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studies
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Director, Real World Data Solutions
Foundation Medicine
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Which of these applications of RWD has your 
organization historically either considered or 
incorporated in regulatory submissions?

A. Characterizing natural history or 
unmet medical need 

B. As an external comparator to a single 
arm trial
 

C. Satisfying post-marketing 
requirements or commitments 

D. To expand a label into new indications 

E. For global market access including HTA

F. None of the above 
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Health authorities’ 
perspectives on the 
regulatory use of 
RWE is continuously 
evolving as 
evidenced by the 
release of RWE 
guidances over time  

2018
FDA RWE 
Framework

2019
FDA 
Guidances

2020 – 2021
EMA 2025 
Vision: RWE

2021 – 2022
FDA Guidances:
2021/22
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2021 – 2022

Health authorities’ 
perspectives on the 
regulatory use of 
RWE is continuously 
evolving as 
evidenced by the 
release of RWE 
guidances over time  
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Probability of 
RWE regulatory 
success varies 
depending upon 
the use case

Evidence to inform trial 
design

Supportive evidence 
contributes but does 

not standalone

Substantial evidence  
adequate and 

well-controlled to form the 
basis of a decision about 

safety and/or efficacy

RWE contribution to the totality of evidence:

Increasing bar for regulatory acceptance
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Key considerations when using RWD 
for regulatory applications:

Start with why Engage early and often Be transparent
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FDA has signaled specific 
circumstances in which RWD can 
support traditional evidence 

- Duke Margolis Whitepaper: Determining Real-World Data’s Fitness for Use and the Role of Reliability
- Framework for FDA's Real-world evidence program

“In limited instances, FDA has 
accepted RWE to support drug 
product approvals… often when using 
a parallel assignment control arm is 
unethical or not feasible and 
usually when the effect size is 
expected to be large, based on 
preliminary data.” 

— 
FDA’s framework for RWE program

Significant unmet need, limited 
available therapies

Rare cohorts of interest, making 
randomized trials infeasible

Expected large effect size from 
preliminary data (e.g., from clinical trials)

Existing body of evidence around safety / 
efficacy of a drug in related population(s)

Start with why Engage early and often Be Transparent
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https://healthpolicy.duke.edu/sites/default/files/atoms/files/_determining_real-world_datas_fitness_for_use_and_the_role_of_reliability.pdf
https://www.fda.gov/media/120060/download
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Proactively plan to use RWE to 
fill gaps in evidence package

Collaboratively develop study 
design and SAP

Discuss proposed study design 
and SAP prior to analyses

Sponsor

RWD provider

Health Authorities

Sponsor

RWD provider

Health Authorities

Sponsor

RWD provider

Health Authorities

Interactions are iterative and ongoing throughout 
the RWD study design and execution

Advanced planning and ongoing communication are critical

Start with why Engage early and often Be Transparent
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Be clear on what RWD is and is not

Start with why Engage early and often Be Transparent

Patient level 
data is available

Be open about 
limitations

Describe data 
processing and 
transformations

Potential 
for confounding 

or bias

Data is fit for 
purpose and 

missingness is 
addressed
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Perception
Data quality is binary 

Reality
Data is fit for purpose

Start with why Engage early and often Be Transparent

High 
quality

Low 
quality

Quality spectrum
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Continuously learning and adapting

Transparency is critical

The bar for successful 
regulatory use of RWE 
increases as it plays a 
larger role in the 
evidence package

Upfront planning & 
communication are key 
for maximizing likelihood 
of regulatory success. 

Health Authority 
perspectives on use of 
RWE to support 
regulatory decision 
making are continuing 
to evolve 
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Over the next 1-2 years, which regulatory 
applications of RWD do you think your 
organization will pursue?

A. Characterizing natural history or 

unmet medical need 

B. As an external comparator to a 

single arm trial 

C. Satisfying post-marketing 

requirements or commitments 

D.   To expand a label into new indications 

E.   For global market access including HTA

F.   None of the above 
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Evgeny Degtyarev
Director, Biostatistics  
Novartis

Jillian Motyl Rockland, MPH
Moderator
Director, Real World Evidence
Flatiron Health

Brian Clancy 
Director, Real World Data Solutions
Foundation Medicine

Lynn Howie, MD
Medical Director II 
Flatiron Health

Panel Discussion 
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Please submit questions through the Q&A feature at the 
bottom of your screen. 

Q&A

Evgeny Degtyarev
Director, Biostatistics  
Novartis

Jillian Motyl Rockland, MPH
Moderator
Director, Real World Evidence
Flatiron Health

Brian Clancy 
Director, Real World Data Solutions
Foundation Medicine

Lynn Howie, MD
Medical Director II 
Flatiron Health



rwe@flatiron.com


