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Disclaimer

These slides are copyright of the European Medicines Agency.
Reproduction is permitted provided the source is acknowledged.

The presenter does not have any conflict of interest.

The views expressed in this presentation are personal views and may not be
understood or quoted as being made on behalf of, or reflecting the position of the
European Medicines Agency or one of its committees or working parties.
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EU Reqgulatory Perspective on “Clinical Evidence”

Patients voice

« Patient voice guides every step of the way

- Evidence generation is planned and guided Transparencv knowledge /
by purpose, data, knowledge and expertise n[ln ﬁ
« Research question drives evidence choice
and embraces spectrum of data and methods Clinical %
« Clinical trials remain core but are Ev-g:;;?og:sed evidence Research
smarter, better and faster - )
@ 58,

- High transparency level underpins societal trust reat-worta 11 Clinical

evidence

- Real world evidence is enabled, =
and its value is established — generatm ]%
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3 main pathways to use RWD for generating RWE @EMA

-‘

A =

Studies procured through
EMA FWCs

EMA studies using in-house
databases

 Primary and secondary * Framework contract (FWC)

since September 2021:
services of 8 research
organisations and academic
institutions

care health records from
France, Germany and UK

« Access to wide network of
data sources: 59 data
sources from 21 EU countries

» Ability to leverage external
scientific expertise

DARWIN

SEUAT

DARWIN EU®

+ Coordination Centre launched
February 2022

* Onboarded 20 data
partners during the first 2
years

« 20+ studies finalised

« Additional 10 data partners
are foreseen to be added
each year for 2024 and 2025
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Data Analysis and Real-World Interrogation Network

DARWIN EU® EMA Scientific European Health
Federated network of data, i s oete ppace
expertise and services that @ | ° = osa soe
supports better decision-making I —
throughout the product lifecycle by @ e
generating valid and reliable | LT
evidence from real-world @

healthcare data

~— __ Coordination Data Permit 1
= _ Centre Authority
FEDERATED NETWORK PRINCIPLES o Pg
- Data stays local plrect Data D tp=t "
- Use of Common Data Model (OMOP) to — Data Permit
perform studies in a timely manner and = Authority

increase consistency of results
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Data Partners
Access to data from ~130 million patients in 2024

The Netherlands ~ Vs Norway
Integrated Primary Care Information Norwegian Linked Health Registries
Netherlands Cancer Registry
. Finland
Belgium ™ r FinOMOP
IQVIA Longitudinal Patient Database Belgium
J' Estonia
United Kingdom ( University of Tartu (Biobank)
Clinical Practice Research Datalink (CPRD GOLD)
UK BioBank Denmark
‘/ Danish Health Data Registries
France X (onbearding in progress)
Bordeaux University Hospital
Systéme Mational des Données de Santé L k
. Germany
IQVIA Disease Analyzer Germany
Portugal
Unidade Local de Saude de Matosinhos
Egas Moniz Health Alliance DataBase 0\
d Hungary
Semmelweis University Clinical Data
Spain J .
SIDIAP Croatia
Parc Salut Mar Barcelona, Hospital del Mar (IMIM) Croatian National Public Health Information System
BIFAP

Valencia Health System Integrated Database
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How RWE can support regulatory decision-making?

Support the Investigate

Understand the

associations and
impact

planning and

clinical context validity

Disease epidemiology Design and feasibility of (Comparative)
| studies | Effectiveness and safety
| studies

Clinical management

Representativeness and :
| validity of completed Impact of regulatory
Drug utilisation § studies | actions
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Reports on RWE experience

HMA © EMA HMA O EMA

Published Published

Real-world evidence . Real-world evidence .

framework to support in June framework to support N JUIy

EU regulatory 2023 EU regulatory 2024

decision-making decision-making

September 2021 to February 2023 Period February 2023 to February 2024 Per|0d
covered: covered:
Sep 2021 Feb 2023
to Feb to Feb
2023 2024
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Focus on 2M9 report

60

NEW research topics

+18

Prior research
topics

Research
(Feb '23 - Feb '24) topics 47 | 23 -
Feasible . Not feasible Feasibility
’ ongoing

Studies 22 20 .! \
38 1 6 6 , ; _ Discontinued
DARWIN EU In-house J FWC Completed i Ongoing/ Not

on hold (2) accepted

9 9 .

DARWIN EGWC In-house
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Study topics by ‘requester’ from Feb ‘23 to Feb ‘24

PRAC
PDCO
ecoC/ETF [ - D i
sawp  RER-_—
CHMP
EMA (internal)
PRAC Pharmacovigilance Risk Assessment Committee
MSSG/SPOC PDCO Paediatric Committee

ECDC European Centre for Disease Prevention and Control

HMPC _ ETF Emergency Task Force
SAWP Scientific Advice Working Party
CHMP Committee for Medicinal Products for Human Use

COMP MSSG Executive Steering Group on Shortages and Safety of Medicinal Products
HMPC Herbal Medicines Product Committee

HTA/Payers COMP  Committee for Orphan Medicinal Products
HTA Health Technology Assessment
EC European Commission
EC CAT Committee for Advanced Therapies
cat IEW
0 5 10 15

Numbers of researched topics

10 m Feasible ®mNot feasible ®Ongoing feasibility/On hold
S LlassiTied as public by the European Medicines Agency
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Type of research topic by use case and feasibility status

Drug utilisation
Safety
Disease epidemiology 5 1

Design and feasibility of future MAH/applicant... Fi D
Effectiveness
Clinical management
Impact of regulatory actions

Represent. and validity of completed study

5 10 15 20

Mumber of unfeasible research topics

m Feasible m Not feasible m Ongoing feasibility
11
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Research topics by Anatomical Therapeutic Chemical (ATC)
classification

L Antineoplastic and immunomodulating agents
J Antiinfectives for systemic use 10

A Alimentary tract and metabolism

N Nervous system

C Cardiovascular system

[
L
L LN
(o}
[y
(w's]
L

V Various |l
R Respiratory system [§i
M Musculo-skeletal system
G Genito-urinary system and sex hormones
B Blood and blood forming organs
D Dermatologicals
0 5 10 1I5

Number of requested research topics

m Feasible m Not feasible m Ongoing feasibility
12
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Recommendations for enabling the use of RWE

Wider access to more diverse and
and other stakeholders.
complementary data sources.

Access to data sources F Collaboration ) ) o
Close collaboration with decision-makers

/" Accelerate ~ .~ Capacity and capability
Strategies to further accelerate RWE D D |:| Develop educational and knowledge
‘,/ generation. management sharing tools.

Regulatory context
Anticipate RWE needs of decision-makers
—

by identifying research questions earlier.

13
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In summary...
Past 4 pFuture

2018-2023 EMA Today 2025 ~2026
2024 ‘ ‘
‘ _-» Scale-up ----» Optimised
As-is state, . usage of Our vision
ngoin
4 IR i RWE By 2025 enable
Past model PO use & establish
value of RWE
RWE maturity ) _
across the Agency ml_e%%/m MLeCC)j%/m Medium High
e o R —— ~10-15 ~40-50 ~80-100 ~100

Increase capacity (access to data
sources, breadths of studies/ analytical

pipelines), shorter timelines...
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Thank you!

Further information

Contact me at patrice.verpillat@ema.europa.eu

Official address Domenico Scarlattilaan 6 « 1083 HS Amsterdam « The Netherlands
Address for visits and deliveries Refer to www.ema.europa.eu/how-to-find-us
Send us a question Go to www.ema.europa.eu/contact Telephone +31 (0)88 781 6000

Follow us on ¥ @EMA_News
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