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Today’s presentation

1. Big data Steering group workplan
2. Key achievements in 2021 and future highlights for 2022

3. Deep dive on 'RWE’ priority recommendations
e DARWIN EU

e Complementary activities

4. Future collaborations
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"By delivering the vision of a regulatory system able to integrate Big Data into its
assessment and decision making, we can support the development of innovated
medicines, deliver life-saving treatments to patients more quickly and optimise the
safe and effective use of medicines through measurement of a products performance
on the market.”

Big Data Task Force final report December 2019
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Big Data: from recommendations to implementation

QJan. 2020 QSep. 2020
. ‘Ten recommendations to unlock . Making best use of big data for
' the potential of big data for public ' public health: publication of the
' health in the EU’ ' Big Data Steering Group workplan
: ' for 2020-21
I i I i >
HMA ° | : N
i 1st Big data steering group meeting i Publication of BDSG workplan
in May 2020 1 2021/2023
May 2020 Aug. 2021
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06 07

/M

BIG DATA
~ Stakeholder Veterinary STEERING
engagement recommendations GROUP
PRIORITY
10 11 RECOMMEN
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HMA-EMA Joint Big Data Steering Group work plan

ﬁ DARWIN EU

Data quality &
representativeness

EU Network skills

I Data discoverability

EU Network processes

Network capability to
analyse

Delivery of expert
advice

Governance framework

EU BD stakeholder
implementation forum

Veterinary
recommendations

Apr

May

b 2021

Jun

Jul

Aug

Sep

Oct

“IWIN EU Coordination

Fblication of resules

#|blish Data &

. hary data strategy

DARWIN EU pilot with EHDS

Centre appointed @ Start conducting stiidies for decision making

Diata Quality Scientific advice qualification process review
Warksha;
® p. ® EU Data Qualicy @y ® Workshop on data
Framawork v1.0 qualification process
Data quality &

Representativeness study initiated

jSources &?

available |

® Agrzement on RW Metadata

Launch of the RWD ®
for regulatary purpase {v.1.0)

public catalogue

In of Data Science curricula by BDSG
it of Big data curricula to EU Network via EU NTC

BDSG consultstion on training needs

of CHMP review of PDCO & COMP pilot of RWE integration

learned from raw data analysis of MBAs

@ Establishment of strengthened methods @ipert advice
| Rozadmap for RWE guidance agread
dary use of
E protection
Data protection training

Strengthen BDSG
through EU NTC

ethics expertise
EHDS legal proposal and impact
zssessment study discussion

Intemational regulztors summit on data / RWE

' Intemnational collzboration on framewark for RWE
Strategy

@ Sstakeholder forum

International cooperation forum .

ion at BDSG and the Vet Data Hub established

Jan Feb
b 2022

Nov Dec Mar Apr May Jun Jul Aug Sep
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EU regulatory network routine access to RWE

Technical |
discussion with TEHDAS |

BDSG discussion on Pharmacogenomic use cases

Report on 1st year of operation

® Recommendations to
strengthen data qualification

Yy
NN

. Technical discussion
with TEHDAS

Digital academy v1.0

Definition of priorities for
metadata of scientific

On track

RWE in MAA g SAWP pilot of RWE integration “ information MAA submissions
CAT & CHMP pilot of RWE integration
an BDSG discussion on Pilot on data driven Scope raw data Publication of draft guideline Scope raw dat= far
ter change management interrogation on or non clinical on ALin medicines regulation manufacturing & guality
e scientific infermation -
n gSenb‘ﬁ: informatian e o preliminzry findings @ riccrpon® @@ . ‘, et ® 5
Metwork's review on Interim lessons ‘Workshop on Submission & Fallow-up

Analysis of Raw Data in MAAs workshop on AL

Fully strengthened
D e

Technical discussion with
TEHDAS on data governance

BDSG mandata review and
benefits asssssment

Review of Data Standardisation Strategy I
@ Sswkehalder forum I
Fellow-up
@ soicholder forum I
Oct MNov Dec |Jan Feb Mar
» 2023
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\YVRE Key achievements in 2021 and future highlights for 2022 ¢

2021 2022
Procurement launched Cf)ordlnatl-cnn Centre_ a_appomt_ed — Support EHDS2 pilot - Start conducting
S’lex;s DARWIN EU pilot/studies for decision making
Procurement launched for academic consortium to EU Data quality Framework v1.0 available - Recommendations to strengthen
v I ?ea;fegg:thattyiviness deliver a data quality framework data qualification - 2 workshops on data quality and data qualification .

Agreement on RW Metadata for regulatory purpose (v.1.0) - Launch of RWD

Study of metadata for real-world data public catalogue

Next
slides Data discoverability
L]

Data science curriculum finalised — Survey of skills . . . - . . .
Next .
s“zesl EU Network skills completed - Training delivery outsourcing initiated Roll out of Big data curricula (Biostatistics, Pharmacoepidemiology, Data science)
X RWE use cases developed with PRAC, PDCO, COMP - ) : .
Next [ EU Network u veloped wi RWE integration pilots (PDCO, COMP, SAWP, CAT, CHMP)

stides 7] processes Learnings initiative workshop November 2021

I Network capability Discussion on Clusters of Excellence - AI workshop  Clusters of Excellence paper - Draft guideline on AI in medicines regulation -

to analyse Pre-pilot on raw data analysis completed Workshop on Raw Data in MAAs and Pilot of raw data analysis execution
Next I Delivery of expert ENCEPP RWE methods guide published - RWE and L . . . i
i i R . . Publication of registries guidance - Roadmap for RWE guidance agreed
slides [ff  advice advanced analytics expert advice established 9 9 P 9 9
Governance A _ A
framework BDSG recommendations on ethics advice E:iolzzclfii?.: proposal and impact assessment study supported - publish Q&A on data

International initiatives ~ Data standardisation strategy adopted Dec 2021 -

Progress on RWE Collaboration Roadmap with FDA International regulators summit on real-world evidence

I EU BD stakeholder
implementation forum Multi stakeholder forum Big Data - Dec. 2021 Stakeholder forum

Veterinary
I recommendations Workshop on the Veterinary Data Strategy International cooperation forum and the Vet Data Hub established
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14 L
1 Organization,
: Processes and
\ Governance

I Skills, methods &
: technology (incl.
| DARWIN EU)

Data
discoverability and

characterization +

(
|
|
: decision
1

_———— -

Data Driven EMA scientific committees:
!p PDCO, PRAC, CHMP, CAT,

Data quality making SAWP, COMP, CMDH...
A 7/
el [ National Competent ]
Lo~ Authorities
et Others: EC, HTA bodies and
//” [ payers, EU health agencies]

Vision to enable the generation and use of RWE in decision-making
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Data (and studies) discoverability, characterisation and
quality
A catalogue of data sources (including registries) is being developed - Q4 2022 (TBC)

« The catalogue will be a newer and better version of the current ENCePP Resources Databases, focusing on
data sources available in EU

« The catalogue will be searchable, and will include metadata describing the main characteristics of each
data source

« E.g. population size, demographics, type of care covered, diseases of interest covered,...

A catalogue for studies based on EU PAS Register will also be delivered - Q4 2022 (TBC)

« Useful to identify what studies have been done on a disease/product and which data sources have been
used

First version of EU Data Quality Framework for big data used in the regulatory decision-
making process is expected in 2022

8
Classified as public by the European Medicines Agency
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Coming in 2022: DARWIN EU® Status:

« Coordination centre

DARWIN EU is a federated network of data, expertise and services appointment expected
early 2022
EU Medicines Regulatory Network . First pilot/studies from
2022
« EMA - provides leadership, setting standards, contracting studies, j
overseeing
 European Medicines Regulatory Network - including EMA scientific Eua e

committees and working parties, national competent authorities (NCAs) and Scentific Committees
the European Commission: request studies via EMA

European Health

Data Space
Data Permit
The Coordination Centre

Data Source
Data Partner

¢ Establishes and maintains the network (including onboard/maintain
data sources), manage the execution of scientific studies

Data Source

Coordination Data r:)e[mit
Center GEIHIER

Data Partners, incl. Data Permit Authorities

Data Partner

e Partners who have access to data, or who may request analyses in a data Direct Data Permit
source and provide results to the Coordination Centre Data Partners Authority

¢ This includes Data Permit Authorities (DPAs), already existing or to be
created as part for the European Health Data Space (EHDS)

9

Data Partner
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Refine methodologies for the use of RWE:

« Call published for the Horizon Europe Cluster 1 Health, submission from Oct. 21 to Apr 22 (HORIZON-HLTH-
2022-TOOL-11-02: New methods for the effective use of real-world data and/or synthetic data in regulatory
decision-making and/or in health technology assessment)

Evaluation of the impact of RWE in the decision-making process and to promote the provision of
recommendations for best practice

Big Data learning initiative workshop 30 November 2021.:

« track and learn from relevant Big Data applications through the product life-cycle and feed learnings to
reflection papers and guidance.

Developing training Data Science, Pharmacoepidemiology and Biostatistics
Curriculum agreed in 2021 and delivery and roll-out planned for 2022

Creation of a Methodology Working Party with dedicated expertise in RWE

10
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Three potential use cases for the support to
committees’ decision-making

From a regulatory perspective, RWE aims to support committees’ decision-making in three main areas

Use case Support the planning &
validity of applicant

Understand clinical Investigate associations

objective studies context and impact
Design and feasibility of Disease epidemiolo Effectiveness and safety
planned studies P 9y studies

Use case

category
Representativeness and Clinical management & drug .
validity of Completed studies utilisation EEES ©F Mg 1oy SEHeE

Classified as public by the European Medicines Agency
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CHMP
CMDh

NCA

HTA/
Payers

EHDS2 pilot

DARWIN EU

Oct 2021 - Jan 2022 P Feb - Dec %022 Fron} 2023

7

7 7
Implementing lessons learnt Routine support

PoC

PoC

Routine support

Use cases definition,

workplan agree

Initiate discussion
cases

Initiate discussior
cases

Pilot prepar

ation

on use

. Routine
BC

T

on use

TBC

Initiate an exploratory TBC

discussion on use cases

EHDS?2 pilot

First pilots/studies

Lessons learnt and
amendments/ p;
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Examples of benefits for industry

Industry will be consulted in the roll-out of RWE

Benefits of the RWE initiatives include

« Better evidence supports better decisions
. Regulator advice supporting products in development
. Regulator decision supporting authorization
« Enabling an optimal use of the products
« Better RWE submissions, the ability to contextualise information provided, and better understanding of
evidentiary value will result in a higher acceptance of RWE in marketing authorisation submissions
. Reduce drug development costs
« Time saved in developing new treatments
« Conduct of PASS for established, including generic, products

«  When legal obligations are placed on multiple companies having a marketing authorisation for a particular
substance, studies conducted by the network could help avoiding duplication and reducing cost

13
Classified as public by the European Medicines Agency
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DARWIN EU Industry consulted on key aspects when needed (methods, processes and transparency)
I Data quality & Industry to be consulted on EU data quality framework (e.g. workshops participation, survey...)
representativeness

I Data discoverability Industry to be consulted on metadata and catalogue of studies (e.g. workshops participation, survey...)

I EU Network skills

EU Network Industry to be informed on RWE pilots/studies
processes

I 't“oeg‘ﬁglr:fsgapab”ity Industry to be informed pilot on raw data analysis I
Delivery of expert . . . . .

I advice Industry to be informed/consulted on Registries guidance and Roadmap for RWE guidance l
Governance
framework Q&A on data protection will be shared with Industry

International initiatives Industry possible opportunities on roadmap on international collaboration on RWE

EU BD stakeholder

implementation forum Industry is invited to each Multi stakeholder forum Big Data
Veterinary

recommendations

Classified as public by the European Medicines Agency
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Learnings Initiative: deep dive on real-world evidence in
regulatory decision-making — Webinar 30 November 2021

® Ob_]ECtIVGS : Agenda details

Tuesday, 30 November 2021

« learn from current experience of using real-world
data for regulatory purpose

« discuss important challenges related to optimal use
of real-world data, including data relevance,
submission processes and training needs

« discuss means to support effective collaboration with
stakeholders, including industry, the regulatory
network, academia, HCPs and patients.

+ Expected outcomes:

« Recommendations to be fed back into processes,
stakeholder consultations.

« Ultimately learnings support individual product
submission and guidelines.

15 Update from the Big Data Steering Group
Classified as public by the European Medicines Agency
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Multi stakeholder forum Big Data — 07 December 2021

Agenda details

« Objectives:

Tuesday, 7 December 2020

11:30

Session 2: Big Data - enabling use and establishing value (cont.)

. inform stakeholders on the delivery of the data T veeeme i
pillar of the Network Strategy 2025 via the HMA- =~ ™™™ ’
EMA Big Data Steering Group (BDSG) workplan. ot o
« listen to stakeholders’ views and feedback. — .
« discuss areas for collaboration.
» Expected outcomes: e vt
« recommendations to be fed back into BDSG T o
Workplan’ Change management and Communication 10:10 Session 2: Big Data - enabling use and establishing value

Data discoverability
Speaker invited 5

Panel discussion 25"

Discussants invited

Skills

Speaker invited 5
Panel discussion 25
Discussants invited

Regulatory pracesses for data
Speaker invited 5
Panel discussion 25"

Discussants invited

Regulstory capability to analyse data
Speaker invited 5

Panel discussion 25"
Discussants invited

14:30

Session 2: Big Data - enabling usa and establishing value (cont.)

strategy

16

Co-chairs: Petar Arlett, EMA and Jesper Kjer, DKMA

DARWIN EU

Spesker invited 5

Panel discussion 25"

Discussants invired

Data quality & representativeness

Speaker invited 5

Panel discussion 25"

Discussants invited

Classified as public by the European Medicines Agency

Delivery of expert advice
Speaker invited 5

Panel discussion 25"
Discussants invit

Data governance
Speaker inviced 5

Panel discussion 25"
Discussants invited

International activities
Speaker invited 5
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Conclusion

« Progress on implementation of the Big Data recommendations continued in 2021 and plans

for 2022 will enable to provide stakeholders with tangible deliverables.

« Implementation will require strong engagement and collaboration with stakeholders in
2022.

"By delivering the vision of a regulatory system able to integrate Big Data into its assessment and decision
making, we can support the development of innovated medicines, deliver life-saving treatments to patients
more quickly and optimise the safe and effective use of medicines through measurement of a products
performance on the market.”

Big Data Task Force final report December 2019

17
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Thank you

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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