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INTRODUCTION FROM 
DR. ANDREW NORDEN, 

CMO, COTA

grateful for the thoughtful contributions of Christopher 
Boone, PhD, Vice President and Lead for Global Medical 
Epidemiology and Big Data Analysis, and James 
Harnett, PharmD, Senior Director of Global Medical 
Epidemiology & Big Data Shared Services Lead for 
Oncology and Vaccines, both from Pfizer; Tanvi Shah, 
the Director of Alliance Management at Bristol-Myers 
Squibb; and Viraj Narayanan, Vice President of Life 
Sciences at COTA. 

COTA was founded in 2011 by doctors, engineers, and 
data scientists to create clarity from fragmented 
and often-inaccessible real-world data. By using our 
proprietary technology, advanced analytics and deep 
expertise to organize complex data, we provide a 
comprehensive picture of cancer that can be used to 
advance care and research. We believe that everyone 
touched by cancer deserves a clear path to care. 
Together, we can make that vision a reality. 

Novel sources and growing volumes of data are 
changing the way drugs are developed, evaluated, and 
brought to market. Additionally, the FDA has signaled 
a serious interest in understanding how data from the 
real world can augment traditional clinical trial models, 
creating new opportunities for efficiency and broader 
representativeness in clinical research. These two forces 
converged in 2019, resulting in a landmark year for the 
use of real-world evidence (RWE) in drug development. 

While early use cases have been very promising, the 
absence of industry-wide data standards and a lack of 
clear consensus about how and when to use RWE limit 
widespread adoption. In 2020, we expect many of these 
challenges to be addressed by stakeholders across the 
industry as they collaborate to make drug development 
more efficient, ultimately getting the best drugs to 
patients faster and less expensively. 

In the spirit of collaboration, COTA invited our partners 
from Pfizer and Bristol-Myers Squibb to share their 
unique perspectives as early adopters of RWE. We are 

4



WHAT WERE YOU MOST DISAPPOINTED BY IN 2019 
AS IT RELATES TO RWE FOR REGULATORY USE?

While there has been progress in understanding how to 
leverage RWE for regulatory decisions beyond safety, 
we have seen a relatively small number of examples of 
successful regulatory submissions in which RWE is used 
to demonstrate effectiveness.  This is understandable 
as we await the FDA’s draft guidance and in 
light of some  opinions among regulators and 
other stakeholders on the acceptability of real-
world effectiveness evidence for regulatory decisions. 

In addition, the growing availability of RWD derived 
from EHRs has made the concept of a rapid learning 
system much more attainable; however, there are 
continued challenges with the availability, quality 
and diversity of these data.  Much of the needed 
clinical outcomes information is not collected, not 
standardized and/or trapped in unstructured parts 
of medical records.  The need for manual abstraction 
can introduce delays, raise costs and create additional 
concerns about quality.  While attempts to use natural 
language processing and related approaches for 
automating abstraction are promising, there is still 
much work to be done.

CHRISTOPHER P. 
BOONE

 Christopher P. Boone, PhD has a career-long history 
as a dynamic, innovative thought leader and a public 
voice on the power of health informatics and big data 
analytics and its ability to radically transform the global 
health care system into a learning health system. 
Boone currently serves as the Vice President and Lead 
for Global Medical Epidemiology and Big Data Analysis 
at Pfizer, an Adjunct Assistant Professor of Health 
Administration at the New York University's Robert F. 
Wagner Graduate School of Public Service, an active 
board member of several influential organizations, 
and a co-founder of a few start-up companies. Most 
recently, he served as the Vice President and Global 
Head of Real-World Data & Analytics at Pfizer.

DR. JAMES 
HARNETT

 Dr. James “Jim” Harnett is a Senior Director, Global 
Medical Epidemiology & Big Data Analytics Lead for 
Oncology and Vaccines at Pfizer Inc. In his current 
role, Jim oversees a team of epidemiologists 
focused on leveraging big data and non-
interventional research methods to inform 
regulatory decision-making at various points in a 
medicine’s life-cycle.

Jim has worked with Pfizer for over 18 years 
creating and leading research programs across 
therapeutic franchises. Previously, Jim helped to 
stand up Pfizer’s Real-World Data & Analytics 
(RWDnA) function. During this time, Jim supported 
development of Pfizer’s early RWDnA collaborations 
and adoption of novel uses of RWE, particularly 
in the oncology area for regulatory decisions 
regarding effectiveness.
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Vice President & Lead for Global Medical 
Epidemiology & Big Data Analytics

Senior Director, 
Medical Epidemiology
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WHAT DID YOU LEARN ABOUT USING RWE TO 
SUPPORT CLINICAL TRIALS IN 2019?

A growing number of biopharma companies are 
leveraging analysis of RWD earlier in the pipeline, 
as compared to a more traditional post-marketing 
focus. They are using the data to more systematically 
and proactively inform the design, recruitment 
and conduct of clinical trials.  In doing so, there are 
tremendous efficiencies to be gained while improving 
the probability of trial success, for example by analyzing 
RWD to select appropriate inclusion/exclusion 
criteria, inform sample size calculations and identify 
investigators with required patient populations. 
There is now the potential to leverage existing RWD 
infrastructure to facilitate key data collection during 
the conduct of a trial and/or a long-term extension.  
Further, Pfizer and other companies are exploring 
RWE to create external control cohorts and to provide 
natural history information that helps to contextualize 
outcomes from clinical trials.  This was exemplified in 
the development of Bavencio® (avelumab), which 
was approved based on the results of a multicenter, 
open-label, phase 2 trial and a retrospective analysis 
of RWD for patients with metastatic MCC treated 
with chemotherapy.  

WHAT ENCOURAGED YOU MOST IN 2019 
ABOUT RWE FOR REGULATORY USE?

I am encouraged by theFDA approval of a supplemental 
New Drug Application (sNDA) to expand the breast 
cancer indication for IBRANCE® (Palbociclib) to include 
men.  While the FDA noted that the determination of 
efficacy was based on the pivotal RCTs from PALOMA 
2 and 3, the sNDA was filed with RWE derived from 
analysis of data in electronic health records, insurance 
claims and Pfizer’s global safety database to support 
their decision.  Most importantly, the FDA’s favorable 
decision will address a tremendous unmet need for male 
patients with breast cancer for whom the diagnosis and 
treatment are often delayed and outcomes poor. 

There has been important progress from a 
methodological perspective exemplified in the work 
published in the July issue of JCO Clinical Cancer 
Informatics that demonstrated consistency in real 
world overall survival outcomes derived from analysis of 
six real world (EHR and claims) datasources compared 
with pivotal clinical trials for immunotherapy-treated 
advanced non–small cell lung cancer.  Further, results 
from the FDA sponsored RCT Duplicate initiative 
published in the October issue of Diabetes Care 
suggested directionally similar results from analysis of 
a composite cardiovascular outcome measure across 
Medicare and two commercial claims databases and 
ensuing findings from the CAROLINA trial comparison 
of linagliptin vs. glimepiride in patients with type 2 
diabetes (T2D) at increased cardiovascular risk.  

There is a need to expand on this work to evaluate real 
world vs. clinical trial outcomes. We must also explore 
novel endpoints more akin to the evolution of patient 
centered outcomes to complement traditional trial 
endpoints.  One example of this was from Janssen’s 
PRIDE trial for Invega Sustenna, in which the primary 
endpoint for this randomized pragmatic trial was not 
the traditional interviewer administered Positive and 
Negative Syndrome Scale for patients with schizophrenia, 
but rather a composite of more real-world endpoints 
(ie, psychiatric hospitalization, discontinuation of 
antipsychotic treatment, treatment supplementation 
with another antipsychotic, etc.).  Results from this 
trial are included in the clinical trials section of the US 
package insert.

https://ascopubs.org/doi/10.1200/CCI.18.00155
https://ascopubs.org/doi/10.1200/CCI.18.00155
https://care.diabetesjournals.org/content/42/10


prospective study design.  There are often tradeoffs 
in terms of the specific data elements collected 
compared with a traditional trial, as experimental and 
real world conditions are materially different.
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HOW DO YOU CONVINCE YOUR 
ORGANIZATION TO ADOPT RWE TO SUPPORT 
CLINICAL TRIALS? WHAT ARE THE BIGGEST 
HURDLES YOU FACE IN YOUR ORGANIZATION?
Noting the escalating costs and continued challenges 
with recruitment and delays in completing clinical trials 
across the industry, we need to demonstrate that RWE 
reduces costs and makes clinical trials more efficient.  
The growing  collection of example use cases in which 
RWE complements, or in rare cases, replaces RCTs in 
regulatory decisions has been critical.

The biggest hurdles include: (1) limited awareness of and 
focus on RWE opportunities in R&D organizations, (2) 
the requirement to plan for and invest in RWE generation 
years ahead of expected regulatory submissions,  often 
with limited resources available outside of traditional 
clinical trials and (3) availability of the required types of 
high-quality data to support clinical trials.

WHAT WILL BE THE BIGGEST HURDLE FOR LIFE 
SCIENCES TO ADOPT RWE TO ACCELERATE 
CLINICAL TRIALS IN 2020?
Expanding and more restrictive privacy laws on a 
state, federal, and international level  and  limited 
provider infrastructure combined with a lack of aligned 
incentives to obtain patient data may be the major 
barriers to adoption.

A growing number of 
biopharma companies are 
leveraging analysis of RWD 
earlier in the pipeline, as 
compared to a more traditional 
post-marketing focus. They 
are using the data to more 
systematically and proactively 
inform  the design, recruitment 
and conduct of clinical trials.

"

"

WHAT IS THE BIGGEST MISCONCEPTION 
ABOUT THE USE OF RWE IN SUPPORTING 
CLINICAL DEVELOPMENT?

The biggest misconception is that RWE generation 
is fast, easy, and inexpensive.  There certainly is a 
range dependent on the study design, for example, 
retrospective secondary data analysis vs. prospective 
de novo data collection.  However, even retrospective 
studies using EHR data may require planning at 
least 6-9 months ahead due to the time for manual 
abstraction of key data elements.  Further, while RWE 
generation is inexpensive relative to traditional trials, 
it is not inexpensive, especially when considering a 



WHAT ARE SOME DIFFERENCES YOU SEE IN 
EVOLVING USE OF RWE WITH THE US FDA VS EMA?

We expect to see increased interest in RWE for 
regulatory decisions regarding the effectiveness of 
medicines and vaccines within and beyond the US 
and have already observed examples where RWE has 
helped to inform decisions in the US and EU. 

Further, EMA has been innovative in their consideration 
of adaptive pathways using RWE, which is not a focus in 
the US currently. This offers the opportunity to expand 
indications with development of needed evidence for 
products introduced to the market.  This may be helpful 
in informing the suitability of candidate products for 
RWE-based analysis in consideration of label expansion 
in the US. 

We expect increasing collaboration between US FDA, 
EMA and other regulators, biopharma companies 
and other RWD partners on areas such as common 
data models, lessons learned in evaluating RWE and 
partnering on RWE pilot initiatives that will advance 
our application and understanding of the opportunities 
and challenges. 

8Pfizer | 2020 Predictions

WHAT IS GOING TO MAKE 2020 DIFFERENT 
THAN 2019 IN TERMS OF RWE USE FOR 
REGULATORY PURPOSES?
As regulators build their own RWE generation and 
review teams and industry partners await  guidance 
from the FDA, we will see increased engagement 
between stakeholders alongside rapidly advancing 
awareness of the settings in which RWE may and may 
not be useful in regulatory decision making.  Hence, we 
can anticipate increasing investments in generation of 
RWE retrospectively and prospectively, more publicized 
use cases and more biopharma companies shifting 
their focus to applications of RWE in R&D.

We expect to see increased interest in 
RWE for regulatory decisions regarding 
the effectiveness of medicines and 
vaccines within and beyond the US and 
have already observed examples where 
RWE has helped to inform decisions in 
the US and EU."

"



WHAT WERE YOU MOST DISAPPOINTED BY IN 2019 
AS IT RELATES TO RWE FOR REGULATORY USE?

While the FDA has issued guidance on the use of 
RWD in comparator cohorts, it remains extremely 
vague. This can result in variability in its interpretation 
by stakeholders leading to inconsistencies in the 
ways industry and RWD partners work together. The 
absence of clear guidance creates additional hurdles 
when using RWD because sponsors need to reevaluate  
how data should be delivered and interpreted with 
each use case.

Despite existing in a global market  where clinical data 
is used across countries to support regulatory filings, 
it is extremely difficult to gain access to RWD sourced 
from regions outside of the US.  A contributing factor 
is the regulatory environment in the EU which can 
be extremely challenging to navigate. At this point, 
industry has not been able to “crack the code” or 
overcome the barriers to sourcing RWD internationally 
at consistent scale, limiting sponsors ability to create 
a truly integrated data set. 
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WHAT ENCOURAGED YOU MOST IN 2019 
ABOUT RWE FOR REGULATORY USE?

In 2019, we witnessed exponential growth in the level 
of interest in RWE and a genuine desire to understand 
its benefits across, industry, regulatory bodies, 
and provider organizations. Another encouraging 
development was the willingness of stakeholders 
to partner on these efforts and collaborate across 
industries. As  major stakeholders align, we will 
eventually drive towards policy and data standards 
harmonization.

TANVI SHAH

Tanvi Shah is a Director of Alliance Management at 
Bristol-Myers Squibb. She leads alliance partnerships 
and scientific collaborations involving drug discovery
and development of pre-clinical and clinical assets as 
well as innovative collaborations in digital health and 
AI technologies. She has spent her career working in 
various roles spanning business and digital strategy 
to global marketing and business development. 
In her current role, Tanvi works with R&D, Clinical, 
and HEOR teams to integrate digital health 
innovation from utilizing AI technology to speed 
up drug discovery to working with real-world data 
to support comparator cohorts, regulatory filings, 
reimbursement. Tanvi obtained her undergraduate 
degree in Communications & Information Science 
at Rutgers University and earned her MBA from 
Fairleigh Dickinson University. Tanvi is passionate 
about the power of digital health to transform drug 
development to bring lifesaving drugs to patients.

Director of Alliance Management

As major stakeholders align,
we will eventually drive
towards policy and data
standards harmonization."

"
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HOW DO YOU CONVINCE YOUR 
ORGANIZATION TO ADOPT RWE TO SUPPORT 
CLINICAL TRIALS? WHAT ARE THE BIGGEST 
HURDLES YOU FACE IN YOUR ORGANIZATION?
There are two challenges on the industry side in 
adopting RWD to support clinical trials: One is the lack 
of education and demonstrated results which leads 
to skepticism. The RWD pioneers have a collective 
responsibility to close this knowledge gap among 
key decision makers in their organizations to further 
the use of RWD. One way this can be accomplished 
is through partnerships with industry, academia, and 
regulatory bodies to further establish RWD standards 
and methods.

The second challenge is the ability to compare RWE 
endpoints to clinical endpoints. This will continue 
to evolve as data scientists and biostatisticians 
work together on new use cases that use RWE for 
comparator arms supported by clearly defined 
regulatory guidance on endpoints.

WHAT DID YOU LEARN ABOUT USING RWE TO 
SUPPORT CLINICAL TRIALS IN 2019?

In order to truly use RWD as a comparator to a clinical 
study, the depth of data needs to be as homogenous 
as possible to the clinical arm. The challenge remains 
however, in the number longitudinal data gaps and 
missingness found in RWD records. As providers become  
more interested in contributing to comparator arms 
and regulatory standards continue to be defined, I am 
certain we will move towards a future where providers 
are able to ensure the completeness of data.

WHAT WILL BE THE BIGGEST HURDLE FOR LIFE 
SCIENCES TO ADOPT RWE TO ACCELERATE 
CLINICAL TRIALS IN 2020?
We are still in the very early stages of using RWE in 
clinical trials so one of the biggest hurdles is sourcing 
the amount of regulatory grade RWD required for rare 
and narrow populations; As the industry matures, 
access to data will become less of a barrier. However, 
in 2020 the demand for data will continue to outweigh 
supply which will slow down the adoption of its use in 
augmenting clinical trials.

WHAT IS GOING TO MAKE 2020 DIFFERENT 
THAN 2019 IN TERMS OF RWE USE FOR 
REGULATORY PURPOSES?
In response to the limited supply of RWD, I think you 
will see more innovative and resourceful approaches 
on the Pharma/Biotech side to sourcing RWD. This will 
likely result in the development of more sophisticated 
ways of collecting and connecting data sets across 
multiple data providers.

WHAT ARE SOME DIFFERENCES YOU SEE IN 
EVOLVING USE OF RWE WITH THE US FDA VS EMA?

The biggest challenge in the EU is the regulatory 
hurdles that impact the operational ability to collect 
clinically rich patient data that can be used in a 
regulatory filing. The regulatory requirements around
patient consent restrict access to vast amounts of 
patient data thus diminishing the available supply 
of RWD. Additionally, the complicated regulatory 
requirements in the EU increase the time and cost of 
building adequate data sets for clinical trials in this 
region, potentially impacting the short timelines for 
gathering RWD in time for a submission.

In order to truly use RWD as a 
comparator to a clinical study, 
the depth of data needs to be 
as homogenous as possible to 
the clinical arm. "

"



WHAT WERE YOU MOST DISAPPOINTED  BY IN 2019 
AS IT RELATES TO RWE FOR REGULATORY USE?
The real-world evidence (RWE) movement was ignited 
by the Affordable Care Act (ACA) which mandated 
electronic health record adoption. Suddenly, 
information that  was historically trapped in paper 
charts was accessible in a digital format and within 
seven years we went from 9.4% to 84% adoption 
of EHRs nationally. Another significant force in this 
movement was the 21st Century Cures Act which was 
designed to accelerate medical product development 
and bring new innovations and advances to patients 
who need them.  These landmark policies established 
the framework for the FDA to advance the use of RWE, 
making it a salient factor in assessing the benefits 
and risks of regulatory decisions when supported by 
traditional clinical trial information. 

Given the success of early RWE use cases and the 
positive signals by the FDA, it is disappointing that 
adoption has been relatively slow, with only a small 
number of sponsors pioneering its use to optimize the 
drug development process. However, given the early 
stages of this movement, it's natural to be skeptical. 
In our conversations with stakeholders across the 
industry we’ve heard some question, “why should we 
do something different?” and “what is the incentive 
to use RWE?” Others debate its longevity, asking 
whether it is simply the latest buzz or does it have the 
potential to fundamentally change clinical trials of the 
future.  Additionally, some question the methodology 
of collecting RWE, noting the difference in the quality 
and consistency of data collected in the “real world” 
compared to traditional clinical trial data.

As we are still early in the adoption curve of RWE 
for regulatory use, we can all agree that there is a 
tremendous amount of work to be done in terms of 
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VIRAJ NARAYANAN

 Viraj Narayanan is the Vice President of Life Sciences 
at COTA. He leads the company’s development, 
management and growth of life sciences partnerships 
that leverage COTA’s real world evidence and analytic 
solutions. Prior to COTA, he spent nearly a decade 
in healthcare strategic consulting and 5 years in 
oncology including with Sylvester Cancer Center at 
the University of Miami, Pfizer, Sanofi, and GSK. He 
was previously a Principal at Heidrick & Struggles 
Consulting and Decision Strategies International. 
Viraj earned a BS in Decision Science from Carnegie 
Mellon and an MBA from the Wharton School at the 
University of Pennsylvania. Viraj is passionate about 
the potential impact of healthcare technology and 
has co-authored articles on various healthcare topics 
in Inc Magazine and StatNews.

Vice President of Life Sciences

https://dashboard.healthit.gov/evaluations/data-briefs/non-federal-acute-care-hospital-ehr-adoption-2008-2015.php
https://www.fda.gov/regulatory-information/selected-amendments-fdc-act/21st-century-cures-act
https://www.fda.gov/regulatory-information/selected-amendments-fdc-act/21st-century-cures-act


WHAT ENCOURAGED YOU MOST IN 2019 
ABOUT RWE FOR REGULATORY USE?

Three events that were encouraging and emerged as 
the most positive signals for expanded use of RWE 
were increased industry collaboration, increased 
validation and methodology work, and the Pfizer 
IBRANCE approval for men with breast cancer.

A great example of industry collaboration is the 
Friends of Cancer Research study on Real World End 
Points in Lung Cancer published in JCO Clinical Cancer 
Informatics. The collaboration included an analysis 
across multiple data companies who provided claims 
or EHR data. One of the key results was the consistency 
in real world end points across data sets and observed 
outcomes in RCTs.

In terms of validation and methodology, I was most 
impressed with this study “Using Electronic Health 
Records to Derive Control Arms for Early Phase Single 
Arm Lung Cancer Trials: Proof of Concept in Randomized 
Controlled Trials”. The study, which sought to test the 
concept of electronic health record derived external 
controls for 9 lung cancer clinical trials, showed that 
external control arms generated from curated EHR 
data can indeed replicate the control arms in RCTs 

standardization. However, we should not be deterred. 
There is a major opportunity to collectively align 
and educate life science companies, regulators, and 
industry partners as we work together to make clinical 
trials more efficient using RWE.

and could serve as comparators for single arm clinical 
trials. Whether you are an advocate or a non-believer, 
you should read this analysis on the use of RWD as an 
external comparator to a clinical trial. What I found 
most compelling was the robustness of results across 
multiple clinical trials. There are limitations, of course, 
and RCTs will remain the gold standard; however, in 
instances of assessing the clinical benefits of a single-
arm trial, RWE serves as a worthy consideration for use 
as an external comparator.

Finally, the IBRANCE label expansion to include men 
with breast cancer was a symbolic milestone. It would 
be difficult to imagine a FDA approval without a clinical 
trial just five years ago. However, in 2019, Ibrance 
was  approved using RWE exclusively. I believe this 
is a bellwether of more things to come. RWE creates 
tremendous benefits for patients in narrow populations, 
like men with breast cancer. In these cases where 
the traditional clinical trial approach is not feasible 
from a time and cost perspective, RWE offers a viable 
alternative to treat patients seeking life saving drugs.
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WHAT DID YOU LEARN ABOUT USING RWE TO 
SUPPORT CLINICAL TRIALS IN 2019?

2019 was an incredible year for COTA, one where 
we collaborated with new and existing sponsors 
to utilize RWE to support clinical trials. There was a 
major increase in the level of interest from life science 
companies during this time, particularly for the use 
case of RWD-powered external comparators—a 
quantum leap from 2018.

These collaborations have emphasized the importance 
of flexibility and agility in the RWD model. Matching a 
clinical trial to a RWD comparator cohort is a difficult 
problem to solve. Our team has done an incredible 
job working with our life science partners to create a 
flexible process that combines operational, medical, 
and product expertise.

COTA’s agile approach, and our ability to accommodate 
requests for new data elements is critical to our 
success with sponsors. It is fairly common that a 
client will receive additional input from a biostatistics 
group that expands the scope of the project in order 
to create a better matching comparator cohort. 
In these situations, our team has been able to work 
with sponsors to create a roadmap for obtaining 
new data elements, one that enables us to quickly 
and accurately report on the medical feasibility and 
reliability. Kim Wilson, an epidemiologist and one of 

Given the success of early 
RWE use cases and the 
positive signals by the FDA,  
it is disappointing that 
adoption has been relatively 
slow, with only a small 
number of sponsors pioneering 
its use to optimize the drug 
development process. 

"

"

https://www.cotahealthcare.com/blog-posts/initial-results-of-real-world-evidence-pilot-study-published-in-jco-clinical-cancer-informatics
https://www.cotahealthcare.com/blog-posts/initial-results-of-real-world-evidence-pilot-study-published-in-jco-clinical-cancer-informatics
https://ascpt.onlinelibrary.wiley.com/doi/full/10.1002/cpt.1586
https://ascpt.onlinelibrary.wiley.com/doi/full/10.1002/cpt.1586
https://ascpt.onlinelibrary.wiley.com/doi/full/10.1002/cpt.1586
https://ascpt.onlinelibrary.wiley.com/doi/full/10.1002/cpt.1586
https://www.biopharmadive.com/news/pfizer-wins-expanded-ibrance-approval-using-real-world-data/552135/


WHAT IS THE BIGGEST MISCONCEPTION 
ABOUT THE USE OF RWE IN SUPPORTING 
CLINICAL DEVELOPMENT?

Clinical trials will not be replaced by RWE! In the next 
3-5 years, augmentation or supplementing clinical
trials will be the primary use of RWE in a regulatory
setting. Over time, I believe the use of RWE will become
the norm for all trial submissions because having some
element of the real world experience for patients when
considering a new investigational therapy helps the
FDA make the best regulatory decision for patients.

our collaborators at BMS likes to say, “we always want 
to aim for ‘discrete and verifiable’.” 

Working closely with our life science partners over 
the past year to better understand their needs and 
subsequently developing processes that support a 
flexible and agile approach for delivering RWD in 
critical, time sensitive situations, has been the most 
significant area of growth for COTA in 2019.  

HOW DO YOU CONVINCE YOUR 
ORGANIZATION TO ADOPT RWE TO 
SUPPORT CLINICAL TRIALS? WHAT ARE 
THE BIGGEST HURDLES YOU FACE IN YOUR 
ORGANIZATION?
We have the privilege of working across sponsors in 
the use case of RWE to support clinical trials. 
Organizations that are leading in the adoption RWE 
seem to have strong visionary leadership, good 
buy-in across cross functional stakeholders, and an 
integrated team that can interface between the 
clinical trial stakeholders and COTA, translating 
medical requirements into data requirements.

A major hurdle that exists today is education or 
lack thereof. Key questions that need to be 
addressed by sponsors include: 

• What is the best way to determine if a clinical trial is
a good candidate for an external comparator?

• How would we engage with the FDA if we were to
consider this path?

• What is the timeline we should anticipate when
working with an RWD company to curate the data?

Anecdotally, we find that many sponsors 
understand, conceptually, the importance of 
anticipating their RWD needs but struggle to 
execute on translating this into a RWD strategy. As 
an example, for a breast franchise or breast cancer 
pipeline drug they fail to plan for a breast cancer 
data acquisition based on use case, pre vs. post 
market, etc. 

For the use case we are focused on, the type 
of curation required to match a clinical trial 
team is intensive and you cannot just “turn on” 
the data. Companies with strong visionary 
leadership are able to build an anticipation 
mindset and avoid thinking about regulatory RWD 
in a purely reactionary way.
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WHAT WILL BE THE BIGGEST HURDLE FOR LIFE 
SCIENCES TO ADOPT RWE TO 
ACCELERATE CLINICAL TRIALS IN 2020?

In oncology, the average cohort size for a clinical trial 
today is in the low hundreds and in many instances less 
than that. Precision medicine is no longer a buzz word 
and we are fortunate that the biological narrative of a 
patient is driving how they are being treated. As a result, 
the biologically similar cohorts needed for clinical trial 
enrollment are getting smaller and smaller. The same is 
true for RWD and therefore it is becoming increasingly 
difficult to find RWD that is fit-for-purpose. Finding the 
right RWD cohort, determining which data partner can 
provide this cohort, and working together to create a 
data model that will adequately match the stringent 
trial criteria will be the major hurdles for life science 
companies in 2020. 

It would be difficult to 
imagine FDA approval 

without a clinical trial just 
five years ago. However, in 
2019, Ibrance was approved 
using RWE exclusively. I 
believe this is a bellwether of  
more things to come  

"

"

https://www.focr.org/sites/default/files/Panel-1_External_Control_Arms2019AM.pdf
https://www.iqvia.com/insights/the-iqvia-institute/reports/global-oncology-trends-2018
https://www.iqvia.com/insights/the-iqvia-institute/reports/global-oncology-trends-2018


WHAT IS GOING TO BE THE BIGGEST CHANGE IN 
RWE USE FOR REGULATORY PURPOSES IN 2020?

Aetion has created a great summary slide that 
summarizes historical regulatory decisions that have 
incorporated RWD—these are either single arm trials 
with a comparator cohort or off label use for a rare 
population (there are a total of 7 historical examples 
listed in the slide). I believe in 2020 the total number 
will increase by 30-50% overall, mostly driven by single 
arm trials that use RWD as a comparator cohort. 
For the many examples that occur with approvals, 
we will learn more about appropriate fit-for-purpose 
data. Undoubtedly there will be therapies that are not 
approved but use RWD as a comparator cohort and I 
expect we will learn more about fit-for-purpose RWD 
in these examples as well.
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WHAT IS GOING TO MAKE 2020 DIFFERENT 
THAN 2019 IN TERMS OF RWE USE FOR 
REGULATORY PURPOSES?
About 3-5 years ago, companies like McKinsey wrote 
about the big data revolution in healthcare driven by an 
increased supply of information. As a result of this new 
trend, most life science companies started creating 
‘big data’ organizations to create and execute a data 
strategy. I consider this chapter one of the ‘big data’ 
story and it came with a lot of investment, enthusiasm 
and early momentum. If you viewed the investment by 
pure business results you’d likely find it unsatisfying. 
I believe in 2020 we are going to advance to chapter 
two, where use cases and business needs will drive 
the adoption of data and investment in life science 
companies. There will be more targeted organizational 
capabilities deployed in clinical development vs. 
commercial, as an example, which will come with the 
respective data acquisition and execution strategies 
that we now know are so different.
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This publication has been written in general terms and we 
recommend that you obtain professional advice before acting or 
refraining from action on any of the contents in this publication. 
COTA accepts no liability for any loss occasioned to any person 
acting or refraining from action as a result of any material in this 
publication.
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