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Unknown international registry publishes 
ground-breaking COVID research

• Speed record: 6 weeks from end of 
patient accrual to publication

• Manual validation of EMR data in 169 
hospitals and ~96,000 people?  How?

• Data validated against financial records 
and external databases?  How?

• Claims compliance with                                
AHRQ registry guidelines?
I think not

Available at 
https://effectivehealthcare.ahrq.gov

RWE retracted 4 weeks after publication, citing lack of data access to 3rd party auditor
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MRD = minimal residual disease; SSTR = Somatostatin receptor; GEP-NETs = gastroenteropancreatic; neuroendocrine tumors; 
HER2 = human epidermal growth factor receptor 2; HR = hormone receptor

FDA EMA NMPA

Approval Label
Expansion

Conditional
Approval Approval Label 

Expansion

Pragmatic Schizophrenia (2018)

External 
Comparators

Metastatic Merkel cell carcinoma (2017)
Accelerated (2017)

Infantile batten disease (2017) (2017)

Diffuse large B-cell lymphoma (2017) (2018)

Diffuse large B-cell lymphoma (2018)

Omegaven Parenteral nutrition-associated cholestasis (2018)

B-cell precursor acute lymphoblastic leukemia in 1st/2nd

complete remission with MRD ≥ 0.1% (2018) (2019)

Diffuse large B-cell lymphoma (2020)

Observational

SSTR-positive (GEP-NETs) (2018) (2017)

Metastatic or recurrent squamous NSCLC in combination 
with platinum-based chemotherapy (2018)

HR+, HER2- advanced/metastatic breast cancer in 
males (2019)

Even without formal guidance, RWE is helping to shape some 
regulatory decisions
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Regulatory Market Trends

May 2019: FDA guidance to 
encourage sponsors to provide 
details on RWD used as part of 
regulatory submissions

September/October 2020: FDA 
webcast on use of RWE to address 
COVID 

January 2020: EMA-HMA big data task 
force published prioritised 10 
recommendations 

September 2020: EMA-HMA published 
its workplan aims to increase the 
utility of big data in regulation

December 2020: Public consultation
on big data

April 2019: HealthCanada worked
to optimize the use of RWE for 
regulatory decisions

June 2020: Health Canada 
developing a plan to optimize use 
of RWE into regulatory and 
reimbursement decisions

Note: Selected publications, not exhaustive 

March 2019: The Central Drugs 
Standard Control Organization
provide guidance on the conduct 
of observational or non-
interventional study

January and August 2020: 
Chinese Center for Drug 
Evaluation released guidance for 
RWE to use to support drug 
development

Sep 2020: Japanese MHLW Drafts 
Guidelines for Use of Patient 
Registry Data in Regulatory Filing 
(final Mar 2021)

April 2020: EC Medical Device 
Regulation 2017/745 (the “MDR”) 
new effective date May 2021 requires 
post market follow-up 

October 20: MHRA 
launches public 
consultation to review 
external comparators 
guidance
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Common regulatory themes

Reliability and 
Quality Criteria FDA EMA (Japan) (China)

Accuracy
Completeness
Consistency
Relevance
Traceability
Transparency
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Expectations for High-Quality Real World Data
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FDA framework for evaluating RWD/RWE 

• Are the RWD are fit for study purpose?

• Is the trial or study design likely to provide 
adequate scientific evidence to answer or 
help answer the regulatory question?

• Does the study conduct meets FDA 
regulatory requirements?
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