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Unattractive trade-offs are sometimes the only chance e
for a patient to survive, live longer or die less awfully Tatvocates

The unknown The bad The ugly

Courtesy Ananda Plate (2022), Images: ChatGPT



"The treatment was
well tolerated and the
side effects were
manageable”

Text: Many peer-reviewed oncology/hematology publications
Image: ChatGPT




e difference between survival and surviving

Image: ChatGPT
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Same disease, same stage, same age.
Stakeholders and patients have different risk attitudes

» Conflicting attitudes when a medicine is
associated with effects that some
patients value more than others based on
individual preferences.

« Whose perspectives should researchers
and regulators take into account?
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The essential triangle on Patient Experience Data: Robust '3

data on toxicity, impact on dalily life, and what patients Patvocates
value

Measure frequency,

severity, cumulation,

transience and severity
of side effects
Patient
Experience
. Mea§ Hre Patient- Data Measure

quality of life, impact . Reported [N " EHEHE 4 , patients’ unmet

on activities of daily
living, patient
satisfaction

Outcomes needs and priorities

Source: Patvocates (2024)



Evidence-based advocacy at work: patient-driven evidence 4
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to understand patient experience and preferences

INCA Unmet Needs in MPNE, MPE & EMA EuropalUomo
NET Cancers Patient Preferences on EUPROMS Survey
Benefit-Risk

WECAN EuroACT CML Advocates ALAN Qol, patient and
Network Patient carer preference
Preference Study studies
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Evidence-based
advocacy _
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= advocating in a
targeted, evidence-
based, well-educated
and professional
manner, and
measuring impact



The Acute Leukemia Advocates Network (ALAN)

conducted 3 patient-led preference studies
after conducting a number of QOL surveys, presented and published 2023-2025

Objectives:

$ 1. Elicit adult acute leukemia patients’ preferences for treatment

@

outcomes and characteristics in the event of a future relapse and
explore the tradeoffs that patients are willing to make

2. Understand acute leukemia patient preferences for different
health outcomes

‘/ 3. Understand carer’'s perspectives and treatment priorities for
those they care for, and how their concerns about personal burden
may influence these priorities

Acute Leukaemia Advocates Network

‘_ ASH 2023
Poster #3730
Pt Pref and Adherence

(2024): 18 1243-1255.
Mott et al (2024)

EHA 2025

& poster #pS2302

‘_ EHA 2025
Poster #PF1283

* ALAN QoL survey: Pemberton-Whitely et al. Understanding Quality of Life in Patients With Acute Leukemia, a Global Survey.

Journal of Patient-Centered Research and Reviews 2023.




ALAN Patient Preference Study: QoL second after survival Q)Q

in acute leukemias — but subgroups identified ALAN
mClass1 mClass?2 Patients with ALL or

Class 1 (60%) (40%) APL rather than AML

All 5 attributes a0

carry importance - Patient with more recent

willing to trade diagnosis

chance of

- |
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response with
improvements in
other attributes
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Class 2

3 attributes carry
importance (0).
Barely willing to
trade chance of
response — only to
some extent for

QoL improvements ﬁ i - i i L . i
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ALAN Patient Preference Study: Relative
importance of different health outcomes Q/b

» Cognition was highly valued by general population and patients — but not part of EQ-5D resetesarm s e
» Anxiety/depression more important to patients than to the general population
» Tiredness more important to patients than to the general population
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EHA 2025 Poster #PS2302, EHA 2025. Samantha [ [T Numbers indicate rank from most
Nier, Sulayman Chowdhury, Chris Skedgel, David Mott. General population Acute Leukemia  jmportant (1) to least important (7)

EHA Library. Nier S. 06/14/2025; 4161376. Patients
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CML Advocates Network Patient Preference Study: o
Low levels of fatigue outweights clinical response CML

and other adverse events - with

'8-year survival of Chronic Myeloid Leukemia is 94% |

with currently available therapies.
They differ in terms of speed of response, side
effect profile, long-term toxicity, and food effects.
Patients have different priorities.

Patient preference data are essential when
assessing and selecting CML treatments as well as
developing future CML treatments.

= Fatigue was the most important factor
influencing respondents’ choices. European
patients would require a 43% increase in the
chance of deep molecular response to accept
‘strong fatigue’ (relative to ‘no or mild fatigue’).

= Treatment tolerability is as important as
efficacy, demonstrating the importance of
shared decision-making in treatment selection.
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How treatment is Chance of DMR . Risk of GI Risk of breathing Risk of long-term
cer s Fatigue
taken within two years problems problems CV problems
M Europe (n=351) 12.2% 21.6% 26.6% 18.0% 11.3% 10.3%
B N. America (n=162) 9.1% 19.2% 25.3% 18.2% 14.5% 13.7%
M E. Asia (n=237) 21.3% 9.5% 40.5% 11.6% 9.6% 7.4%
(n=750)

Source: CML Advocates Network,
ASH congress 2025 poster #4425, Geissler et al
Publication currently in submission
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PROs are collected in less than one fourth of
clinical trials. Even then, PRO data is barely published WECAN

European Atlas on Clinical Trials in Cancer & Hematology

24797 Clinical trials completed or ongoing in Europe
from January 2017 to Feb 2025 in

27 solid tumors and malignant/non-malignant
5675 clinical trials in Europe measuring PRO hematological diseases (EudraCT/CTIS/CT.gov)

I 1252 clinical trials with PRO as primary outcome

WECAN EuroACT
* Publication ratio data, hematology data:
344 mention PRO in the abstract of articles unpublished
« Solid tumor data: Cases et al, SSRN (2025),
doi: 10.2139/ssrn.5390471
« OECD/European Commission report (2026),
Delivering High Value Cancer Care: European

. . . Cancer Inequalities Registry Analytical
19, 122 trials in Europe did NOt even measure PRO. -} Report, dor.ore/10.1787/060865fw-6n
. R  Methodology: Cases et al, Frontiersin (2025),
E i doi 10.3389/fphar.2025.1558556
If they are measured, PRO data bare Iy gets pu blished. . Mapping: Puga ot al (2025), Anmals of
Oncology (2025), doi
10.1016/j.annonc.2025.08.2925.




No excuses to collaborate: Strong pan-European
patient partners in cancer & hematology

RARE CANCERS:
* European Organisation of Rare Diseases
(EURORDIS)

* International Brain Tumour Alliance (IBTA)
* International Kidney Cancer Coalition (IKCC)
* International Neuroendocrine Cancer
Alliance (INCA)
* Thyroid Cancer Alliance (TCA)
e Sarcoma Patient Advocacy
Global Network (SPAGN)
WorldCUP Alliance

HEMATOLOGICAL CANCERS:

* Lymphoma Coalition Europe

* Acute Leukemia Advocates Network (ALAN)
* International MDS Alliance

* CML Advocates Network

* CLL Advocates Network

* MPN Advocates Network

*  Myeloma Patients Europe (MPE)

PEDIATRIC AND AYA CANCERS:
* Childhood Cancer International Europe (CCl)
* Youth Cancer Europe

ATOLOGY ‘
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Patvocates

COMMON CANCERS:
* European Network of Gynaecological Cancer
Advocacy Groups (ENGAGe)
* Digestive Cancers Europe (DiCE)
* Europa Donna
PAEDI * Europa Uomo
ATRIC ALL * Lung Cancer Europe (LuCE)
Melanoma Patients Network Europe (MPNE)
CANCERS * Pancreatic Cancer Europe
* European Liver Patients’ Association (ELPA)
* World Bladder Cancer Patient Coalition

RARE
CANCERS

CROSS CANCERS

*  WorldCUP Alliance

* Hereditary Cancer Patient Advocates
Network Europe (HECADE)
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NON-MALIGNANT HEMATOLOGY: ?oe
European Haemophilia Consortium (EHC) Lo ...\.' WE( :AN
o . n Y
European Federation of Associations of L .;,-"

Workgroup of European

Patients with Haemochromatosis (EFAPH)
Cancer Patient Advocacy Networks

European Sickle Cell Federation (ESCF)

ITP Support Association

PNH Global Alliance

Thalassaemia International Federation (TIF)
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Conclusions L

 Unattractive choices and trade-offs are daily reality of cancer patients.

 The focus on clinical outcomes (,manageable, well-tolerated, safe, effective”)
provides a too narrow perspective on what patients experience and prefer.

* When survivorship, not survival, becomes the main problem,
PED (toxicity, PRO, patient prefs) are essential to understand patient reality.

« PROMs measure what patients experience in daily reality.
Patient preference studies help understand what patients hate the least.

« PED data not only informs regulators, but also guidelines and clinical decisions
and shared decision making

« Who feels responsible for running (and funding) patient preference studies?

Jan Geissler (jan@patvocates.net)
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