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Patient involvement can have a meaningful impact on ©
research. Therefore, the P d Research L
Network (PPRN) of the Sarcoma Patient Advocacy Global e*ded: o
Network (SPAGN) set up a Priority Setting Partnership 20
(bse). 1wt ways 10 prevent srcome? » Sarcoma
« This study aims to identify priorities for research and ) 2 .
patint advocacy toplcs. wnat ‘ oo e Patient Advocacy
% Global Network
« This study included sarcoma patients and carers. G ines a2
« In the first phase research topics (table 1) and patient
advocacy topics were identified (table 2). L BT ORTICR Wl e -
« In the second phase, participants filled in 3 top 5 and 3  sociodemographic characteristics)?] 0
top 3 of research and patient advocacy topics, diffe radiotherapy,
respectively. Surgery, etc. 7
« Also sociodemographic and sarcoma characteristics oL 18
were collected. »
‘What s the risk of taking a biopsy?] 14
L] L]
[ e - .
Ent : Wishes of patients for research and advocacy:
S
« 74% out of 671 respondents were patients ‘mental suffering (¢.g. acceptance, anxioty}?] n
+ 82% female respondents 1 1n
+ Median age was 50 years (range 19-80) ity?) 6
« Most respondents had a college diploma (30%) or a s enind S goctet
university degree (44%) re-integration)?) s
« 52% of patients were receiving/had received curative or  the final phase of ife?] 4
palliative (22%) therapy ‘ o o
+ The intention of treatment was missing or unknown in
® More research especially on different
« Top 5 countries of respondents were: Germany (19%), |2z fent top! -

Netherlands (14%), Japan (13%), United Kingdom (12%),  Improving the diagnostic process of sarcoma through better education and development of tools that can

S subtypes

< - = — e More emphasis on quality of life

Highlights for specific subgroups

* Among Desmoid patients/carers, 50% prioritized research into the effect of lifestyle on the
development of the tumor (range 20-24% in the other subgroups).

* Among Desmoid patients/carers the patient advocacy topic ‘classification of benign and
malignant tumors’ was prioritized high (40%) (range 6-24% in the other subgroups).

* 55% of GIST patients/carers prioritized research on specific subtypes of sarcoma (range 12-35%
in the other subgroups).

* In adolescents and young adults (AYAs) the research topics addressing the effect of lfestyle on

+ The suvey resuts,  Including those for specific N development of sarcoma and the long-term effects of sarcoma treatment on itimacy and

’ fertility were prioritized higher compared to patients > 39 years old (34% and 22% versus 24%

subgroups, could provide guidance for researchers, o 0
policy-makers, caregivers and patient advocates.

% ctos
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Rare/Ultra rare subtypes QL

Sarcoma
Patient Advocacy
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For many patients a trial is their last hope

Need for (new) treatments and new methods
Baskets, Repurposing

Other criteria than RECIST and overall survival
Quality of life
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Patient Reported Outcomes

PROs in addition to clinical data
Symptomatic side effects
Overall side effect impact
Physical function

Social function
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Patient Reported Outcomes QY
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‘Hidden’ side effects

Some AEs challenging to observe (fatigue)
Absence of patient perspective may lead to
underestimation

Develop supportive measures
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Digital revolution QY
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Use of smartphones and Internet for patient
reporting opens up opportunities for longitudinal
data collection

Empowerment of patients

Classified as internal/staff & contractors by the European Medicines Agency



Patients take action together QY
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e Set up international registry

e Tissue bank

e Discussion forum / social media used to share
experiences

Exaples: GIST, Chordoma, EHE,..

Collaboration with researchers and specialists
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Example

Facebook
Group

International

6000 memnbers GIST Support lntematlonal (GSI) |s an aIl -volunteer orgamzanon that

P : ‘ QT natiant nAd theair f Il /' Bewerken

>1 00’ 000 po sts GIST Support International
0dwiiBTO UBPDBL oD

Discussie Leden Media Bestanden Vragen Reels

‘ Schriff iets... Info

GIST Support International (GSI) is an all-volunteer organization
ann - that provides education and support for GIST patients and their
D Reel |ag Fotojvideo E3 Ruimte families.

+ Uitnodigen
Q
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Adverse Drug Event

Comparison: FB with trial (avapritinib)

Imypaired cognition | ——
Fatigue® I
Nausea IIEEEE——
Edema IEEEE—
Loss of hair "
Altered bowel function® INRNREREE
Facial swelling® .
Weight loss' I
Weight gaind I
Depressive disorder” NG
Scleral icterus [ NG
Disorder of skin' | INRNRNREE
Watery eye
White blood cell count abnormal’ [EEREEEEG
pain I
cramp IS
Anemia [IINEGS
Unable to balance NG
Loss of taste NG

Headache |G
0 5 10 15 20 25 30

Frequency

fincludes Amnesia

bincludes Drowsy, Tired, Exhaustion, Asthenia, Lethargy and Lack of energy
‘includes Body fluid retention and Periorbital edema

dincludes Diarrhea and Constipation

®includes Swelling of eyelid and Swelling of structure of eye

fincludes Weight decreased

9includes Excessive weight gain

hincludes Mild depression and Major depressive disorder

includes Pruritus of skin and Eruption

Jincludes Leukopenia
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Grading: comparison with trial

Rank of ADE on forum

impaired cognition

fatigue —

nausea
edema
o

loss of hair

R

facial swelling
altered bowel
weight los
swelling

depressive disorder

o
Rank of ADE in registration trial

Side effects as obtained from Facebook discussions
Compared tO Off@LQLJE!@!eJ@%J Ensontractors by the European Medicines Agency
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Comparison with survey

Table 4: Ranking of prevalence of symptoms related to imatinib in survey study and forum study

Rank | Survey Rank Forum
1.
2.
3.
4, Problems remembering things*
Aches or pains in joints*
6. . Pain

Alopecia

8. Feeling weak

9. Indigestion or heart burn

*same prevalence(52%) # same prevalence (50%)

Classified as internal/staff & contractors by the European Medicines Agency

| \f‘\

Patient Advocacy
Global Network



QL

Sarcoma

Conclusions Patient Advocacy

e Clinical trials are important for patients with (ultra)
rare sarcomas

e Important to look at other criteria than RECIST

e Patient Reported Outcomes have to play an
important role

e Collaboration between
patients/clinicians/researchers is important
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