TeppY

NETWORK

€European Network of Excellence

Patients Expert Committee (PEC)
and engagement of young patients
in Orphan Medical Devices development

OrphaDev4Kids General Assembly 05-06-2025

" (N°101161377, EU4H Action Grants 2023)

l l Medical University of Graz

Emanuela Crea

Project funded by EU4Health Programme
under grant agreement 101161377




TEDDY'S Involvement in OrphaDev4kids Project

\ In the OrphaDevd4kids project, WP1 — Task 1.1 we have created the Patients

NN Expert Committee (PEC), and we contribute to the engagement of children

sty b and young people through collaboration with several YPAGs which are
members of the TEDDY KIDS Network.

TEDDY play a central role in the OrphaDev4Kids project The Patients Expert Committee (PEC) will be
by leading young patients engagement in Orphan engaged in the following activities:
Medical Devices development.

TEDDY. supports the formation of the Patients E?<pert te. © I Organization of Education and
Committee (PEC) and ensures vyoung patients’ Ay 7” Training Modules
perspectives inform all project phases—from identifying
unmet needs to guiding research and device feedback.

)

v T intended to shape the knowledge of
I AN, the PEC on Medical Devices.

Incorporation of PEC’s Opinion

Advice on the overall unmet needs on
paediatric MDs and on the work plan
for the development of three MDs-
related case-studies.
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\ The PEC plays a central role in ensuring that the voices and needs of paediatric patients are integrated into the
. development and evaluation of medical devices.

w the Patients Expert Committee can support the project
k OprhaDev4kids?

Shaping Research and Development
Identifying Unmet Needs: Plans:
The PEC helps identify gaps in current The PEC contributes to the design of
medical device solutions for paediatric research activities and the development
care, contributing to the definition of plans of medical devices by offering
priority areas for innovation. insights based on real-life experiences of
young patients and their caregivers.

Providing Feedback from PEC
Perspective:

The PEC reviews and gives input on
medical devices, highlighting specific
needs, concerns, and priorities relevant
to children and young people.

Collaborating with Researchers and
Developers:
The PEC acts as a bridge between young
patients and the scientific/clinical
community, facilitating dialogue and
e improving the relevance and

rp h 3 EeVZI-Kih!; effectiveness of medical solutions.

Promoting Patient-Centred Approaches:
Through its work, the PEC fosters a
patient-centred mindset in the
development of paediatric medical
devices, ensuring that usability, comfort,
and acceptability are taken into account.




The OrphaDev4Kids PEC) held its PEC
kick-off meeting during the EPTRI

TEDDY started the engagement of young scientific meeting at the University of (-9—9—9—9\

patients and non-patients in PEC, thanks to Bologna.
the collaboration of TEDDY KIDS Network.

From July 1, 2024 March 15, 2025 E V E N T S

! ! 4

\ ain Events with TEDDY's Participation in the OprhaDev4kids

.
I |

l |
|

l
* : 4
November 6, 2024, 5 June 2025
The first General Assembly (GA) of the The second General Assembly (GA) of
OrphaDev4Kids project was held online. the OrphaDev4Kids project. Today
During this meeting, the members of TEDDY will present the activities
ne (PEC) were officially appointed. rried t and planned within the
rohaDev4Kig% ;?O,'eect out and p
| .




Patients Expert Committee (PEC) MEMBERS

YPAG Name & Surname
EDDY .
- NETWORK KIDS ALBANIA Fiona Rako ’ 10 members are minors. ‘
s Favalats Riseareh Enio Ibrahimi | 7 members are adults. |
Niki Struga
Commitment of TEDDY Steisi Prenga

KIDS Network to acts as
Orphadev4kids Expert
committee

KIDS KOSOVA Lir Salihu
Riga Basholli

KIDS UMBRIA Francesca Migno
Francesco Barbetta
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\?é's Involvement in WP3 — Task 3.2 Advice on MD design and
manufacturing

15" March 2025, the kick-off meeting of the PEC of the European
OJect OrphaDev4kids was held at the University of Bologna, organized

by TEDDY as part of Work Package 3 (WP3) of the OrphaDev4kids
project.
YEAR1 YEAR 2 YEAR 3
ACTIVITY Q1 Q2 Q3 Q4 Q1 Q2 Q3 Q4 Q1 Q2 Q3 Q4
I I
1 I O

The meeting opened with a presentation by Emilia Biffi, titled “Development
of Paediatric Medical Devices: Identifying and Gathering User Needs”.

This was followed by a presentation from Roberta Nossa, who introduced the
Survey on Cyanotic Congenital Heart Disease (CCHD) for patients. The survey
aims to support the design of a wearable biosensor that will improve the
quality of life for children living with CCHD.

The KIDS presentation session was opened by Aleksander Wisniewski, who
discussed “Enhancing Clinical Studies through Young Patients’ Involvement”
in Poland.

The TEDDY KIDS then showcased their ongoing activities in the field of rare
pediatric diseases.

The PEC of the OrphaDev4kids project played an active role in reviewing I
the CCHD patient survey



EC1

\ ey Steps Led by TEDDY in Preparing the PEC Kick-off Event
P3 — Task 3.2 Advice on MD design and manufacturing
N\

Agenda Development - TEDDY coordinated the

definition of the training agenda, aligning it with
the project’s priorities and PEC objectives.

Invitation of PEC Members & Consent Collection

Preparation of the Interactive Tool for the Youth
Survey Review - TEDDY designed and set up an
interactive digital tool to support the review of the
tailored survey for young participants.

Training Material on Medical Devices - In collaboration
with Emilia Biffi and Roberta Nossa (MEDEA), TEDDY
contributed to the development of accessible training

Rrphaevsz%% materials on medical devices, tailored for PEC

participants.




Diapositiva 7

EC1 Descrivere |'organizzazione del KOM del PEC. TASK, lo scopo,
Emanuela Crea; 2025-05-29T13:29:03.006



Wactive Tool for Reviewing the Patient Survey — Approach
\ and Outcomes

TEDDY developed an interactive digital tool to support PEC
members in reviewing the youth-focused patient survey. The tool
enabled real-time feedback, improved engagement, and facilitated

Key outcomes. structured discussion.
==
o ==
=
= o
Survey content refined for Language adapted based Identification of potentially
better clarity and on direct patient input. confusing or sensitive
relevance to young questions.
patients.

N QrphaevHKl!i% _ .
Click here for the link to the form.
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EC1 domande elaborate da teddy PER IL pec per raccogliere le opinioni sulla survey
Emanuela Crea; 2025-05-29T13:29:03.006



Results from the PEC-Led Survey for Patients Assessment

\
. . . . i i ? ?
N Do you think question 1 "How old are you?" is a relevant question? Would you pose question 3 differently? How
11 risposte 2 risposte

\
® Yes kids wouldnt understand this question. it should be directed at parents
@® No
@ Maybe | would not pose it differently but | would only change some bio markers

Would you pose question 2 differently? How?

6 risposte

| feel like this question can be devided on a few subsections that are specific to a characteristic and it can

Are there other definitions you think we should include in this section? If so, please tell us
have less options . Example : 3 subsections with 3 options .

11 risposte

no

® No
@ Maybe be a bit more thorough on the No
explanation of the monitoring methods .
"What are the most significant challanges you face living with your condition?”

Do you have any challenges for your condition?

What are the biggest difficulties you have in managing your condition?

I Qrphaev4Ki!'1"5




Results from the PEC-Led Survey for patients Assessment

Is question 2 "What are the most significant challenges you face in managing your condition?" Are the definitions Complete and easy to understand? If not please give us suggestions
clear? 11 risposte

\ 11 risposte

6 ® Yes

@ Depending on the age of the kid , some
of the definitions might be hard to
understand . Someone who doesn't use
hemodynamics monitoring method might
not know it and gets confused when

picking the right answer.
@ there might be clear examples, even

6 (54,5%)

N
5 (45,5%)

. 0.0%) fo%) s i with pictures
1 2 3 4 5
Would you pose question 5 diffe rently? How? Is question 7 "Do you feel the need of a new and improved wearable device to monitor your
] condition?" clear?
4 risposte 11 risposte
8 8 (72,7%)
no 8
No 4
3(27,3%)
2
"What do you dislike about your current monitoring method(s) you use?" 0% 0% 0(0%)

1 2 3
do you sometimes feel unhappy with the current monitoring method you use?

' Qrphaﬁ)ev4Ki%%




Results from the PEC-Led Survey for patients Assessment

N\

\ Are the informations included in this section clear and understandable? Is question 3 " Which is/are the monitoring method(s) you currently use?" clear?
10 risposte 11 risposte
\
6 4

6 (60%) 4 (36,4%)

3 (27,3%) 3(27,3%)

3 (30%)

1(9,1%)

0 (?%) 0 ((f%) 1(10%)

1 2 3 4 5 1

Is question 9 "On a scale from 1 to 5, where 1 means “not important at all” and 5 “very important”,  question 7 "Do you feel the need of a new and improved wearable device to monitor your

how important is the comfort and ease of use of a wearable device for you?" clear? >ndition?" clear?
11 risposte risposte
10,0 8

8 (72,7%)
9 (81,8%)

75 6
5,0 4
3 (27,3%)
256 2
0
0 (0%) 0 (0%) 0 (0%) 2{i8.2%) 0 (0%) 0 (0%) 0 (0%)
00 1 1 | 0 1 | |
1 2 3 4 5 1 2 3

l Rrphaﬁ)evHK%%




Results from the PEC-Led Survey for patients Assessment

Is question 12 "If you would design a wearable device for your disease condition, considering the Is question 13 " Would you find it useful for the device data to be automatically shared with your
practicality and efficiency of the medical device, what would you suggest?" clear? healthcare providers?" clear?
11 risposte 11 risposte
2 8 8(72,7%)
7 (63,6%)
6 6
4 4(36,4%) 4
2 ‘ 2 (18,2%)
0 (0%) 0 (0%) 0 (0%) 0 (0%) 0 (0%) 1(9,1%)
0 | l I o | ] "
1 2 3 1 2
. " . - . b s l)ll ?
Is follow up question 14 "If so, how frequently?" pertinent? s questlon 15 "What is your overall impression of wearable technology in managing CCHD?" clear?
11 risposte 11 risposte
8 8 8 (72,7%)
7 (63,6%)
g 6
4
" 4 (36,4%)
3 (27,3%)
5 2
0% 0 0% 00%) . 0 (%) 0 (%) o
0 1 2 3 4 5

3
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Results from the PEC-Led Survey for patients Assessment
\

\  Is question 16 " Would you be willing to participate in an experimentation for this wearable Is question 18 " Please, add any suggestions or comments" relevant?
; device?" clear? 11 risposte
11 risposte
8 8 (72,7%)
\
& 6 (54,5%)
6
4 4 (36,4%) 4
2 4 2 (18,2%)
0 (Ol%) 0((|)%) 1(9,1%)
1 9 1(9,1%) 0
. 0 (f|J %) 0 (? %) 1 2 3 4 5
1 2 3 4 5
Do you find the content engaging and easy to read? Are the informations included in this section clear and understandable?
11 risposte 10 risposte
10,0 6 6 (60%)
9 (81,8%)
7.5 4
5,0 3 (30%)
2
25 0 ([‘)%) 0 (9%) 1 (10%)
0
0 [
0(? %) g ((|M’) 1(9,1%) 1(9,1%) 1 2
0,0
1 2 3 5

¢ Rrphal!)evHKi%%




Results from the PEC-Led Survey for patients Assessment

N

\
Is question 10 "What challenges do you anticipate in using a wearable device daily?" clear? Is question 11 " How do you feel about wearing a device continuously?" clear?
11 risposte 11 risposte
\
o 8(72,7%) 0e 10 (90,9%)
\
6 75
4 5,0
£ 2 (18,2%) En
0 (0%) . 0 (0%) 0 (0%) 0(0%) 0 (0%)
o j o — w ,
1 2 3 1 2 3 4

Is question 17 "On a scale from 1 to 5, where 1 means “not important at all” and 5 “very important” a

scale of 1 to 5, how would you rate the importance of this survey?" clear?
Is question 6 "For monitoring your condition, which type of device would you find more useful?" ! y h P y

clear? 11 risposte
11 risposte
10,0
8 8(72,7%) 9 (81,8%)
7.5
6
4 5,0
3 (27,3%)
2 2,5
0(0%) 0i(a%) 0.49%) 0 (0%) 0 (0%) 0 (0%) 2 (18.2%)
" | | | J l l
1 2 3 0,0
1 2 3

rphaDev4Ki%i




\ Results from the PEC-Led Survey for patients Assessment

\ Are there questions that need to be modified and improved?

. 8 risposte

No

(Answered on the previous page)
yes, 3 and 4

The third question

Overall they are posed very good

Not much maybe the language

Do you think the survey collects all necessary data to analyze and cater for each patient's needs?

10 risposte

yes

Yes

no, sometimes it was vague

no, there are always missing areas

Yes, i think the data |s enough to ensure safety to the patients




Results from the PEC-Led Survey for patients Assessment

N

Do you think adding images or practical examples would help with understanding?
\ y 9 g P P P 9 Do you have any suggestions on how to improve the document or make the content more suitable

10 rispost
risposte for young people?

\ .
7 risposte
yes

shorter answers
Yes

Yes it would change the perspective on many questions les/yague

| think for younger ages, yes. diffrent language

yes  lat, Bspatially Tor younHer Baicnts Try to shorten the sentences because people get bored when they see long sentences

Probably, because It could grab the attention of the reader, and explain in easier terms More simple stivetire of scntenoes, Imiages
No

. . . . As th i i tates, adding i Id hel
Is there anything you particularly liked or something you would prefer to exclude from the survey? it i

4 risposte

no exclusion
i liked question mark 10 best
| liked everything

i liked that there are a lot of options to chose from, so that kids will feel understood

' QrphaevHKi!i%




Results from the PEC-Led Survey for patients Assessment

What do you think is the aim of the document?
\ 7 risposte
N

To figure out the difficulties and struggles of patients dealing with congenital cyanotic heart disease and how
to make them better

the aim of the document is developing better medical devices
to assest the needs or possibilities to wear
To develop better medical device for children

The goal of this document is to explain how to use the medical device in simple words, so it's easy for kids to
understand.

The information for the reacherc

| think the objective of this document, Is to collect data to potentially Create the "perfect” wearable device

Is the 10 minutes completion time realistic in your opinion? If no, please specify
11 risposte

® Yes

@ The multiple choices are too long and
heavy on medical information and it
would take time for a kid to read ,
process and pick an alternative.

@ | think that 15-20 min would be the best

@ | think, that 10 minutes might not be
enough, because this is a really
important topic, that Will affect the
everyday Life of the patients, so mayb...

' QrphaevHKl!iE




\\\ SURVEY FOR PATIENTS WITH CCHD
\&

Thanks to the invaluable input and active
involvement of the Patient Expert
Committee (PEC), the survey has been
thoroughly reviewed, refined, and
successfully finalized to better reflect the
needs and perspectives of the patients.

= The Patient survey has been
N kﬁ \
& & ) implemented on REDCap and it is
a— ready for dissemination
o — ) /' Patient Survey — Medea REDCap
[

TEDDY Network’s Contribution to
WP3 Survey Dissemination

through Its Stakeholder Network

| RrphaevHKf%%




Diapositiva 18

EC1 il risultato finale dell'attivita dei ragazzi
Emanuela Crea; 2025-05-29T13:55:12.721



Rosm:s Future activities involving the Patient Expert
Y, G Committee (PEC) in OphaDev4Kids Project

e Providing Feedback from PEC Perspective

e WP4- T4.1 Clinical evaluation Plan - Involvement in the review of the clinical protocol.

— Identifying Unmet Needs:

e WP2 —T2.2 Access to matching services — Involvement in the evaluation process of research idea proposal on MDs for
potential funding.

e — Promoting Patient-Centred Approaches:

e WP3 —T3.5 Ethical, social and regulatory advice and document preparation for clinical study submission - Develop age-
appropriate documents co-created with Young People's Advisory Groups (YPAGSs).

e WP4 —T4.2 Ethical, social and regulatory advice and document preparation for clinical study submission - Develop age-
appropriate documents co-created with Young People's Advisory Groups (YPAGSs).

e WP5 —T5.5 Ethical, social and regulatory advice and document preparation for clinical study submission - Develop age-
appropriate documents co-created with Young People's Advisory Groups (YPAGSs).

&rphaevlfKi%% | Any Other proposals from WPL????
¢




NETWORK

European Network of Excellence
for Paediatric Research

Thanks




