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NFPU members 2019

NFPU Members (blue)

Associatiated or interested

members (green)

New candidates for
NFPU-membership:

Portugal, Turkey




e Start of the monthly joint webinars (10 webinars) and Working
Group webinars (12 webinars)

e First joint project of NFPU: Shine a light campaign

e Organization of 3 Webinars with Scott Plotkin and Gareth Evans
about new diagnostic criteria and name change in July 2019

e Several monthly calls with GENTURIS including 2 face2face meetings

e Several monthly calls with REINS, including 2 face2face meetings
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Best practice - Shine a light Austria

e \Webinar about Shine a light experiences after 2 years in Austria

e Manual for Shine a light was shared

e Draft letter for contacting sites was shared

e Draft for press release was shared
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NFPU awareness campaign 2019

SHINE A LIGHT ON NF 2019

number of buildings
AUSTRIA 33
GREECE 2
TAY 47
71
13
13
6 .
3 Media:
Press releases, Social Media
publishing, Press Conferences
SPAN 10 and further activities have been
made in:
PORTUGAL 4 . Greece
Croatia

Total 202 e Austria




NFPU awareness campaign 2019

SHINE A LIGHT ON NF 2019

number of buildings:

102

20

202

93
109

Total (worldwide) 325




e Several monthly calls with GENTURIS including 2 face2face meetings (Claas)
Taskforce: Research, ePAG-steering committee, chair of the patient council

e Several monthly calls with REINS, including 2 face2face meetings (Claas)
Working groups: cutaneous neurofibromas, patient reported outcomes,
patient representatives/ patient education
REINS call for new patient representatives will start 2021!

e Speaking at national and international events and raising awareness about
NFPU, including the NF conference in San Francisco 2019

e Claas joined the Scientific Committee of the IMI (Innovative Medicine
Initiative) - goal to push for Rare Disease specific IMI calls
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https://ccrod.cancer.gov/confluence/display/REINS/Home

CTF conference 2019 San Francisco

= ©YouTube" Suchen

e Summary of the conference

¢ VVideointerview Scott Plotkin

> 49 0:10/5:33

o S i d e m e et i n g S W i t h ASt ra Ze n e C a ), Interview with Scott Plotkin during the NF conference 2019 in San Francisco

142 Aufrufe » 05.12.2019 92 ®lo ) TELEN =i SPEICHERN ...
Gilbert Foundati
I e r O u n a I O n 3 NF Patients United
’ NE ABONNIERT [

[ ] L] & = . . .
Scott Plotkin received the Von Recklinghausen award during the NF conference 2019 in San
I l I | e e I n g Francisco. He was also recently promoted to become Executive Director of the Stephen E. and

Catherine Pappas Center for Neuro-Oncoloav at Massachusetts General Hospital (MGH) Cancer

https://www.youtube.com/watch?v=rC940woHm7k
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https://www.youtube.com/watch?v=rC940woHm7k

Kick off meeting EU PEARL (IMI project)
21.-22.11.2019 in Barcelona

EU-PEARL mission

EU-PEARL aims to transform the current approach of clinical
development into a more patient-centric and cross-company
collaborative Integrated Research Platform, aiming to bring new
innovative medicines faster to patients.

NFPU as associated partner
Workpackage 7 is dedicated to NF
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NFPU working groups 2019

0 -l Joint Materials
N F P u Collection of Manuals/

Handbooks/ Pictures /
P R O J E C T S Videos and to provide
Materials
2 o I 9 Lead: Vera Lipkowskaya
(NF Russia)

T T

Organisation
02 of Care

Body Map

Classification of

Europ. NF Center
Lead: Vanessa

Martin (CTT)
iar Research LA 05 Psychological
NF; Pctlent Reglstry ; Acuvities
" Research Projects. ».. . NF Youth Camps
" Lead: Federica Chlara in Europe

e (LJNFA)

.




Online-lecture on Fundraising for patient organisations
by Claas Rohl

e Best practice NF Kinder

e Recording was shared via download link
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TRADITIONAL VS. PLATFORM CLINICAL TRIALS

CHARACTERISTIC TRADITIONAL TRIAL PLATFORM TRIAL

SCOPE Efficacy of a single agent in a homogeneous Evaluating efficacy of multiple agents in a heterogeneous population;

population explicitly assumes treatment effects may be heterogeneous
DURATION Finite, based on time requires to answer the Potentially long-term, as long as there are suitable treatments requiring
single primary question evaluation
1 No. OF TREATMENT Prespecified and generally limited Multiple treatment groups; the number of treatmen groups and the ‘.
" GROUPS specific treatments may change over time !
STOPPING RULES The entire trial may be stopped early for success Individual treatment groups may be removed from the trial, based on
od futility or harm, based on the apparant efficacy demonstrated efficacy or futility or harm, but the trial continues, !
of the single experimental treatment perhaps with the addition of new experimental treatment(s)
ALLOCATION STRATEGY Fixed randomisation Responsive-adaptive randomisation
SPONSOR SUPPORT Supported by a single federal or industrial The trial infrastructure may be supported by multiple federal or
i sponsor industrial sponsors or a combination
A — O ;
12
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EU-PEARL: EU Patient-cEntric clinicAl tRial pLatforms

The partners

Patients Organisations

European
Patients
Forum

European University Hospital Alliance
(EUHA) Hospitals
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PEI, EMA*
EUSAT-RCS TransCelerate

Rudy Study UMC Utrecht Requialcs

Academia
HealthCare and UMIL, KU
Providers KNCV TB Research

- Centers
VBHC Europe Foundation AMYPAD

Associated
collaborators

UOXF, MUEYL| ), KCL, USR,
euven,

University of Pecs MU, UoM

Institut Recerca EU'PEARL EU EATRIS, ECRIN, iHD
Hospital Sant ECOSYSTEM Infrastructures EPAD

Joan de Deu
University of

Groningen Medical NF Patients
Center United EUPATI

ENCORE NF1 University of

Expertise EFPIA, IMI Lancaster
Centre Associated Euroscan
Partners

PARADIGM

I-SPY

Patients
ERN Genturis EMIF
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NFPU Fundraising 2019

e Start with a fundraising tool and webinars
* forto carry out joint projects for NF Patients

Your donation will equally support
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