the importance of  clinical teams right now.

“Our research shows that by and large 
it’s the physician that’s making the decision, 
consulting with the patient, laying out the 
choices,” says Cook. “It’s driving awareness 
with the clinical community that is going to 
be really important, because if  they don’t 
believe in the drug, then they’re going to 
educate the patient on why that’s probably 

not the best. It really starts with that clinical team in the treat-
ment decision.”

Chiasma sales reps are currently working to disseminate per-
tinent data to help HCPs make decisions for their patients. “We 
hope that through continued education and advocacy efforts, 
patients with acromegaly and their healthcare providers will 
understand the safety, efficacy, and benefits of  MYCAPSSA,” 
says Kannan.

Flexion is also targeting both settings extensively. Since Zilretta 
is a buy-and-bill product—which means the practice purchases 
the product and gets reimbursed after it uses it and submits to 
insurance—the company is motivated to prioritize communica-
tion with providers. It currently has more than 100 sales reps 
working with physicians. Though COVID shut the doors to many 
offices, this left doctors with more time to interact and engage. 
Reps had to transition from in-office visits to Zoom video discus-
sions and telephone calls, but the communications shift was 
smooth. Reps continue to handle communications this way, 
except in areas that have opened up.

“You absolutely need to gain the clinical advocacy of  the treat-
ing physician,” says Clayman. “But it doesn’t stop there. You have 
to be talking with office staff, procurement people, reimbursement 
people, to ensure that the process of  reimbursement is seamless. 
We’ve taken that very seriously from the beginning.”
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Source: IQVIA National Sales Weekly, 10/9/2020 
Figure 3.

Delivery Detours

Tim Cook

https://www.pharmexec.com/


WWW.PHARMEXEC.COM

2828 PHARMACEUTICAL EXECUTIVE DECEMBER 2020COVID-19: Unintended Consequences

The company also believes Zilretta has the potential to be a 
word-of-mouth product. From the simple sharing of  information 
through everyday conversation to the power of  social media, 
positive experiences can parlay 
into expanded usage.

“As people get older, you 
spend a lot of  time talking with 
your friends about aches and 
pains and your health status,” 
says Clayman. “When someone 
gets an injection of  Zilretta and 
has a really good response, you 
can be essentially certain that 
that’s a topic of  discussion with 
friends.”

LASTING IMPRESSIONS
It’s clear more convenient treatments rose to the surface during 
COVID, but it will be interesting to watch if  this trend continues 
in R&D. Chiasma, for example, says it is exploring how to use 
MYCAPSSA in expanded patient populations and utilize its oral 
delivery technology to develop completely new oral treatments 
for patients who could also benefit from the transition from inject-
ables to less burdensome oral options.

“In terms of  COVID-19 highlighting opportunities for patients 
to receive medicines in more convenient ways, this might be a 
turning point,” says Aitken. “As telemedicine has reached some 
sort of  an inflection point—I’m not quite sure we know exactly 

where it’s going to settle in at, but it’s not going to be where it 
was—I think the same can be said about alternative formulations 
of  medicines.”

One cue might come from regu-
latory bodies. In July, FDA approved 
Inqovi tablets for the treatment of  
myelodysplastic syndromes (MDS), 
a condition usually treated via IV 
therapy. As part of  the announce-
ment, Richard Pazdur, MD, direc-
tor of  FDA’s Oncology Center of  
Excellence, stated that the agency 
was committed to providing new 
treatments for patients during the 
pandemic, in this case, an oral out-
patient therapy that would reduce 
visits to healthcare centers. 

He added, “At this critical time, we continue to focus on pro-
viding options to patients with cancer, including regimens that 
can be taken at home.”

“That’s a pretty strong signal that this isn’t going to go away,” 
says Cook. “If  we can provide in-home therapeutics, patients 
are going to prefer that. Again, as long as they provide efficacy 
with a manageable toxicity profile, I think patients would prefer 
that, and the agency is recognizing that as well. I believe there 
will continue to be a strong desire, where possible, to provide 
not only oral but injectable [therapies], things that can be taken 
at home.” 

While at-home treatments for approved therapies have seen 
increased adoption, so have treatments that are part of 
clinical trials. Many patients and caregivers are appropriately 
concerned about not only the risk of getting COVID-19 but 
also the increased risk of developing serious complications 
due to an already compromised immune system.
    “We’ve seen this from the clinical trial point of view,” says 
Craig Tendler, vice president, oncology clinical development 
and global medical affairs, at Janssen. “What we’ve tried to 
do—and I think other sponsors have done the same—is to 
decentralize as much as possible the conduct of the trials. 
We’ve tried to do many of the assessments off-site, either at a 
local lab or a local radiology center, rather than having to 
bring the patient in every time to the study site.”
   Since COVID, Tendler has started to use new sites with 
remote site initiation visits vs. traditional in-person visits to 

assess and train staff. Almost all of his studies are now 
utilizing virtual site initiation visits to train site personnel on 
the protocol and open the study for enrollment without having 
to conduct an on-site, multi-person meeting. Together, these 
initiatives allow for labs to be done more locally, so patients 
don’t have to travel.
   “Tremendous teamwork by both our team and the site 
personnel have resulted in, at least to date, what I would 
consider a minimal impact to the conduct of our studies,” he 
says. “I’m actually hoping that many of the capabilities that 
we acquired from managing through this global pandemic are 
things that will continue to be used even after we get past 
this, because so much of it brings efficiencies to the conduct 
of clinical trials. It’s good for patients, and it accelerates drug 
development.”

— Elaine Quilici

Making Trial Treatments More Convenient

If we can provide in-home 
therapeutics, patients are 

going to prefer that—as long 
as they provide efficacy with 
a manageable toxicity profile
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2 020 will be long-remembered for the COVID-19 pan-
demic, which has taken almost 1.5 million lives globally 
as of  Dec. 1. However, another pandemic—drug-resis-
tant bacterial and fungal infections—kills more than 

700,000 people each year. Worse still, it is estimated that by 2050, 
well after SARS-CoV-2 has hopefully been defeated, 10 million 
people worldwide will die from antimicrobial-resistant (AMR) 
infections.1 Consider what this means not just for society, but for 
life sciences and healthcare writ large: If  a given infection can-
not be controlled, what treatments and procedures will be 
unavailable for at-risk populations? Will drugs that reduce the 
body’s immune response be unapprovable? 

It is not yet clear how COVID-19 will ultimately impact AMR. 
Early in the crisis, use of  antibiotics including azithromycin and 
ceftriaxone spiked,2 and 72%3 to 92%4 of  patients received anti-
biotics despite there being no clear evidence that COVID-19 
patients are more susceptible to bacterial infections than those 
with flu-like illnesses.2 Recent reports indicate that antimicrobial 
stewardship (AMS) is back on track. It is possible that AMS, 
combined with a concurrent reduction in elective procedures 
and antibiotics use for outpatient and other indications,5 has kept 
overall antimicrobial use relatively flat. However, the redirection 
of  healthcare and life sciences resources to COVID-19 has taken 
focus from other areas of  need, including AMR.

ANTI-INFECTIVES TODAY: GOOD INTENTIONS 
AND BAD INCENTIVES
Even after vaccines and treatments bring COVID-19 under con-
trol, the challenge of  developing effective antimicrobials will not 
be. Nearly every antibiotic available today is based on scientific 
discoveries from more than 30 years ago, and the World Health 
Organization (WHO) has warned that current antimicrobial can-
didates differ little from what is already available, and that patho-
gens can easily develop resistance. And while potentially ground-
breaking antibiotics (e.g., corbomycin and complestatin) have 
generated positive results in preclinical testing, the traditional drug 
approval process means their efficacy and risk/benefit in humans 
will not be known for years.  

The issue is not a lack of  interest in developing new anti-
infectives. As larger pharma companies terminated their pro-
grams over the last decade, numerous small companies rose 
around a novel antibiotic or antifungal (today, small and mid-size 
pharmaceutical and biotech companies reportedly account for 
95% of  the antibiotics in development). Several even received 
regulatory approval and launched therapies with great hope only 
to fail during commercialization, leaving clinically promising 
treatments looking for another company willing to take a chance.

How did we get here? In part, good intentions and bad incen-
tives. In recent years, hospitals and healthcare providers have 
developed antimicrobial stewardship programs (ASPs), and have 
updated clinical guidelines to administer antimicrobials only after 
diagnostic tests confirm an infection and only for as long as nec-
essary. While these actions have likely reduced the progress of  
AMR, they have also reduced the economic incentives of  anti-
microbial development.

COMMERCIAL MODELS: FIXING PUSH 
AND PULL INCENTIVES 
Understanding that the commercial model for antimicrobials is 
broken, what is the fix? Efforts underway include the industry-
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funded AMR Action Fund, which aims to bring two to four new 
antibiotics to market this decade, through nearly $1 billion in 
funding for the challenging late stages of  development. The Fund 
will also supply essential clinical and commercialization expertise.  
Since 2016, the public-private partnership CARB-X has invested 
more than $250 million in preclinical and early-stage antibiotics 
targeting the most dangerous drug-resistant bacteria. 

Push efforts like these, though valuable, are only a bridge. 
Ultimately, pull incentives must be updated to ensure a sustain-
able antimicrobial pipeline—and that requires new public policy.

In the US, the 21st Century Cures Act, passed in 2016, codi-
fied new provisions for antimicrobial innovation and stewardship.  
This includes the Limited Population Pathway for Antibacterial 
and Antifungal Drugs (LPAD), which provides drugs targeting 
“serious or life-threatening infections in limited populations of  

patients with unmet needs” with a streamlined development path, 
including smaller and/or fewer clinical trials. So far two treat-
ments—Arikayce for refractory Mycobacterium avium complex 
(MAC) lung disease, and pretomanid for a type of  highly treat-
ment-resistant tuberculosis—have been approved through LPAD.

By definition, LPAD addresses a limited need—larger fixes 
require additional legislation. The Developing an Innovative 
Strategy for Antimicrobial Resistant Microorganisms Act of  2019 
(DISARM Act) would increase Medicare reimbursement for new 
antimicrobials—specifically those targeting “resistant, novel, or 
emerging infectious pathogens.” With 63 million Americans cur-
rently covered by Medicare alone, and 40% of  Medicare spend 
going to hospital services,  DISARM represents a significant eco-
nomic incentive, especially to smaller anti-infectives developers.

The Pioneering Antimicrobial Subscriptions To End Upsurg-
ing Resistance Act of  2020 (PASTEUR Act) would provide devel-
opers of  critical need antimicrobials with up to $3 billion to sup-
port preclinical and clinical trials, manufacturing, post-marketing 
obligations, and more. This could empower companies to develop 
treatments for areas of  highest need rather than the highest profit.

Until legislation like this becomes law, regulatory changes like 
the Centers for Medicare and Medicaid Services (CMS) updated 
Hospital Inpatient Prospective Payment System (IPPS) may be 
the best hope for improved reimbursement of  anti-infectives. 
Under the new rule, a qualified anti-infective is eligible for the 
New Technology Add-On Payment (NTAP) without meeting the 
“substantial clinical improvement” criterion—a heavy burden 
since many new antibiotics are approved based on non-inferiority. 

In Europe, the EU PRIME scheme facilitates development of  
medicines for unmet needs, including anti-infectives. It provides 
a supportive and accelerated approval assessment to bring effec-
tive treatments to market sooner.  

The EU’s Innovative Medicines Initiative launched New 
Drugs 4 Bad Bugs in 2013 with €600 million to support develop-
ment of  new anti-infectives—specifically antibacterial agents for 
gram-negative antibiotic resistant pathogens. But pull-through 
incentives were not within its scope.

As in the US, most EU countries use diagnosis-related group 
(DRG) for hospital reimbursement—and pricing for anti-infec-
tives is based on generics. While EU authorities recognize the 
need for novel reimbursement systems, and schemes including 
DRG carve-outs and exclusivity vouchers have been proposed, 
thus far only Sweden and the UK have committed to pilot pull 
incentives, paying the innovator an annual fee in return for an 
access guarantee. 

CASE STUDY
One developer carving a path through this rugged landscape is 
Entasis Therapeutics, which was spun out of  AstraZeneca’s ter-
minated anti-infectives program in 2015. Entasis CEO Manos 

Big Pharma Exits, Small Pharma Struggles

Novartis

2018: With 32 antimicrobial research 
and development projects in its 
pipeline, abandoned antibiotic 
R&D efforts, divested clinical and 
preclinical assets due to “strategic fit.”

Sanofi

2018: Licensed and transferred 
majority of infectious disease 
research portfolio and initiative to 
German biopharma Evotec.

AstraZeneca
2015: Terminated anti-infectives 
program. Majority spun off into 
Entasis Therapeutics. 

GlaxoSmithKline

2020: Reported that GSK is exploring 
sale of cephalosporins antibiotics 
portfolio. Company reportedly 
considered same sale in 2017. 

The Medicines 
Company

2017: Sold antibiotics portfolio to 
Melinta Therapeutics, which noted 
“Peak sales potential of the portfolio 
post-closure exceeds $1 billion.”

Melinta
2019: Files for Chapter 11 bankruptcy. 
Emerged from restructuring in 2020, 
remains in operation. 

Achaogen

2020: Gained approval for plazomicin, 
a novel antibiotic for complicated 
urinary tract infections.  Filed for 
bankruptcy months later.  

Sources: Published reports/releases from STAT, Evotec, FiercePharma, Melinta  

Table 2.
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Perros, PhD, has noted the need for a new approach to anti-
infectives development and commercialization, with recalibrated 
incentives and payment models, and coordinated action between 
industry, government, prescribers, and other stakeholders. Their 
four-drug pipeline is focused on multidrug-resistant infections 
classified by the WHO and CDC as the most serious public health 
threats in need of  effective treatments. The company also part-
ners with NIH and has received multiple awards from CARB-X 
to support development. Two antibiotics—one indicated for aci-
netobacter infection and another for uncomplicated gonorrhea—
are currently in Phase III trials. As with most clinical-stage bio-
pharmas, Entasis is not yet profitable, but states it has sufficient 
cash to operate through at least Q4 2021. 

THE ROLE OF PATIENTS IN ANTIBIOTIC 
DEVELOPMENT, AMR MANAGEMENT 
Important allies in the fight against AMR are patients, caregivers, 
and patient advocates. As an example, the Cystic Fibrosis Foun-
dation has a vested interest in preventing AMR, as people with 
cystic fibrosis (CF) are highly susceptible to chronic infections 
from bacteria colonies that develop biofilms which allow them to 
evade the immune system and resist antibiotic treatment. In 2018, 
the CF Foundation dedicated $100 million to advance infection 
research, including the growing issue of  antibiotic resistance.  

COVID-19 has drawn new attention to AMR. Karen Mat-
thews, 47, a molecular biologist and member of  the LongCovid-
SOS patient support group, experienced first-hand the anxiety 
of  making treatment decisions when confronting a novel disease. 
“I was offered antibiotics several times. I asked my doctor, ‘Do I 
really need these, is this going to affect my health?’ I know resis-
tance is an issue…but it doesn’t matter how knowledgeable you 
are… when you are severely ill, you are ready to accept anything. 
You’re vulnerable, and that’s when we need the medical profes-
sionals to test for bacterial infection and be more careful when 

prescribing antibiotics.” Likewise Helen, 54, who was hospitalized 
for COVID in March and is still in recovery, said, “I think we 
[patients] still don’t have an awareness of  the repercussions of  
overusing antibiotics…of  course with COVID-19 you want any-
thing and everything thrown at you because you’re afraid you’re 
going to end up on a ventilator or worse.”     

If  we are to overcome AMR, it is essential that the voices of  
these and other patients be heard and integrated into our efforts.

NO TIME TO REST
It appears clear now that COVID-19 will be overcome, thanks 
to the tireless work of  front-line healthcare workers, the unprec-
edented dedication of  time and resources by the life sciences 
industry, and the actions of  citizens worldwide to stop the virus’ 
spread. Once the pandemic is declared over it would be under-
standable to take a breath and believe all is well. But that would 
be a mistake, as resistant pathogens will not rest and will only 
grow stronger if  left unchecked. Will society and its leaders take 
the lessons of  the COVID-19 pandemic and apply it to AMR 
in time? 
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WHO and CDC’s Most Concerning Pathogens

CDC URGENT THREATS CDC SERIOUS THREATS

WHO CRITICAL 
PATHOGENS

Carbapenem-resistant acinetobacter
Carbapenem-resistant ESBL-producing 
enterobacteriaceae

Multidrug-resistant pseudomonas 
aeruginosa

WHO HIGH-PRIORITY 
PATHOGENS

Candida auris
C.diff
Drug-resistant neisseria gonorrhoeae

Vancomycin-resistant enterococci
Drug-resistant campylobacter
Methicillin-resistant staphylococcus aureus
Drug-resistant nontyphoidal salmonella
Drug-resistant salmonellae 

Source: WHO priority pathogens list for R&D of new antibiotics, 2017. CDC: Antibiotic Resistance Threats in the United States, 2019
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T he COVID-19 pandemic has created a sense of  
urgency for the drug industry to rapidly develop coro-
navirus vaccines and treatments, but it has also fed 
new concerns around pricing. Responding to this con-

cern, drug companies have committed to acting “responsibly” 
and to setting moderate price levels in initial funding and pur-
chase agreements with governments. While socially responsible, 
and a welcome choice at a time of  great concern over broad 
access to an essential vaccine, it may also signal unwillingness to 
invest in necessary innovations in the future. 

Governments and the healthcare industry were largely ill-
prepared for COVID-19. Lack of  infrastructure, equipment, and 
supplies to effectively treat patients, as well as a lack of  prepared-
ness to develop a crucial vaccine, have hampered an effective 
response to the pandemic. The way it looks today, a vaccine may 
be the only viable way to halt the COVID-19 pandemic, as infec-
tion containment strategies have largely failed to contain the 
spread of  the virus in most countries. A capability to develop a 
vaccine sooner may be crucial in handling a similar or worse 
pandemic more quickly and effectively. 

Given the current investment climate for pharmaceuticals, is 
there any reason to believe that we will be better prepared in the 
future? 

Will pressure for what is perceived as “socially responsible” 
prices temper venture capital (VC) investments in future urgent 
healthcare needs, such as, say, “COVID-23” or “Ebola-25”?

PUBLIC FOCUS ON DRUG COSTS
Healthcare costs and costs of  prescription drugs have been areas 
of  great concern for government/private payers worldwide. 
Healthcare insurance premiums in the US and the government 
budget impact of  healthcare in other countries have been a point 
of  concern for decades. Cost of  healthcare as a share of  GDP has 
tripled in the US over the past 45 years.

Prescription drug costs, while remaining steady at 12% to 13% 
of  total healthcare cost since 2000, have received the brunt of  
public attention. Patient payments for prescription drugs have 
increased, in part because managed care has deliberately shifted 
a relatively higher proportion of  cost to patients in the form of  
higher co-pays and deductibles.

Drug list price increases over the years—particularly some 
borderline behaviors by a few “entrepreneurial companies”—
have severely damaged the industry’s reputation and resulted in 
calls for price controls or other interventions, from within both 
Democratic and Republican camps. The Trump administration 
focused on state-sponsored reimportation initiatives and the intro-
duction of  an International Price Index to limit Medicare prices 
to most favored nation pricing in Organization for Economic 
Cooperation and Development countries. The upcoming Biden 
administration may keep some of  those initiatives but will almost 
certainly favor enabling Medicare negotiations of  drug pricing. 

COMMUNICATION STRUGGLE
The pharmaceutical industry has struggled to explain the nature 
of  its business model and the drug development economics that 
create a need to charge sometimes substantial prices for its inno-
vations. It’s hard for those outside the industry to understand how 
high R&D costs necessitate high drug pricing and particularly 
patient co-payments for treatments of  sometimes devastating 
medical conditions. At a time when the industry is under consid-
erable public and political pressure, it’s important to not only 
show the industry’s sensitivity to societal needs and affordability 
issues, but also to show that securing funding to address both 
current and emerging healthcare needs is essential. It’s particu-
larly critical for the industry to make the case that its prices are 
necessary and fair, given the need to attract financial investments 
for a highly risky business.

PANDEMIC COST
A recent report from the Global Preparedness Monitoring Board, 
discussed at The World Economic Forum, estimates that COVID-
19 has already cost $11 trillion, with a future loss of  $10 trillion 
in population earnings. The total estimated societal cost is $21 
trillion. What would be a fair price for a vaccine in that context? 
Even if  the entire world population of  7.8 billion people is vac-
cinated with two doses at the highest cost quoted ($20 per dose 
for high-income countries), the total cost would be about 1.5% 
of  the cost of  the pandemic. In reality, the cost of  vaccines will 
be much lower, as lower- and middle-income countries will and 
should receive vaccine supplies at much lower prices.

ED SCHOONVELD
 Managing Partner, 

ZS Associates

Philanthropy vs. Innovation
Current Vaccine Prices: Is There a Downside?
Amid COVID-19, pressure for “socially responsible” pricing could temper 
investments in future urgent healthcare needs

https://www.pharmexec.com/


COVID-19: Unintended Consequences 33

WWW.PHARMEXEC.COM

DECEMBER 2020 PHARMACEUTICAL EXECUTIVE

Paying a fair price is important. However, signaling a reason-
able expectation for the investment community that society will 
be willing to pay for the development of  life-saving vaccines and 
treatments is crucial if  we want to encourage VC funding of  
future innovation. Who wouldn’t be willing to pay far more than 
$20 per dose to breathe again, go back to some kind of  normalcy, 
and get our lives back? Yet investors see significant hurdles to 
realizing fair prices.

FUTURE NEEDS?
Over the years, investigators have 
been looking in to the potential of  
viruses carried by bats and other 
animal species jumping to humans. 
Interspecies jumping of  viruses is an 
important concern in infectious dis-
eases. Considering the risk of  these 
threats may be an important com-
ponent of  preparing for a new 
potential pandemic.

Many past infectious outbreaks 
have not had the human and eco-
nomic impact that COVID-19 has 
had. However, it does not take much imagination to think of  
scenarios of  an even more devastating virus, for example one 
that is truly airborne and thus has a higher risk of  transmission 
than COVID-19. It would be prudent to undertake a concerted 
effort to identify other high-risk viral threats and subsequently 
ensure containment protocols and preparation for the develop-
ment of  a potential vaccine.

PHARMA INVESTMENTS AND THE ROLE OF VC
The most recent report on return on investment of  pharmaceu-
tical research and development (Deloitte, 2020) shows a steady 
annual decline in ROI, hitting a new low of  1.8% in 2019. Fur-
ther, despite the rhetoric over price increases, we have seen net 
price declines for prescription drugs in the US over the past two 
years. Empowered managed care organizations and pharmacy 
benefits managers have been able to extract increasingly signifi-
cant concessions from pharmaceutical companies in many ther-
apy areas, while the industry has been restraining periodic list 
price increases under the pressure of  public opinion.

While large and mid-size biopharmaceutical companies are 
responsible for the great majority of  development and commer-
cialization activities for prescription drugs, a lot of  fundamental 
research, drug discovery, and early-stage clinical research is 
undertaken by small biotechnology enterprises largely funded 
by VC. These innovations are often licensed or purchased by 
larger pharmaceutical companies in order to fund significant 
Phase III clinical trials investments. While pharma’s role in devel-

opment is important, we need to secure enough investments in 
drug discovery to “feed” the development pipeline. Absent VC 
investments, biopharmaceutical inventions will cease to emerge.

BIOPHARMA INVESTMENT CLIMATE
Maintaining an attractive investment climate for biopharmaceu-
tical innovation is critical to attract VC. With the current high 
awareness of  the need for new preventions and treatments for 
infectious diseases and other devastating conditions, the time 

seems right to build on some good-
will that the biopharmaceutical 
industry has gained, to address the 
prescription drug pricing critique 
head on with US policymakers and 
government. With both political 
parties heavily concerned about 
drug prices, waiting for the issue to 
go away by itself  may not be a via-
ble strategy.

Societal healthcare and prescrip-
tion drug needs are high and seem 
to be rising as our society ages, is 
engaging in poor lifestyles, and is 

periodically exposed to rapidly traveling viruses. Shifting the 
global debate from prescription drug pricing to a broader health-
care needs and affordability discussion requires:

1. Active engagement and development of  compelling points 
of  view to highlight the real causes of  the skyrocketing cost of  
healthcare, the economics of  drug development, and the need 
for investment incentives for prescription drugs and vaccines.

2. Partnering with payers and providers to further drive opti-
mal patient health outcomes through clinical trials and real-world 
evidence.

3. Increased focus and collaboration to address the real pub-
lic issue: affordability of  healthcare and prescription drugs for 
individual patients. 

The movie industry is periodically releasing movies with anti-
microbial disasters, lethal airborne viruses, and similar disaster 
and apocalyptic themes. How is it possible that with an abun-
dance of  imagination in Hollywood, the government sector is 
lacking the foresight to at least have some consideration of  pre-
paredness for the most obvious antimicrobial threats? These sen-
sational movie productions may paint an extreme picture, but 
maybe it should be mandatory viewing for policymakers.

Perhaps we should engage the movie industry and a new 
action hero to inform and educate an increasingly polarized soci-
ety on improved healthcare policies, individual protection prac-
tices, and the need for a healthy investment climate for healthcare 
technology and prescription drugs. Perhaps a new Super(wo)man 
with a face mask and a credit card?  

These sensational movie 
productions may paint an 

extreme picture, but maybe 
it should be mandatory 

viewing for policymakers
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E
very biopharmaceutical company has changed the 
way they work in response to COVID-19. For most, 
this has been a significant opportunity to rethink com-
mercial operations and accelerate the move to digital 

as a way to better serve healthcare providers (HCPs). Thinking 
has shifted from short-term problem-solving to long-term digital 
transformation efforts.

Moving ahead, digital will become more than just a way to 
communicate, but also enable key services from drug sampling 
and HCP consent to medical inquiry management. Companies 
will better meet HCPs on their terms with the information and 
services they need through any channel, any device, at any time, 
in every therapeutic area.

For digital adoption to take hold, rep relationships will be key 
to opening the door to more digital opportunities with HCPs 
and advancing the adoption of new digital approaches. The abil-
ity for reps to work in a digital, virtual environment will certainly 
be critical, but relationship-based selling will continue to be just 
as important. 

Digital will be driven through the rep, leading to a greater 
mix of face-to-face and digital interactions with HCPs. For reps, 
expect three shifts to happen. Remote selling will become a much 
bigger part of a rep’s engagement strategy; reps will have much 
greater flexibility to meet customers on their terms; and there 
will be a significant mindset change to complement reps’ exist-
ing ways of working with new digital approaches.

REMOTE SELLING HERE TO STAY
Companies are connecting with HCPs in new digital ways, from 
email to remote meetings and virtual events. The most dramatic 
digital shift has been the use of remote meetings as a primary 
way to engage HCPs.

Since February, the number of virtual meetings has increased 
nine times, with biopharma companies connecting with hun-
dreds of thousands of HCPs online. Rep engagements with doc-
tors have been longer and more in-depth, lasting an average 19 
minutes versus the typical six-minute sales visit.

As the industry looks ahead, in-person access with physicians 
and hospitals won’t return to the same levels. Remote meetings 

provide HCPs a convenient and efficient way to connect with 
reps, while giving field teams another channel to complement 
face-to-face visits.

“Without a doubt, digital is the way to go,” said Andrew J. 
Moore, MD, hematologist and oncologist at Southeast Cancer 
Center, at Veeva Summit Online when asked if he prefers remote 
meetings or in-person visits. “The biggest impact COVID has 
had on our clinic is the efficiency and workflow of our day. I 
would like to see virtual visits continue, absolutely.”

Doctors will have varying preferences for how they want to 
engage reps. Some doctors will continue to prefer face-to-face 
interactions. But more are looking to digital, driven by the fact 
that nearly 70% of all HCPs are now digital natives.1  

DIGITAL DRIVES GREATER FLEXIBILITY
When it comes to virtual or in-person doctor visits, much of the 
industry discussion has centered on the move toward a hybrid 
approach in engaging HCPs. Conventional thinking says that 
the rep will split their time between home and being in the field—
between meeting remotely versus in-person. 

But how a rep works in the future will be much more nuanced 
and blended. In the age of social distance selling, biopharma 
companies and their reps need flexibility to meet customers 
where they are—both in terms of access policies and an HCP’s 
preferred method of engagement.

Access to doctors is going to vary widely by district, state, 
region, and country. Some offices have eliminated in-person 
visits altogether, while others have less restrictive policies in place 
and are seeing more reps face-to-face. In other instances, a rep 
may be accustomed to doing a “total office call”—or engaging 
multiple HCPs during a visit—but now is only getting access to 
one doctor. 

This is a significant shift for an industry that has relied heav-
ily on in-person interactions. Access policies are continually 
changing based on circumstances. Doctors that typically prefer 
in-person visits are now moving to virtual interactions because 
of patient safety concerns. 

With a hybrid engagement approach, reps now have the 
option to host a remote meeting instead. This not only gives reps 
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flexibility to their engagement strategies, resulting in better 
communications with HCPs
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another option to meet “face-to-face” virtually with the doctor, 
but calls can be just as productive and still deliver the services 
HCPs need like signing for sample requests.

This flexibility gives reps the option to go digital depending 
on the situation. No matter the scenario, all physicians have the 
same prevailing need—continue treating and caring for their 
patients. It’s up to the rep to be more agile in their engagement 
strategies. 

Digital gives reps more flexibility than ever before to meet 
doctors on their terms. Establishing relationships with custom-
ers in a virtual manner will be key to ensuring patients receive 
the medicines they need, regardless what the future holds after 
COVID-19.

USE CONTENT TO STRENGTHEN CONNECTIONS
For many reps, leveraging digital to complement their existing 
ways of working will require a growth mindset. Some will need 
to think beyond traditional coverage models, for example, 
because geography is less of a barrier with digital. Charismatic 
reps that flourished in face-to-
face interactions will now have 
to translate that success into dif-
ferent digital channels. 

Digital, in many ways, will 
require reps to think differently 
about their overall engagement 
strategies, including the use of 
email. In fact, many organiza-
tions will need to completely re-
learn how to best use this tradi-
tional digital channel.

The industry has leveraged 
email mostly as a mass market-
ing tool to drive a consistent 
message to many HCPs. This 
has helped biopharma compa-
nies achieve excellent brand recall around the world. Moving 
forward, email will become the connective tissue between what 
reps are used to (in-person interactions) and new digital engage-
ment methods (remote meetings).

More than two-thirds of HCPs now prefer email to other 
forms of engagement.2 This is good news because now there are 
many more ways to engage HCPs over email with different types 
of content. There is a big shift to creating modular content—
distinct bite-sized content that fits together to tell a cohesive 
story, from text and images to graphics, charts, and tailored 
social media.

In a virtual world, having this modular content readily avail-
able will be key for reps to engage in relevant, useful conversa-
tions with HCPs at the right time. 

Consider the rep who finished an in-person meeting with a 
doctor. Based on the information gathered during their visit, 
they can use email to reconnect, share a piece of content that 
builds on their conversation, and suggest a remote meeting as 
follow-up.

The digital opportunity for reps is to stay engaged and main-
tain deeper, sustained relationships with customers. Selling 
becomes a much more iterative, storytelling approach with mod-
ular content. Reps can build upon each HCP engagement and 
bring customers along their journey in a much more effective, 
virtual way.

MOVING AHEAD WITH DIGITAL 
Relationship-based selling will continue to be important, but 
the ability for reps to operate in a digital, virtual environment 
will be just as critical given the dramatic shifts in face-to-face 
access and HCP preferences for digital.

Digital opens the door for reps to become more flexible and 
engage more effectively to deliver what HCPs need, at any given 

moment. Decline in physical 
access has created a sense of 
urgency for every biopharma 
company to rethink how they 
connect with HCPs using digital 
and help them continue deliver-
ing care to patients.

As the industry moves ahead, 
digital channels will complement 
in-person visits in a much bigger 
way. Digital, from remote meet-
ings to email, will become a 
more important and useful com-
ponent to companies’ engage-
ment strategies. This will create 
opportunities for some reps to 
connect with customers that they 

haven’t spoken with for years. 
With newfound flexibility to engage customers on their 

terms and get doctors the information they need when they 
need it, the industry is entering its greatest era of effectiveness 
and efficiency in serving its many customers. 
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In the age of social distance 
selling, biopharma companies 

and their reps need flexibility to 
meet customers where they 

are—both in terms of access 
policies and an HCP’s preferred 

method of engagement
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A
s the COVID-19 pandemic began to take hold, many 
pharmaceutical companies turned to contract life-
cycle management (CLM) software to help digitize 
their contract processes. At Contract Logix, for exam-

ple, we’ve seen the number of contracts executed with our software 
using electronic signatures increase by 682% during COVID-19 
across our overall customer base, which includes pharmaceutical 
and biotech customers. In addition, the number of contracts man-
aged using our software over the last eight months has grown 
307%. This is in addition to triple-digit increases in the number 
of documents, contract requests, and tasks our customers manage 
with CLM software as more companies move to digitally manage 
contracts to harness the data in those legal agreements. COVID-
19 is forcing the pharmaceutical industry to accelerate digital 
transformation initiatives, and CLM can help. 

DATA AND KPIs
Whether it’s optimizing vendor management, controlling R&D 
expenditures, or identifying other economies of scale throughout 
the organization, such as better inter-department spend visibil-
ity, contract management plays a critical role. With the right 
analytics and insights, pharma organizations can benchmark 
and track key performance indicators (KPIs) that allow them to 
optimize legal agreements with their supply chains, pharmacy 
benefit managers (PBMs), and other parties; their business pro-
cesses and data is the key to making it all possible. And these 
KPIs don’t have to just be about cutting costs. They can also be 
about uncovering hidden opportunities in their legal agreements 
or mitigating risk and increasing compliance. 

One example of this might be a pharma organization that wants 
to improve the speed of its internal business processes. By bench-
marking and tracking how long each contract stage takes for each 
contract type, such as a confidential disclosure agreement (CDA) 
or HCP agreement, from the time they are requested to execution, 
they can identify bottlenecks that need to be addressed. A KPI 
like “Average Number of Days in a Contract Lifecycle” will inform 
them if they are making improvements. Another example might 
have to do with risk management. By establishing a KPI for “Num-
ber of Contracts by Risk Level,” the organization can monitor its 

overall contract risk exposure and how the probability and con-
sequence of it changes over time. A variation of this might be a 
KPI around “Product Pricing over Time.” Regardless, identifying, 
benchmarking, and tracking contract-related KPIs using data can 
provide any business real and actionable insights for improvement. 

HOW DCX HELPS 
But how do pharma companies capture the data they need for 
these KPIs in a meaningful and practical way? Digital contract 
transformation (DCX) is all about the digitization of contracts 
and CLM processes, and should be a foundational element of a 
drug manufacturer’s broader digital transformation strategy. 
DCX not only modernizes contracting efforts, it enables orga-
nizations to harness the data in contracts to deliver actionable 
business insights. 

These insights can be used to accurately and efficiently opti-
mize every aspect of a pharma company’s contract management 
process such as drug discovery, clinical trials, contract manufac-
turing, rebate tracking, marketing approvals, and more.

While there are many contract management solutions on the 
market, the best will help pharma organizations deal with their 
key challenges and offer the following features: 

• A digital and centralized cloud-based repository to store, 
manage, search, and secure all contracts and contract 
data. This helps to search all agreements for a specific 
clause, rebate term, drug, or vendor. 

• A way to collaborate effectively and maintain version con-
trol. The key for pharma companies to effectively manage 
version control is to use a digital contract management 
solution that tracks changes by user and allows them to 
simultaneously review, redline, and approve contracts 
directly in the system. This ensures that organizations 
avoid missing, duplicating, or using inaccurate data that 
can result from emailing back and forth and comparing 
different versions between contract manufacturers or 
other suppliers, contract research organizations (CROs), 
PBMs, physicians, etc. 

• An automated alerting system to avoid missed deadlines 
and obligations. For example, missing the termination 

RICK RALSTON 
CEO, Contract Logix

A ‘Sign’ of the Times
Digital Contract Transformation
The pandemic has raised the stakes for companies pursuing new 
data-harnessing capabilities in contract management and KPI 
benchmarking and tracking   
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window of an automatic renewal, the deadline of a supporting doc-
ument for a drug application, or a certain condition that’s activated 
by a milestone that makes the organization eligible for a discount. 

• Cloud-based clause and template libraries to improve compliance 
and speed. A study done by IFPMA found that the average CDA is 
over 4,000 pages long. Creating shared and legal-approved clause 
and template libraries is key to increasing the productivity and com-
pliance of any contract process. They help assemble documents 
faster—while eliminating deviations from standard legal language 
and can be customized for individual organizations’ special circum-
stances and geographies. 

• Define and automate contract workflows for business process manage-
ment. It’s very common for there to be many steps and stages through-
out a contract’s lifecycle whether it’s a CDA, clinical trial agreement 
(CTA), or other agreement type. To keep things moving smoothly, it’s 
important to have well-defined and documented business processes 
that are followed and enforced using workflows. This ensures gover-
nance and compliance to internal processes as well as regulatory ones 
such as Title 21 of the Code of Federal Regulations (CFR).

• Features to speed up approvals. Securing contract approvals is one 
of the slowest parts of contract management for most pharmaceuti-
cal companies, and is even harder in today’s new remote operating 
environment. Automating and digitizing the approval process with 
automated notifications and e-signatures is one of the keys to digital 
contract transformation. 

• An easy way to visually establish, benchmark, and report on metrics. 
Reports and dashboards are key for pharma companies to measure 
the success of contracts, tracking productivity, and evaluating per-
formance so organizations can refine and optimize processes. For 
example, a manager can build a report to see how drug pricing 
changes over time, how long each contract stage takes during the 
creation and execution of a CDA, or monitor the performance of 
contracts associated with a particular CRO.  

• Demonstrate regulatory compliance with audit trails. Contracts play 
an important role when preparing for Good Manufacturing Practice 
(GMP) audits, Good Clinical Practice (GCP) audits, demonstrating 
CFR 21 compliance, and other regulatory requirements. By central-
izing contracts and supporting documents in a cloud-based reposi-
tory that’s searchable and reportable, organizations have a complete 
audit trail tied to each agreement.

COMPETITIVE EDGE
Effective contract management is critical to any pharma company hoping to 
compete in a post-COVID economy, and the ability to use the data in con-
tracts and benchmark and track KPIs can help flexibly optimize business 
processes to adapt whenever and however the economy rebounds. Given the 
regulatory pressures, new supply chain dynamics, M&A activity, and other 
industry-related pressures, digitally transforming contract management can 
be an instrumental factor in any pharma company’s ability to accelerate 
commercialization and innovation. 
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W ith COVID-19, the role of the chief information 
officer (CIO) in life sciences companies has trans-
formed. Together with peers in other sectors, life 
sciences CIOs had to rapidly adjust to a more 

digital world aligning with the realities of continuing to work vir-
tually and engaging with customers digitally. It’s no exaggeration 
to say that, today, the CIO occupies one of the most important 
roles in the C-suite —accelerating the digital change agenda.

Teams across the enterprise are now adapting to new ways of 
working: virtual sales teams, socially distanced R&D labs, emerg-
ing marketing and legal questions, and production/distribution 
dilemmas. All tied to the pandemic, and all disrupting existing 
business models. The CIOs and their teams are the “frontline work-
ers” of today’s life sciences firms. A renewed focus on key business 
priorities means that the CIO should be finding ways to improve 
revenue and manage the company’s ecosystem, which includes 
facilitating data sharing and digitalizing workflows and processes.

VIRTUAL SELLING
Overnight, the life sciences sales ecosystem became virtual. Sales 
forces were physically grounded—shifting from field-based 
detailing to more customer support with remote detailing. This 
shift triggered an urgent need to reassess customer relationship 
management (CRM) capabilities to meet the uptick in both vir-
tual sales and e-meetings, as well as an increase in both e-sam-
pling and virtual medical education requests. In this volatile 
landscape, CRMs must also be able to accurately reflect new 
sales forecasts and targets. CIOs should engage sales leaders in 
conversations about accelerating the incorporation of AI into 
CRM capabilities for long-term sales guidance and effective cus-
tomer engagement.

In the recent past, sales reps were not just responsible for deliv-
ering a brand message; they were also the face of their companies. 
In addition to detailing their brand(s), they were required to invite 
physicians to special corporate events and other promotional and 
education forums. This responsibility has largely shifted to a vir-
tual format, putting further strain on sales/marketing, which is 
ultimately supported by the CIOs and their teams.

Many life sciences companies have adopted a virtual-first and 
customer-focused approach, leveraging webinars, telemedicine, 
and social media more than in the past. It is critical to manage 
this data stream and make connections across clinical, marketing, 
sales, forecasting, and planning systems. Digital first = data first.

PROTECT REVENUE
Today’s life sciences companies are dealing with increasing 
threats to the bottom line. Existing revenue management solu-
tions may not be helping preserve revenue as promised. They 
lack the workflows and transaction speeds required to allow busi-
ness teams to focus on optimizing revenue.

Life sciences CIOs should help business teams explore new 
process-centric technologies designed to protect and preserve rev-
enue. Incorporating core modules like Medicaid rebating, govern-
ment pricing, gross-to-net analytics, and 340B duplicate discount 
detection can lower costs to implement and operate, deliver faster 
execution times, and decrease risk-related reporting requirements. 
Ultimately, updating these systems will improve workflows and 
user experiences—directly benefiting the bottom line.

DIGITALIZATION OF WORKFLOWS AND PROCESSES
Teams can no longer operate in silos. CIOs must facilitate con-
nectivity between functions, improving the data supply chain so 
that insights can be shared in real time. CIOs can develop cus-
tomer-centric business models by connecting insights and analyt-
ics teams with strategy, operations, sales, and marketing. This 
sharing is key to meeting customers where they are today.

The post-pandemic data operating model, led by the CIO, 
must rely on harnessing the expanding data supply chain and 
harmonizing that data across functions. This is central to meeting 
adjusted sales targets, delivering new products and solutions, and 
ensuring operational efficiency and employee productivity.

Life science CIOs are using current events to earn a seat at the 
strategic table. From biotech to medtech to big pharma, CIOs are 
empowered to drive lasting strategic change. We encourage them 
to seize this moment, lead with confidence, make those bold deci-
sions and be a real force for change. 

The C-Suite’s 
Frontline Workers     
in Digital Change
How the CIO role has transformed and strengthened against the 
backdrop of COVID-19
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For technical questions about this webinar,  

please contact Martha Devia at MDevia@mjhlifesciences.com

The R programming language is becoming increasingly 
commonplace across many industries due to its simplistic 
matrix-driven coding style and community of developers 
that are increasing the packages of functionality available.  
The pharmaceutical industry has historically only used R 
within pre-clinical arenas (e.g. for modeling and simulation), 
or for producing quick and flexible graphics to perform 
ad-hoc interrogation of data.  But recently, the challenges 
posed by using open source software in a highly regulated 
clinical arena have been overcome and R is increasingly 
being used for more complex statistical analysis and 
regulated submissions.  

Join IQIVA’s Senior Director of Biostatistics, Anil Kumar, and 
other statistics team members as they walk you through 
augmenting drug development with R.

3 Key Takeaways

• How embedding R within SAS can enhance clinical 
reporting decisions 

• How easy it can be to use R to develop user-friendly 
visualizations and analytics 

• Learn how implementing R as part of your change 
management strategy can lead to enhanced clinical 
submissions
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Real world data (RWD) now plays a pivotal role in informing 

decisions about access, reimbursement, and comparative 

effectiveness. Medical and prescription claims data represent 

traditional sources of secondary data used to conduct real world 

research, yet those sources sometimes lack key outcomes of 

interest, especially those focused on disease morbidity or severity.  

In this webinar, we discussed two commonly used sources of 

clinical data in depth, which when linked with claims data, help 

to measure clinically rich outcomes. We also reviewed analytic 

approaches to define morbidity and mortality using claims data. 

Case examples were reviewed in the clinical areas of oncology, as 

well as multiple sclerosis.

3 Key Takeaways

• Evaluate clinically rich data sources including electronic 

medical records (EMR) and laboratory data that allow the 

assessment of disease severity and progression.

• Review a hospital-based data source and appreciate the 

outcomes it captures that are generally unavailable in claims-

based sources.

• Understand methods to model morbidity and mortality when 

it is unmeasured in the data. These represent important 

outcomes of interest to payers.
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