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Relevance of PED in B/R assessment

Patient Experience Data (PED) is data reflecting patients/carer’ experience without
input or interpretation by others (e.g. PROs, patient preferences studies, data from
patient engagement activities).

Patients’ views or preferences on medicines or living with a condition is particularly
important for many medicines, such as cancer medicines, where quality of life may
matter most to some patients than other endpoints (e.g. overall survival).

Collection of PED using reliable and validated methodologies can inform benefit/risk
evaluation in addition to other clinical outcomes

In the post authorisation phase, PED can be collected as part of RWD (e.g. in
registries) to generate supportive evidence.

I:> Reinforcing patient relevance in evidence generation is a key priority for the
Network (Regulatory Science Strategy, EMANS to 2025 and EMANS to 2028)
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https://www.ema.europa.eu/en/documents/regulatory-procedural-guideline/ema-regulatory-science-2025-strategic-reflection_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/other/seizing-opportunities-changing-medicines-landscape-european-medicines-agencies-network-strategy-2028-final_en.pdf

EMA’s Action Plan on PED

Priorities

Overall EU strategy
and approach

e Agree overall
approach on PED with
the Network

e List of priorities

e Monitor
implementation

E consultation

e PCOs/HCPs -

fe Therapeutic area

Regulatory
guidance with
stakeholder input

. Reflection paper &: i

: Stakeholder

populating EMA data
catalogues

e PCOs/HCPs -Data

Quality Framework

prlorltles

Improve alignment,

data quality and
methodologies

e Support ICH
guidelines

e Mapping EU and
international
initiatives

e Support HTA/payer
contribution to
reflection paper

e Workshops on
qualification,
registries

e Ongoing projects

Increase
transparency

e Inventory of PED use
cases - scientific
publications

- Update of CHMP
AR template

-----------------------------

e Exploring update of
medicine overview

e Exploring update of
OMAR template

e Link to AI groups

RWE and
digitalisation

e Involvement of PCOs
in Big Data

e Proof of concept
studies

e Literature review of
use of PED in non-
interventional studies

e PED data sources in
data catalogue

e Learnings from
ongoing SMA study

Training and
resources

e Collaborating
experts

e EU Network training
centre

e Coordinate
stakeholder requests

e Overview of projects
on PED with EMA
involvement
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Progress update

2026

2025

Publication of
final PED RP

2024 4

Publication** of
PED RP for public
consultation

Survey analysis

2023 4

Evaluation of
updated CHMP AR

Drafting* of PED
reflection paper

Survey on PED in
therapeutic areas

2022 4

PED expert group

and action plan Update CHMP AR

EMA workshop
on PED

* Draft prepared by experts from CHMP, PRAC, PCWP, HCPWP,
SAWP, MWP, ONCWP, RIWP, CVSWP, CNSWP, IDWP, VWP, NDSG,
COMP, CAT, PDCO, CMDh, ETF and CTCG

** Publication on Monday 29 September 2025
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EU Network expert drafting group for
PED reflection paper

/ S } Committee/experts Examples of areas covered

CHMP All aspects of benefit-risk assessment

PRAC ADR rsportlng, p_rsf_erence for risk
minimisation activities

Rare disease/orphan medicines/ major
COMP contribution to patient care for
significant benefit
PDCO Paediatric aspects (e.g formulation)

CAT Advanced therapies aspects

Multidisciplinary drafting group set up  Working parties:

with experts from the EU Network gg‘é?]'gﬁé’rp\"gsweo’do'og&’r

. : L Network Data Steerin
Covering expertise within each Group g Specific aspects to each working party

Committee/working party Patients, consumers and

healthcare professionals’
representatives
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Key aspects of
reflection paper

Encourages systematic
consideration of PED in medicine

development programmes and
regulatory submissions

Describes general principles on
the use of PED across the
lifecycle of medicinal products
(i.e. during pre-authorisation,
benefit-risk evaluation and
post-authorisation) and
identifies types of PED and
main sources of PED

General EU framework or
principles — not methodological
guidance

&
Complementary to ICH work on
patient focused drug
development guidelines

EMA



Elements of the reflection paper

® Introduction, Problem Statement and Scope

® The EU regulatory approach to PED

o Scientific advice and qualification, Innovation Task Force, academia
support

® Use and value of PED along the medicine’s lifecycle

®* Types and Sources of PED

o Clinical trials (PROs), PPS, patient engagement, real-world data,
safety surveillance systems, other potential sources

® Considerations for systematic implementation
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Scientific advice and qualification of novel methodologies

The EU approach is to encourage companies to liaise early with regulators during scientific

advice or qualification to discuss best way to generate and collect PED and have a case-by-case
discussion on their specific development plans

Scientific advice Qualification of novel methodologies
* Developer presents plans to develop a * Opinion on the acceptability of a specific
medicine and identifies questions and use of a PED collection method, such as
possible solutions use of a novel PRO
®* EMA gives advice on developer’s proposals * Advice on protocols and methods
L _ _ intended to develop a novel method with
® Scientific advice can be provided on any the aim of moving towards qualification
PED scientific question (e.g. collection PED
in clinical trials)

: EMA



Scientific advice and qualification of novel methodologies

The EU approach is to encourage companies to liaise early with regulators during scientific

advice or qualification to discuss best way to generate and collect PED and have a case-by-case
discussion on their specific development plans

________________________________________________________________________________________________|
prefer. o
PATIENT PREFERENCES

EUROPEAN MEDICINES AGENCY

SCIENCE MEDICINES HEALTH

03 May 2022
EMADOC-1700519818-808373
Committee for Medicinal Products for Human Use (CHMP)

Qualification Opinion of IMI PREFER
The patient perspective

Draft agreed by Scientific Advice Working Party (SAWP) 30 September 2021

PREFER looks at how and when it is bestito'perform and include
patient preferences in decision making during the medical product Adopted by CHMP for release for consultation 14 October 2021*

life cycle. We include patient stakeholders at every level of the

) ) 2
project. The end-result will be recommendations to support Start of public consultation 15 October 2021
development of guidelines for industry, Regulatory Authorities and End of consultation (deadline for comments) 25 November 20213
HTA bodies.
= Adopted by CHMP 22 April 2022
PREFER Recommendations ( - )
Keywords | Qualification of Novel Methodologies, IMI PREFER, Patients Preference studies |
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Timelines

CHMP & PRAC adoption of draft
Sep 2025

End public consultation
31 January 2026

CHMP & PRAC adoption of final text
Q2 2026

11

@ Launch public consultation
End September 2025

Implementing comments
February-March 2026

@ Publication of reflection paper
Q2 2026
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Transparency on PED - Dedicated sections in the
CHMP AR

2.10. <Patient experience data>

[
The following table with tick boxes provides an overview on the type of Patient Experience Data (PED) sull
on. Please tick the option that applies and mention section where this (s further ré - »
| 6.3.8. <Patient experience data (PED)>
Table 2: Patient experience data relevant to the application FACTUAL. Ths section is to be completed by the Rapporteur. Co-Rapporteur only to add «f in disagreement or mayor
Z : . - caria omission

Patient experience data submitted with this application Section w '
discussed Patient EL
applicable PN TR T oflect th . . S " " -

O  Patient experience data submitted by the applicant: T i e s
0  Clinical outcome assessments (COAs) such as ¥ ”

[1 Patient-reported outcomes (PRO)

O Other jalitative sources (any information cbtained as part of patient engagement activities that reflect the wider perspective
0 Patient preference studies of patients' experience, e.qg., outcomes of focus groups or interviews
0  Observational studies/RWD designed to capture patient Describe whether the data cofme directly from the patients or caréaivers. or if it was collected and subimitied by Gther

experience data

O  Qualitative information or studies (e.g. summaries/analysis
from patient engagement activities such as individual if PED were submitted by the applicant, please describe their intended purpose (e.q., specify whether the data were
patient/caregiver interviews, focus group interviews, expert

interviews, etc) ) ) . Gre S 2
[0  Other (please specify) nt <
O Other patient experience data not submitted by the applicant but
considered in this evaluation: <Text>
01  Inputinformed from participation in meetings or public hearings i
with patient stakeholders e
0 CHMP early dialogue with patient organisations <Text>
Third party interventions from patients and patient groups F
[1  Other (such as medical literature, summaries/analysis from NeW tem p|ate |m p|emented in Q 1 2025 -

patient engagement activities - please specify)

available on EMA’s website and direct link
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https://www.ema.europa.eu/en/human-regulatory-overview/marketing-authorisation/assessment-templates-guidance
https://www.ema.europa.eu/en/documents/template-form/chmp-cat-d80-210-overview-final-epar-rev-0425-revamp_en.docx

Some principles when it comes to assess PROs for
B/R assessment in oncology products

« PROs in CHMP AR:

 New sections created in the CHMP AR to increase transparency, visibility and also help
analysis/research purposes

« In addition to the dedicated new section in the EPAR, further specific guidance added:

Please describe also any objedives that include patient experience data (PED) that may be relevant.
If patient experience data were collected as part of RWD, please describe it in this section.

If patient experience data on riskminimisation preferenceswere submitted through third parties’ consultation,
include them here and explain if they were considered, and if not, why not.

If patient experience data has been submitted that relates to the disease or condition and its impact on daily life,
functioning, etc. and is considered relevant, it should be mentioned (briefly!) in this section.

13




Some principles when it comes to assess PROs for B/R
assessment in oncology products

PROs in the PI (section 5.1): Elements taken into account to decide on inclusion of

PROs in the PI

O

EUROPEAN MEDICINES AGENCY

SCIENCE MEDICINES HEALTH

15 December 2023
EMA/CHMP/566497/2023
Committee for Medicinal Products for Human Use (CHMP)

Assessment of SmPC section 5.1
A Guide for Assessors of Centralised Applications

Draft

Adopted by CHMP for release for consultation

November 2023

Start of public consultation

15 December 2023

End of consultation (deadline for comments)

4™ March 2024

Comments should be provided using this EUSurvey form
hitps://ec.europa.eu/eusurvey/runner/Gui SmPC. 151.

For any technical issues, please contact the EUSurvey Support .

Keywords y of p ci , SmPC,
Pl properties.

5.1,

“Type 1 error controlled analyses”
“Clinically relevant and statistically robust”

“Informative”

6.4.8 Patient-reported outcomes (PROs)

The assessment of PROs is not different from other endpoints in the general case. PRO claims should
be based on type 1 error-controlled analyses.

Thus, for PROs, the general requirements for the inclusion of results apply [—6.4]. This also applies to
Quality-of-Life assessments, a subtype of PROs. The general guidance ('clinically relevant and
statistically compelling") remains wvalid. [1, pp. 19-20] [—6.4.1] To establish clinical relevance, the
effect size should exceed the pre-defined 'minimal clinically important difference’, which should in itself
be well-justified on a clinical basis a priori. For equivalence claims, appropriate methodology should be
pre-defined. PRO instruments should be adequately validated. A component or subset of a validated
scale should be considered a new instrument that requires its own validation.

PRO data are often not considered appropriate for the SmPC section 5.1. This may be because of
extensive missing data, potential bias due to an open-label study design or unblinding by toxicity, the
multiplicity of Quality-of-Life assessments, and uncertain clinical relevance. If clinically relevant,
statistically robust, and informative, the results can be reflected in 5.1, and no other sections of the
SmPC are appropriate.

Since PROs are often overlapping, only the most representative of several measures should be included
even if many measures would have shown relevant and methodologically robust results. Inclusion of
several PROs measuring in essence the same endpoint would exaggerate the real effect on Health-
related Quality of Life (HRQoL).

If it is considered important to include an unfamiliar PRO in 5.1, it may be considered to present the
data as a responder fraction or a time-to-event measure rather than as a mean treatment effect
[-+6.4.4]. The choice should be justified in the EPAR. Specific guidance about PROs should be followed.
[13][14]

“PROs instrument adequately validated”

14




Practical examples:

1. PROs in BR section

3.6. Effects table
3.7. Benefit-risk assessment and discussion

Table 73: Effects Table for Ogsiveo for the treatment of adult patients with desn
= Study NIR-DT-301 (DeFi); data cut-off: 07 Apr 2022.

3.7.1. Importance of favourable and unfavourable effects

Short Unit Treatment Control Uncertainties/
Description SOEh O NG ESTLELE  The efficacy demonstration of nirogacestat 150 mg BID for the treatment of progressive DT derives
Favourable Effects from the double-blind phase of the pivotal study NIR-DT-301 (DeFi) in which a statistically significant
and clinically relevant benefit has been demonstrated. The primary endpoint indicates an
Nirogacest Placebo approximately 70% reduced risk of disease progression as per RECIST. Despite the large amount of
at missing data, a statistical robustness of the PFS analysis has been shown in sensitivity analyses.
N=69 N=72
FFS Progression  Median, NR 15.1 0.29 (0.15, 0.55) In support of the meaningfulness of the primary outcome measure in this disease, the PRO instrument
:g—‘l‘:-:‘::l;"“"""al E‘;’;”EH (NR, NR) (8.4, NR) p-value < 0.001 BPI-SF Average Pain Intensity (API) score (secondary endpoints [type-1 error protected]) reported a
Overall Proportio 29 (41) 6 (8) p-value < 0.001 .Stanstncallv significant reduction in pain fc.rr. Fauents treat.ed th n|r§g§ce5tat as mmpare?d to patients
ORR response n (%) (29.8, (3.1, in the contral arm. Based on further sensitivity analyses in which missing PRO data were imputed, the
rate 95% CI 53.8) 17.3) PRO results can be considered statistically robust.
CR 5(7) 0
Complete
PR response 24 (34) & (8)
Partial
response
BPI-SF Pain score Change -1.583 -0.241 LS mean difference = Type 1
from -1.342; p=0.001 error
baseline protected
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Practical examples:

2. PROs in Product information

Section 5.1 of the SmPC

Patient-reported outcomes PFS results were supported by change from baseline in
patient-reported worst pain favoring the nirogacestat arm at Cycle 10 (-1.6 vs -0.2; LS
mean difference: -1.3; 95% confidence interval: -2.1 to -0.6; p < 0.001).

’ EMA



Conclusions

« The Network is progressing a number of initiatives on PED

« The reflection paper was published for a 4-month public consultation, following PRAC and CHMP
adoption

« The reflection paper discusses types and sources of PED, general principles and elaborates on the use
and value of PED across the medicine lifecycle

« It is complementary to ICH’s work on patient focused drug development guidelines

« PED can inform medicine development and regulatory submissions, by providing patient insights that can
inform drug development and the assessment of marketing authorisation applications, as well as in the
post-marketing setting

« Stakeholders are therefore encouraged to consider PED across all stages of medicine development

« This can be achieved by liaising early with EMA through scientific advice/qualification of novel
methodologies, in order to enable case-by-case discussions on specific development plans and
regulatory submissions

« EMA is planning to monitor the updated CHMP AR template with dedicated PED sections
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Thank you

Follow us


https://www.linkedin.com/company/european-medicines-agency/
https://www.youtube.com/user/emainfo
https://www.instagram.com/onehealth_eu/
https://bsky.app/profile/ema.europa.eu
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