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• Reinforcing patient relevance in evidence generation is key priority for the EU Network 
Strategy and in EMA’s Regulatory Science Strategy

• Need for systematic inclusion of Patient Experience data (PED) in medicines 
development and regulation

• PED is a new scientific discipline – balance difficult methodological discussions with 
stakeholder engagement

• Collaboration of multi-disciplinary experts cross-Agency and within EU Network

• Opportunities for patient-generated digital data thanks to novel technologies

• The EU Network Strategy’s delivery plan and CHMP’s 2024 workplan incorporate two 

key deliverables:

• Reflection paper on the best EU approach to generate, collect and analyse PED

• Explore how to improve transparency in the Assessment Report 

Patient Experience data part of the EMA regulatory science 
strategy 

https://www.ema.europa.eu/en/documents/report/european-union-medicines-agencies-network-strategy-2025-protecting-public-health-time-rapid-change_en.pdf
https://www.ema.europa.eu/en/documents/report/european-union-medicines-agencies-network-strategy-2025-protecting-public-health-time-rapid-change_en.pdf
https://www.ema.europa.eu/en/documents/regulatory-procedural-guideline/ema-regulatory-science-2025-strategic-reflection_en.pdf


• ICH reflection paper - proposed ICH guideline work to 
advance Patient Focused Drug Development

• Implementation of the estimand framework (ICH E9)

• EMA 2022 workshop Patient Experience Data (PED)

• EMA Reflection paper to PED planned for 2024

• EMA early dialogue with patient organisations for 
orphan marketing authorisation applications

• Qualification procedures:

o Validation studies 
o Use cases

• Revised D80 Clinical Assessment Report
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Ongoing activities on using patient experience data 

https://www.ema.europa.eu/en/documents/scientific-guideline/ich-reflection-paper-proposed-ich-guideline-work-advance-patient-focused-drug-development-pfdd_en.pdf
https://www.ema.europa.eu/en/documents/scientific-guideline/ich-reflection-paper-proposed-ich-guideline-work-advance-patient-focused-drug-development-pfdd_en.pdf
https://www.ema.europa.eu/en/documents/scientific-guideline/draft-ich-e9-r1-addendum-estimands-sensitivity-analysis-clinical-trials-guideline-statistical_en.pdf
https://www.ema.europa.eu/en/events/multi-stakeholder-workshop-patient-experience-data-medicines-development-regulatory-decision-making
https://www.ema.europa.eu/en/events/multi-stakeholder-workshop-patient-experience-data-medicines-development-regulatory-decision-making
https://www.ema.europa.eu/en/documents/report/pilot-early-dialogue-patient-organisations-orphan-marketing-authorisation-applications-outcome_en.pdf
https://www.ema.europa.eu/en/human-regulatory/research-development/scientific-advice-protocol-assistance/qualification-novel-methodologies-medicine-development-0
https://www.ema.europa.eu/en/human-regulatory/research-development/scientific-advice-protocol-assistance/qualification-novel-methodologies-medicine-development-0
https://view.officeapps.live.com/op/view.aspx?src=https%3A%2F%2Fwww.ema.europa.eu%2Fen%2Fdocuments%2Ftemplate-form%2Fday-80-assessment-report-clinical-template-guidance-rev1023-revamp_en.docx&wdOrigin=BROWSELINK
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Existing guidance on PROs 

https://www.fda.gov/regulatory-information/search-fda-guidance-documents/core-patient-reported-outcomes-cancer-clinical-trials
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Problem statement: gap in the systematic 
implementation of PROs in regulatory and HTA 
decision-making due challenges decision makers 
face in interpreting PRO data

Objective: How can PROs and HRQoL data 
inform regulatory decision and cover HTA 
needs with an International collaboration? 

- 1007 registered participants
- Presentations and video available on EMA website

Joint EMA/EORTC workshop: How can PRO and HRQoL data inform 
regulatory decisions? 29 February 2024 

https://www.ema.europa.eu/en/events/ema-european-organisation-research-treatment-cancer-eortc-workshop-how-can-patient-reported-outcomes-pro-health-related-quality-life-hrqol-data-inform-regulatory-decisions
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Learnings from regulators and HTAs and discussion 
aiming at providing clarity on the role of PROs for 
decision-making 

What are the expectations and what can be 
achieved

Facilitated discussion amongst International 
regulators, HTAs, patients, academics and industry
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Discussion on the tools and measures to use

Discussions on case examples

Like for any other endpoint, need for consistent 
methodological standards and clear research 
objectives
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• Engaging with patients in medicines evaluation:

• Very positive experience to date

• Brings relevant outcomes for patients, such as PROs and HRQoL, into scientific discussions

• Increase transparency - Update of Assessment Report 

• New Regulations coming in Europe: 

• HTA Regulation to be implemented in January 2025 for oncology medicines

• Pharma legislation 

• Workshop aimed towards convergence between Regulators and HTAs on use of PROs and QoL data in 

decision making for the patients benefit

Conclusion 



Thank you for your attention

Official address Domenico Scarlattilaan 6  ●  1083 HS Amsterdam  ●  The Netherlands
Send us a question Go to www.ema.europa.eu/contact 
Telephone +31 (0)88 781 6000

Further information: caroline.voltz@ema.europa.eu

Follow us on    @EMA_News
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