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The vision: clinical evidence 2030

• Evidence generation is planned and guided by data, 

knowledge and expertise

• Research question drives evidence choice: embraces 

spectrum of data and methods

• Clinical trials remain core but are bigger, better and faster

• Real world evidence is enabled, and 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

Adapted from Peter Arlett (EMA), MORE-EUROPA Workshop, 2023 
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Nature of R&D pipeline: blockbuster to nichebuster

An increasing number of medicines orphan products/ATMPs for conditions with significant unmet need, face
challenges when aligning with the traditional drug development pathway (e.g. traditional RCTs may be
unfeasible, unethical, or less well suited to “precision medicines”).

Need to complement RCT data / addressing uncertainties in post-marketing phase with RWD (e.g. addressing
safety concerns, providing supportive data and further contextualisation).

EMA Annual Report, 2022



A single story of a continuum of tales in regulatory decision making

RCTs mainstay of drug efficacy and safety information for regulators/HTAs

Value of RWD is increasingly acknowledged

▪ Transform, accelerate and de-risk decision making

▪ Improve efficiency in design and conduct of trials

▪ Increase public health impact

Marketing Authorisation

▪ Contextualize study results

▪ Ensure generalisability of results to target population

Post-Authorisation

▪ Appreciate real-world value

▪ Long-term B/R balance
Source:https://copperbowl.de/Chess-Pieces-Tier-List-Cape-Fear-Games-61289.html



Use case example

Mandslay D et al. Comparative Analysis of Post-Authorization Measures for Advanced Medicinal Products Authorized in the European Union and in the United States of America Between 2009 and 2023. Clin Pharmacol Ther. 2024



European Medicines Regulatory Network Strategy 2025

DARWIN-EU® - Access to data from ~130 M patients in 2024

By 2025, the use of RWE will have been enabled and the value will have been established across the 
spectrum of regulatory use cases



Landscape of EU RWD/E guidance (list not exhaustive)



Patient voice in every step: for patients with patients



Regulators & HTA/payers: it’s time to bridge and connect

▪DARWIN-EU may provide interesting opportunities for payers to receive RWD/RWE on 
medicines that may be used as part of their decision-making
▪Collaboration on post-licensing - pilots in oncology (2023/4)

Jansen E, et al. Value Health. 2022

▪Pre-approval joint advice procedures are successful and
highly valued by all stakeholders

▪Information exchange at the time of regulatory decision
is coming together: the EPAR can be further optimised

▪Potential to further improve the evidence utilization
across stakeholders to avoid duplication and streamline
decision making, to ultimately improve access to
medicines for European patients.



Regulatory/HTA interface under the HTA regulation

Courtesy: Michael Berntgen, 10th Industry Standing Group (ISG) meeting, EMA 26 September 2024



Improving efficiency of approval process for new medicines in the EU

https://www.ema.europa.eu/en/news/improving-efficiency-approval-process-new-medicines-eu

▪ Only 35% of MAAs submitted on time (i.e. as per the date
indicated on the letter of intent from the applicant).

- 2018-2022: 30-40%

▪ 42% of companies requested more time to respond to
questions from EMA’s scientific committees during the
assessment (‘extended clock-stop’) because their data was
not mature enough when it was submitted to EMA.

▪ Average duration of clock-stops for initial MAAs: 198 days
(comparable to the average time of assessment (204 days).

- 2022: the average clock-stop was longer (205
days) than the assessment time (196 days).

Ongoing measures that aim to ensure the sustainability of the EU regulatory network

Reinforcing best practices for requests for clock-stop extensions, streamlined templates,
better guidance for assessors, closer dialogue with applicants (…)



Regulatory science research is key to system improvement & innovation

Leufkens HG. Br J Clin Pharmacol. 2019 Apr 10. doi: 10.1111/bcp.13917.

Trust in the robustness of data, trust in behavior of stakeholders (i.e., drug developers,
investigators, and regulators), or trust in the rigor of regulatory decision making have always
been critical to regulatory sciences, also from the perspective of how to ensure trust and how
to tandem trust with control.



Investment in regulatory science is needed to bridge and to cement

Pasmooij AMG et al. The Evolution of Drug Regulatory Sciences in the Netherlands: More than a Country Report. Clin Pharmacol Ther. 2024 Jul;116(1):64-71. doi: 10.1002/cpt.3275..



Pasmooij AMG et al. The Evolution of Drug Regulatory Sciences in the Netherlands: More than a Country Report. Clin Pharmacol Ther. 2024 Jul;116(1):64-71. doi: 10.1002/cpt.3275..

Enabling and leveraging
research and innovation
in regulatory science

ACADEMIA

55 x times

Investment in regulatory science is needed to bridge and to cement



Regulatory science makes medicines work

Drug Store, Edward Hopper (1927)


