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Scene-setting

1



European Medicines Regulatory Network (EMRN)

Strategy 2025

By 2025, the use of Real-World Evidence 

will have been enabled and the value will 

have been established across the 

spectrum of regulatory use cases

Arlett P. et al. Clin Pharmacol Ther. 2022 Jan;111(1):21-23. doi: 10.1002/cpt.24792



RWD and RWE play a crucial role in bridging the gap

between clinical research and practice

• Evidence generation is planned and guided by data, 

knowledge and expertise

• Research question drives evidence choice and embraces 

spectrum of data and methods

• Clinical trials remain core but are bigger, better 

and faster

• Real world evidence is enabled, and its value is 

established

• The patient voice guides every step of the way

• Healthcare systems are supported in their choices 

• High levels of transparency underpin societal trust
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At the core of a successful MA dossier 
is excellent clinical evidence



Models and approaches for 

utilizing RWD

Non-Interventional Studies

Causal Inference Methods

Target Trial Emulation

Pragmatic Clinical Trials

Machine Learning and Artificial

Intelligence

Natural Language Processing

…

Data quality and completeness

Ethical considerations

Methodological rigor

Generalizability

Collaboration

…
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Challenges and

Opportunities



Current landscape of EU guidance in this field
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Oct. 2021 Dec. 2021 May 2022

Oct. 2023 + RWD chapter
Revision ongoing …



Methodology Working Party (MWP)
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• Established by CHMP to leverage expertise in key areas: 

RWE, biostats, modelling/simulation, PK, PGx

- Product-related support to EMA Committees and SA Working 

Party 

- Engagement with stakeholders (regulators, trade 

associations, patient/HCP organisations)

- Preparation, review, update of guidelines/ concept 

papers, training and workshops for assessors

• EU experts nominated by CHMP, 3-year work plan

- Roadmap for the development of further RWE guidance



International ‘guidance’ context
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ICH M14 Guideline on non-

interventional pharmaco-

epidemiological studies for safety 

assessment of medicines → Public 

consultation on draft guideline on-

going, establishment Jan 2025

ICH Reflection Paper 

Pursuing opportunities for 

harmonization in using 

RWD to generate RWE, 

with a focus on 

effectiveness of medicines

Two proposed guidelines: 1) RWD/RWE terminology, metadata, and 

assessment principles, 2) RWD/RWE protocol and report format, and study 

transparency

Initial step of an incremental approach towards harmonisation of regulatory 

RWE guidance

Following possible topics for subsequent ICH guidelines, based on interested 

parties’ feedback:

• Best practices for data quality including reliability and relevance, building 

on existing guidance documents

• Data standards for RWD

• Appropriate application of study designs and data analyses

https://www.ich.org/page/multidisciplinary-guidelines
https://www.ich.org/page/reflection-papers#7-1


Goals of the workshop 
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Objectives

❑ To hear the views of stakeholders and experts

▪ on the draft RWE reflection paper open for public consultation 

▪ on priorities for further regulatory guidance development and 

collaboration beyond the reflection paper

❑ To engage with stakeholders on RWE methods in regulatory decision making
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Agenda 

❑ Session 1. Discuss and Present the Reflection paper on use of real-world data 

in non-interventional studies to generate real-world evidence (Open for public 

consultation up to August 31, 2024)

❑ Session 2. RWE methods to support EU regulatory decision making

1. Target Trial Emulation and Estimand framework for non-interventional 
studies (Session 2a)

2. RWD-derived external controls in Clinical Trials (Session 2b)

❑ Session 3. The next three years: Roadmap for development of RWE guidance 

to support the Methodology Working Party workplan 2025-2028
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https://www.ema.europa.eu/en/reflection-paper-use-real-world-data-non-interventional-studies-generate-real-world-evidence-scientific-guideline
https://www.ema.europa.eu/en/reflection-paper-use-real-world-data-non-interventional-studies-generate-real-world-evidence-scientific-guideline
https://www.ema.europa.eu/en/committees/working-parties-other-groups/chmp/methodology-working-party


Wishing you all a nice workshop
and great discussions!
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