b’ European Organisation for Research
and Treatment of Cancer

Insights from the European
Organisation for Research and

Treatment of Cancer

Session 3. Building the Evidence Base for PeCemrired Clinical Cancer Research

Claire Piccinin

lQuality of Life Department, EORTC Headquarters



Disclosures

* No confiicts of interest fto disclose

2 bl, European Organisation for Research
and Treatment of Cancer



EORTG history, mission, & activities

« European Organisation for Research and Treatment of Cancer (EOR &jnded in
1962 with mission to coordinate and conduct international translational and clinical
research to improve the standard of cancer treatment for patients

— Aim to increase survival and quality of life
—Non-governmental, non-profit
—Academic independence
—International network (35+countries, >1000 institutions, 3000+ members)
—Multi-disciplinary/multi-tumour:
* Disease-Oriented Groups (e.g., breast, brain, lung, sarcoma)
* Cross-Discipline Groups (e.g., elderly task force, quality of life group )

https://www.eortc.org/our-mission/
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Patient involvement at the EORTC

&[] [

Training EORTC patient EORTC group of  Independent
opportunities, panel advisory patient partners data monitoring
e.g., EORTC board committee

Patient Days

https://www.eortc.org/patient-involvement/
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PRO/HRQOL research at the EORTFGverview
of activities

Quality of Life / Outcomes Research in

Cancer
(Quality of Life Group)

: Development Gaps that need _
SViII!]aE)(Z:ea::'\Oar; and PRO/H RQOL to be addressed Academic
implementation Methodological in the use of and Industry
Groups of PRO/HRQOL Research PRO/HRQOL Requests
tools tools in EORTC
studies

Clinical Cancer Research

(DiseaseOriented Groups, CrosBiscipline
Groups

EORTC PRO/HRQOL measurement strateqy built and continues to evolve
hitnss /a0l corte.orel based on these components
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https://qol.eortc.org/

EORTC modular approach to PRO/HRQOL
measurement

QLQC30
Specific and
Ger;ericcore Physical, role, + /_ rebleva(r;t fr?é_patients
outcomes, ___ emotional, social, ased ondisease,
relevant for most/all 8 i treatment,
patients Co_gm_ hilz population, etc.
functioning,
fatigue, pain, etc.

Aaronson NK et al. The European organization for research and treatment of cance€3Q.QA qualityof-life instrument for usen
international clinical trials in oncology. J Natl Cancer Inst. 1988ps://doi.org/10.1093/jnci/85.5.365

Bergman B et al. The EORTC QLI 3: a Modular Supplement to the EORTC Core Quality of Life QuestionnairC@Dl).@r Use inung
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..
Current EORTC PRO/HRQOL measurement

strategy

162 questionnaires, 1075 questions

Welcome to
the Item Library!

na-cx

EORTC Item Library-online platform

https://itemlibrary.eortc.org/

Smart search functionalities

Computerised adaptive testing (CAT) core item banks

Q cough

Q cough
Q coughing
) Q90 - coughing - Have you coughed?
Q395 - problem coughing - Have you had problems with coughing?
Q411 - dry cough - Have you had a dry cough?
Q470 - cough blood - Have you coughed up blood?

§S85 - coughing - Coughing - scale

CAT Appetite CAT Cognitive Functioning
CAT AP cat CATCF cat

(7 questions ) (34 questions )

CAT Constipation CAT Diarrhea
catco e (0T cat

(10 questions ) (13 questions )

CAT Dyspnea CAT Emotional Functioning
CAT DY cat CATEF cat

(32 questions ) (24 questions )

Customised questionnaires (item lists)

g g

Q90 - coughing Standard classification | CTCAE dlassification
Question - Direction: negative @ - Issue: coughing —

expectoration  pulmonary symptoms  cough  coughing

Translated into 108 languages + Cadacdisorders lﬁj

IL46 IL47
standalone module

(1 question ) (1 question )
IL5 IL50

module itemlist

({36 questions ) (25 questions )
IL53 IL54

module itemlist

{8 questions ) (9 questions )

el + Earand abyrinth disorders (5
Recommended wording + Endocrine disorders (3
Have you coughed?
From: Head & Neck, Lung, Oesophago-Gastric and 1 other.. )
+ Eyedisorders (85)
Other wordings
How muchddyou cough? + Gastrointestinal disorders (304)
From: Lung
Detailed item view Adverse event mapping

Piccinin C et al. Flexibility in patienteported outcome and healthrelated quality of life measurement: The EORTC Qualityifef Group measurement strategy. European Journal of Cancer.

https://doi.org/10.1016/j.ejca.2025.115392
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Openended reporting of additional symptoms/problem

Write In three Symptoms or
Problems

QO;, GENDER TYPE CONTACT
Neutral Module itemlibrary@eortc.org

1. Have you had any other significant symptoms or problems
that have not been mentioned in the questions above?

,g,EORTC
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EORTC PRO/HRQOL research projects

EORTC Quality of Life Grougunded projects

Support for
Support for QLQ computerised Support for
C30 & Modules adaptive testing utility measures
(CAT)

Long-term
follow -up /
survivors

Reviews / meta-
analyses

Support for ltem
Library

Additional projects / collaborations
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https://qol.eortc.org/qlg-funded-projects/
https://gol.eortc.org/other-projects/
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https://www.sisagol-imi.org/

https://euongol.eu/
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PRO data for regulatory & HTA assessmentthe
European landscape

Regulatory VS
When?
Across drug development lifecycle/clinical
research continuum

Why?
For benefitrisk assessment, product labeling, patient ?

experience, supportive evidence

When?

Generally, later in drug development lifecycle (pest
approval) but joint clinical assessment possible in
earlier stages via EU regulation (2021/2282)

Why?
To determine “added benefit” & value, inform cost

effectiveness & reimbursement decisions, ensure
patient-centredness

pean Organisation for Research
nd Treatment of Cancer

EORTC

Country-specific




Joint EMA-EORTC workshop to support use of
PROs for regulatory decisions

29 February 2024

9 EMA Headquarters,
hybrid in-person/virtual
workshop

Clinicians, patient

representatives, industry,

o9 e

’d academia, independent,
and international
regulatory & HTA groups

10

@ -

Understand current global
landscape on use of PROs for
evaluation of anti -cancer
treatments

Explore use of validated PRO
measures & item libraries

Facilitate interactions among
relevant interest holders to
support international
collaboration
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Joint EMA-EORTC workshop to support use of
PROs for regulatory decisions

Action points

O EMA

EUROFEAN MEIICINES AGENCY

EMA EORTC WORKSHOP

How can Patient Reported Outcomes
(PROs) and Health Related Quality of
Life (HRQoL) data inform regulatory

decisions for cancer treatments?

29 February 2024
Hybrid meeting - EMA (meeting room 1C), Amsterdam and virtual

Meeting Report: How can Patient Reported Outcomes
(PROs) and Health Related Quality of Life (HRQoL) data
inform regulatory decisions for cancer treatments?

Perspectives r

Using patient-reported outcomes and health-related quality ®

of life data in regulatory decisions on cancer treatment:
highlights from an EMA-EORTC workshop

Introduction

The: benefitrisk assessment of cances traatments usually
focuses on traditional dinical and disease outcomes, such
a5 averall survival, progression free survival, and tumour
response, balanced against. clinician-reported adverse
aents, Patient reported outcomes (PROS) measuring
symptoms, functioning. and.other heakh: related quality
of lit2 (HRQOL) impacts can be used o ensure that 2
drug's effect on symptoms and functioning are quentified
an evaluated as part of cancer clinical research and g
development. Howev=r. the impact of FR05 on raguiatory
assessment and_ health techinology assessment (HIA)
can vary e to issues related to study design, PRO item
selection, assessment frequency, sudy conduct. and
handiing of data missingness.

the European Med

Support averalibenefit-risk evaluation L
FROs can quantify symptoms and functicnal aspects of
how patients experience and respons to their treatment 1
and can complement traditional cinical endpoints such

as overall suvival, progression-free survival. and tumour
respanse messures. PRO data can reflec treatment eficacy

P iy
18 masanszs
o

i improvement in disease-related symptoms) or hamis s mesemsi2

(i emergance of sympiamatic adverse events and their
impact on functioning). By incorperating these additional
‘outcomes into clinical trials a more holstic understanding
of benefits and harms can inform reguiatory and cinical
decision making PRO data are usually refected in publicly
‘available assessment reperts, such s the European Public
Assessment Regorss (EPARs)in Eurcpe.

(EMA) and the European Organisation for Research and
Treatment of Cancer (EORTC) crganised a joint workshop
in 2024. This Perspective: highlights the key discussions
during this workshop and provides propased solutions to
generate evidence that benefits shared decision making
between clinicians and patients

‘Well-defined PRO research objectives

A commanly shared view across various intemational
stakeholders was that PROs intended to provide
quantitative assessment of dlinical outcomes should be
traated ke any other endpoint that is inchuded in the
evaluation of 2 cancer treatment. Thus, 2n important

O ressarth objective that is relevant across eary phase
and lace phase inical cancer iaks & to characterse safety
and tolerabiity. It has been propasad that & complete
understanding o tolerability should indude direct
mezsurement from the patient o how they are fesiing
‘and functioning when on treatment - For example, patient-
reportad symptomatic adverse events an complement
standard safety reporting by dlinicians. Understanding
treatment tolerabilty can help comoborate or refine the
understanding of moee traditionally collected toxicity data
s such incorporating PROS to inform tolerabilty coukd be:
 consstent objective across all oncology trials, inciuding
ary trials avahuating the optimal dose and administration

PROS can address to support the evaluation of cincer
treatments. PROs are not an outcome but a way to

Productinformation and label

in the objestives which outcome will be measured. For
example. 3 trial objective of comparing PROS between
treatment A and treatment B is not a precise description
of an cbjective or endpaint. Having wil

approwal iabelling or
of treatment benefit However methodoingical isues,
PRO data quaity (incuding high Fates of missing data of

result in mltiple ways the PRO dta can be anslysed
which can lead to potentially disparate reporting and
conflicting results. Instead. the research question needs
to be well described in the protocol so that an adequate
design and analysis method can be selected to ensure
that the results truly adeess the intended research
question =+

Role of submitted PRO data for decision making
Further optimisationin the use of PROSs is necessary to flly

a linically relevant PRO result have often prevented their
inclusion in the product label feg, EU Summary of Product
Characteristics)? Development of PRO standards to address
these methodological issves is cumrently cngaing.” High-
quality PRO data can be conveyed to the public thraugh
ther channels to further inform tolerabiiy rather than a
comparative efficacy daim. For instance. the 1S Food and
Drug Administration (FOA) Oncology Center of Excellence
has developed 3 web-based. communication piatform,
called Project Patient Voice, to display PRO resuits that

can provid.

inform

Need to treat PRO endpoints agiy other
relevant clinical enadpoint

Implement estimand framework

Determine meaningful PRO mterpretation
thresholds

Adopt SISAQOL-IMI, SPIRIT-PRO, &
CONSORT-PRO guidelines

Harmonise PROrecommendations between
international regulatory &HTAbodies

https://www.ema.europa.eu/en/events/emaeuropean-organisationresearchtreatment-cancereortc-workshop-how-can-patient-reported-outcomes-pro-health-related-

quality-life-hrqol-data-inform-regulatory-decisions

Pe M, Voltgirolt C et al. Using patieateported outcomes and healtirelated quality of life data in regulatory decisions on cancer treatmerigtiights from an EMAORTC
workshop. The Lancet Oncology. 202#tps://doi.org/10.1016/s1472045(25)00150
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Summary

Patient voice
incorporated through

Ongoing collaborations

with clinicians, patients,
Patients at core of EORT( development of PRO regulatory, & HTA bodies

TISSIOn & aims me;;[?erﬁi(iitje;)rzgrt of to promote impactful use
initiatives of PRO data

Possibility for patient
training & involvement
during different research
stages

Continuous evolution of
PRO/HRQOL
measurement strategy
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