Disclaimer

« The views expressed in this presentation are the personal views of the author(s)
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.

« The owner of copyright and other intellectual property rights for this presentation
is EMA. The information made available in this presentation may be reproduced in
accordance with the EMA Legal Notice provided that the source and the author is
acknowledged.

« The presenter does not have any conflict of interests.
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https://www.ema.europa.eu/en/about-us/about-website/legal-notice

Session background and objectives

Research and evidence generation for medicines including new uses

Source of topic: suggestions by platform participants, regulatory science research
needs (RSRN), prioritisation by platform steering group

Help researchers seek interdisciplinary collaborations, e.g. on pharmacology,
safety experts, building a case

Help addressing regulatory science research needs (RSRNs) related to the topic
Promote approaching medicine regulators, EMA and Member state

Promote using time until new EU pharmaceutical legislation may provide for
EMA’s scientific opinion on evidence by not-for-profit entities (‘repurposing’)

European platform for regulatory science research meeting 30 April 2026 EMA



RSRNs related to evidence generation

for uses of medicinal products

RSRN Research need Priority topic Keywords Domain of
ID impact
Focus area: Going beyond current regulatory pathways
RP1 Research on the impact of 1. Review and describe the o Medical Human
medical devices and evidence framework and device/drug medicine
medicinal product / medical methodological principles combination
devices combinations on for generating scientific e Combination
the medicine’s lifecycle and evidence underpinning product
the regulatory system medical devices, o Clinical trials
medm_me; and their e Regulatory
combination (G) framework
RSRN Research need Priority topic Keywords Domain
ID
Focus area: Platform technologies and vaccines
NT1 Research on mRNA-based 1. Generate scientific e Platform Human and
medicines across evidence on efficacy and technologies Veterinary
therapeutic areas with a safety as determined by mRNA Medicine
focus on oncology and rare the type of mRNA (e.g., Oncology

diseases

self-amplifying,
trans-amplifying, circular)
considered for future
medicines in comparison to
mRNA types used in
authorised medicines (A;
D; E)

2. Generate scientific

avidanra nn haw malacilar

Rare diseases

https://www.ema.europa.eu/en/about-us/what-we-do/reqgulatory-science-

research/reqgulatory-science-research-needs
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Need for generating evidence...

...on a particular medicine under investigation Medicinal product

research, develop-
. 802 ment and evaluation
& - [68] = B H o i - 205
[mallcaistides] | [inviio] [inwiol --. CEMAECpchgonmarket  Pharmacovgiance

...on methods and their application in developments ‘90@)"5@ latory
S
Domain I: Domain II: Domain III: o’)
Investigating and Investigating and Investigating and N /
establishing tools and establishing approaches evolving the regulatory * Pr. Jendent
methods for specific for optimising evidence activities and system « Open - approach
activities in drug generation « Often a. .emia leading

Often multiple stakeholders

development
Often publicly financed



“Research and evidence generation...”?

- “Data”: e.g., ‘raw’ observations or measurements

- “Evidence generation”: a deliberate (planned), methodologically sound,
systematic process of producing data and analyses to accumulate evidence, e.q.
with the purpose to support a claim for a new medicine or new use

- “Evidence”: data that are analysed and interpreted with a view to inform
regulatory decisions; various types of evidence can be used

https://www.ema.europa.eu/en/about-us/what-we-do/authorisation-medicines/how-ema-
evaluates-medicines-human-use
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“...for new medicines and new uses”?

« Typically, ‘'use’ means a medicinal product with an authorised indication

» Regulators scrutinise (“assess”) and describe the data
o Assessment report(s)

o Authorised “Therapeutic indication” =
Summary of product characteristics (SmPC) section 4.1

o SmPC sections 4.2 (posology) and 5 (data on pharmacological properties)

« ‘Indication’ does not imply that the medicine is the best option for all patients;
“are there patients in the right decision context who prefer drug to placebo?”

« ‘Indication’ describes the population that includes such patients
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MA = marketing authorisation
CAP = centrally authorised

Pathways for patient access - medienal product

high-level overview
EU-M4ALL

Reimbrsmnt
HTA, GL, ...
EMA OPEN

EU MA CAP
(mandatory and
optional scope)

National MA (if
not mandatory
scope for CAP)

Single Patient Member European

patient group state Union
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Presenter Notes
Presentation Notes
Specific legal provisions exist 

2001/83 art 3.1 any medicinal product prepared in a pharmacy in accordance with a medical prescription for an individual patient (magistral formula) 

2001/83 art 3.2 any medicinal product which is prepared in a pharmacy in accordance with the prescriptions of a pharmacopoeia and is intended to be supplied directly to the patients served by the pharmacy in question (officinal formula).

2001/83 art 5 medicinal products supplied in response to a bona fide unsolicited order, formulated in accordance with the specifications of an authorised health-care professional and for use by an individual patient under his direct personal responsibility

726/2004 art 83 compassionate use

-- compassionate use = use of unauthorised medicine outside a clinical study in individual patients under strictly controlled conditions; make medicines that are still under development available to patients


Eudralex - rules governing
medicinal products in the EU

 Volume 1 - EU pharmaceutical legislation for medicinal products for human use

 Volume 5 - EU pharmaceutical legislation for veterinary medicinal products

* Volume 2 - Notice to applicants and regulatory guidelines for medicinal
products for human use

« Volume 3 - EMA scientific guidelines for medicinal products for human use

* Volume 4 - Guidelines for good manufacturing practices for medicinal products
for human use and veterinary medicinal products

« Volume 6 - Guidance to applicants for veterinary medicinal products
* Volume 7 - Scientific guidelines for veterinary medicinal products
* Volume 8 - Maximum residue limits

* Volume 9 - Guidelines for pharmacovigilance for medicinal products for human
use and veterinary medicinal products

« Volume 10 - Guidelines for clinical trials for medicinal products for human use
(CTA, safety reporting, quality of IMP, inspections, FIH, GCP)
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Types of data in a dossier

Data to support new medicines including new uses

Not part
of the CTD

information
Module 1

Non-clinical
. 1

S 1 Clinical

i overview

“Common Technical Document” (eCTD)
* Module 1 Administrative information
Module 2

o Quality overall summary

Module 2

.....................................

o Non-clinical overview, summary

1l 1l
Quality overall i Non-clinical i Clinical
summary | summary t summary
ll 1l
1l

o Clinical overview, summary
Module 3 Quality data

Module 4 Non-clinical study reports

Clinical study
reports

Module 5

Non-clinical
study reports

Module 4

Module 5 Clinical studies reports

The CTD triangle. The Common Technical Document is organized into five modules. Module 1
is region specificand modules 2, 3, 4 and 5 are intended to be common for all regions.

9 European platform for regulatory science research meeting 30 April 2026 EMA




D
Options to interact with EMA and NCAs*

across the medicine life cycle

e

o
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NCA = National
competent authority
of EU Member state

* indicates option is
provided by NCAs,
otherwise by EMA
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Presenter Notes
Presentation Notes
ATMP classification = 

https://www.hma.eu/fileadmin/dateien/HMA_joint/00-_About_HMA/03-Working_Groups/EU-IN/2026_03_EU-IN_guidance_available_scientific_and_regulatory_support_tools_at_national_and__European__level.pdf

Issues noted by regulators discussing
with developers of new medicine uses

* Main endpoints not as typically used for regulatory evaluation

« No pharmacokinetic data collected, scarce rationale for dosing (posology)

« Sample size of trials, overall or for subgroup

« Trial design does not ‘isolate’ treatment effect (includes no internal control)
* Funding of trials limited to specific region or durations

* (Unclear approaches for commercial partnering)
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Presenter Notes
Presentation Notes
(academia briefings, EORTC, repurposing etc.)

This has a focus on methodological issues 

Patient engagement was often noted, clinical relevance of endpoints stood 

Learn and confirm 
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