Advancing the
Use of Real-
World Data &
Real-World

Evidence

Heather M. Colvin

Sr. Director

International Harmonization
Global Regulatory Policy

Johnson&dJohnson :
MedTech Global Regulatory Policy




Defining Real-World Data and Evidence

US FDA CDRH'’s 2017 Guidance was the first policy explicitly addressing RWD and RWE

/”Real- World Data (RWD) are\
data relating to patient health
status and/or the delivery of
health care routinely collected
\from a variety of sources.”

Rigorous and Reliable
Analytical Methods

“Real-World Evidence (RWE)\
is the clinical evidence

—» | regarding the usage, and
potential benefits or risks, of

a medical product derived

\from analysis of RWD.” /
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Real-World Data Sources
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Medical Device RWE Activities & Guidances

2017 2018 2019 2020 2021 2022 2023 2024 2025
US—l.=DA South Korea - MFDS China— NMPA Japan -PMDA 2 EU IHI - Call for US FDA User Fees European US —FDA
RWE Guidance RWD/RWE guidance RWD/RWE Registry RWD Heterogenous for RWE Commission Orphan Anticipate Final RWE
guidance & Pilot guidances Health data EU IHI 1% Projects MDCG Guidance
-_ -_ zone proposals Funded =
US FDA User @ @
Fees for RWE I FDA | :

I RWE Examples
| Report l Australian —Launched
European | EU - Initiate the RWE Hub
Commission 3 | EHDS Legislative
MDCG — RWD Australian TGA — Framework
report on RWD/RWE

|
j m : South Korea —UPDATED guidance
m Key Position
Singapore — DRAFT Clinical guidance —
Papers/Reports Multiple Regulatory gap &
. — RWD

Program Funding Authorities Released NEW

or UPDATED guidance Australia — DRAFT guidance
Regulatory Guidance

US — UPDATED DRAFT guidance
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US FDA Recent
Policy Guidance
Overview




FDA CDRH RWE Guidance 2023 DRAFT

Main Take-Aways: Generally, similar components as 2017 version. Updates include expanded details on expectations AND
more structured overview of the Agency’s submission expectations.

RWE Use Cases

List of possible uses of RWE in a regulatory
submission has been expanded and now
includes training Al, validating COAs and
converting EUAs (IVDs)

Data Relevance and Reliability

Significant clarification of the Agency’s
expectations with “checklists” and tables for
components to include in submissions

Real-World Data Sources

The examples of RWD has been expanded to
include patient-generated health data (PGHD),
device-generated data and public health

{ : o N e .
L o surveillance data
e | [
\ ’

IR Good Research Practices
v Draft includes reference to Good Clinical
@ . Practice (GCP) and our policy shaping will focus
. on supporting the development of consensus
on good RWE research practices.

RWE Assessment Criteria = =\ QY [/ - :
Draft provides a clearer set of
expectations for WHAT to include in a
submission but not HOW it will be ---
assessed by the Agency

Source: https://www.fda.gov/regulatory-information/search-fda-guidance-documents/draft-use-real-world-evidence-support-regulatory-decision-making-medical-devices
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Draft - Not for Implementation
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for Medical Devices
Guidance for Industry,
Clinical Investigators.
Institufional Review Boards and
» Food and Drug
Administration Staff

Bocume::t issacd vu: November 7, 2013

The draft of this document was issued on Augnst 15,2011,
|
For questions regarding this document that relate to dsvices regulated by CDRH, contact Gregory
Campbell, PhD at (301) 796-5750 or by cmail at greg campbell(2fda hks.gov. if d:sir:d
For questions regarding this document that relate to devices regulated by CBER, contact Stephen
Ripley at 301-827-6210.
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for Medical Devices

Draft Guidance for lndust.ry and
Food and Drug Admsinistration Staff

DRAFT GUIDANCE

document is being distributed for comment purposes

This draft guidance
only.

Document issued on December 19, 2023.

You should submit comments and suggestions regarding this draft document \\Anlhm (v()- days of
pitlication in the Federal Reziiter of the antice anpowcirg tlic availability of the draft

guidance. Submit clectronic © to https://www reguiations.gov. Submit wnitten

comments to the Dyckets Management Staff. Food and Drug Administration, 5630 Fishers Lanc,
Reow, 1061, (HIFA-303), Rozkv La, MD 20847-1740. Identify all comments with the docket

numbser listed in the notice of avaiability that publishes in the Federal Register.

For questicns =bexi this document regarding CDRH-regulated devices, contact the Office of
Clinical Evidence and Analysis at CDRHClinicalEvidence/@ fda.hhs.gov. For questions about
this document regarding CBER-regulated devices. contact the Office of Communication,
Ovtregeh, and Davedepment /OC0D) at 1800 8254709 or 240-402-8010, or by email at
cooduptca bhs yiov,

)\'hen final, this guidance will supersede “Use of Real-World Evidence to
Support Regulatory Decision-Making for Medical Devices,” issued August
T,

U.S. FOOD & DRUG US. Department of Health and Human Services

Food and Drug Administration
. Center for I :vicss and Radiological Health
Center tor Biologics Evaluation and Research
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More guidance on submission components & expectations

Appendices ble 1- Recommended RWD Relevance Elements for Submission of RWE
Item (Linked to Section V.) Information | Information | Recommended
* Table of Recommended RWD Relevance Elements for for Sponsors | for Sponsors | Location in FDA
o e to Document | to Provide to | Submission
Submission of RWE (e.g.. to make | FDA in
available for | Submission
inspection)
° Ta ble of Recommende d RWD Reli a bility Elements for Dete_rmine RWD source contains sufficient | x (detailed) X (rationale) Pro?ocol
detail to capture data elements and address (rationale for
Su bmission of RWE the study question study question
and data element
definitions)
Assess longitudinality of data source X Protocol
° Exa mples Where RWE iS Used Assess continuity of care in data source X ir;(t)(;tcol and
e New or Expanded |ndications for Use Ensure reasonable time between data X Protocol and
collection and release for research report
° 5 2 2 S u b m | SS | ons Consider changes in clinical X X Protocol
practice/guidelines over time
° Assess timing of availability of any new X Protocol and
CO nt rOl g rou p (i.e., updated) data after initial data report
° availability
S u p p I ementa ry Data Assess whether and how data from different X
° RWE O bta | n ed fro m U se Of E U A d eVi ce sources can be obtained and integrated, Protocol
given the potential for heterogeneity in
population characteristics, clinical
practices, and coding across data sources
If done, use of a predefined linkage X (detailed) | x (high level) | Protocol
methodology that is scientifically valid and
accounts for differences in coding and
reporting across sources

J&J MedTeCh Global Regulatory Policy




Role of Public-Private
Partnerships to
Advance Regulatory
Science and Policy




o ® innovative
. o health
initiative

IHI is a partnership for health research and innovation between the EU
and Europe’s life science industries.

%0
COCI R % MedTech Europe

% \2, Vaccines Europe S
mey#eaé%mm ® from diagno

Co-funded by
the European Union

IHI core goals are to:

* translate health research and innovation into tangible benefits for patients and
society, and

° ensure that Europe remains at the cutting edge of interdisciplinary, sustainable,
patient-centric health research.
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IDERHA Vision

Integration of heterogenous Data and Evidence towards Regulatory &
HTA Acceptance

Build an open, disease agnostic and federated data space which enables connectivity, access, use and
reuse of digital health data

| O I Develop consensus policy recommendations on
O 1) health data access
N

2) heterogeneous health research (e.g., RWE) for regulatory & HTA decision-making




IDERHA Secure Data Access Infrastructure Principles
Based on standards, enabling interoperability & easy re-use of existing solutions incl. FAIR, GA4GH* & IDSA**

Q°

Governance Technical Solution

Sending Analysis Receiving Analvsis R t
Request | Data Request / Analysis Tool / Algorithm > eceiving Analysis Reques
Receiving the Results of G e | Source Di?HIZ:é:SESSED
the Analysis ufts 7 Insig no
*GA4GH: Global Alliance for Genomics and Health (GA4GH) sets standards and frames policies to expand genomic data use_https://www.gadgh.org/ | D E R |—| A

**https://internationaldataspaces.org/ integrating health data


https://www.ga4gh.org/

Policy Barriers, Challenges and Evolution

User: Citizen IDERHA client IDERHA cl:qen services

L e @
a8 %5

User: Researcher IDERHA client IDERHA central node IDERHA federated node Data provider

Criteria for determining the
Acceptability of RWE for
Regulatory & HTA Decision-

Clear governance to enable
Health Data Access & Sharing
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. | D _ Q 0| lO innovative
— |—| z S o health
| I Funded by ' initiative
. . integrating health data

' E | . . Potential benefits of RWE
I VOlvi ng . . Policies and requirements reflect concerns
| Pe s peCtlveS about the potential for poor quality research
| and misuse
| (00 ) Finding: To build trust, policy & programmatic changes
| WF needed to ensure high-quality and transparent research.
I
| Emerglng Best Practices Key PO|ICy GOpS
Landscape of Current
RWD/RWE PO“CieS ~| Align How to assess
—_— | foundational RWE studies
definitions Alignment and determine
- I and terms between the
regulatory and data “fitness
p Define Policy Priorities | i for e
Development .
— . | of RWE- rtErseeions Analytical
_— EngCIge W|th Key specific [— approaches
"' | good RWD, RWE e.g., bias,
l Stakeholders research Create and Al confounding,
| Share key practices generalizability
lessons from research and RWE to support
a Develop | pilot and slslize o medical deF:/Fi)ces
H implementati standards, regulatory
Recommendations O\ e e tools and activities under

checklists e
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