A prospective master protocol / platform to conduct international
multicentric single-arm studies in ultra-rare sarcomas including
real world data for external comparisons

Lorenzo D’Ambrosio — University of Turin / AOU San Luigi Gonzaga
Gauthier Bouche - AntiCancer Fund
Rosalba Miceli — Fondazione IRCCS Istituto Nazionale dei Tumori, Milano

Classified as public by the European Medicines Agency



Lorenzo D’Ambrosio
« Advisory Board: PSI CRO ltaly, GSK, AstraZeneca, Boehringer Ingelheim, Eisai
 Meeting participation: GSK, AstraZeneca, PharmaMar

Gauthier Bouche
e No COls

Rosalba Miceli
« Honoraria: Boehringer Ingelheim (consultancy activities)

*last 3 years

Classified as public by the European Medicines Agency



Maximize the knowledge from every single ultra-rare
sarcoma patient to support developing new treatments

and improve outcomes and quality of life
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Pushing Ultra-rare Sarcomas towards Hope
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Architecture
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Master protocol

Common framework /| Governance

Pre-defined design hypotheses

Ethics
Data management

IT
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Single arm
options
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Single arm
ORR in STS

S %— [ Investigational group ]

Expected ORR will be
on average “low”
L, We need to exploit available

data to improve our
evaluation of drug activity
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External controls
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External controls >50 Academic sites
around the world

V PUSH-IT Center
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External controls

v Experimental treatment

V SoC
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External controls

v Experimental treatment

V SoC
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External controls

v Experimental treatment

V SoC

Y Observation only
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External controls
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External controls %
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[ Investigational group ] EEE— Ctreatment A)

R 1:1; 2:1; 4:1; bayesian; discontinuation; ...

\[ Standard/control group ]—— ( SoC )

> [ Synthetic data? ]
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« Work in progress
 Exploit PUSH potentials
» Maximize knowledge from each patient

 Looking for innovative approaches

PUSH

PLATFORM

2>

« A starting point also for other rare tumors
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Question to EMA

Can we plan periodic meetings with

EMA (and FDA) to develop the PUSH-IT project?
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Thanks!

Questions?
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- o
' 15’ coffee break

THE WORKSHOP WILL RE- START AT 15.15 PM CET 09.15 AM EST
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