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Children are not small adults

~1%
(yet ~50% of gained years of life!)

~99%
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The clinical need

Cure rates have mostly plateaued over the last >20 years

 the „last 20%“ will probably not be cured by „more of the same“!
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The regulatory environment is changing

August 2020

 Mandate for pediatric development has changed from „tumor type“ to „relevance of the
mechanism-of-action“ 

 Almost all new oncology drugs HAVE to be explored for potential pediatric indications
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The challenge

Prioritize preclinically effective treatments
De-prioritize non-effective treatments
Identify rational combinations
Identify/validate predictive biomarkers
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Pharma „pipelines“: ~1000 new oncology drugs

A (smaller) fraction to be prioritized for clinical trials
with a good rationale in pediatric oncology

 Needs:
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The potential solution: ITCC-P4

15 academic institutions, 10 EFPIA companies and 3 CROs



The approach

Patient PDX/GEMM/organoid Efficacy across many models
single mouse trial approach

Application in SELECTED 
patients

400 PDX models/5 years, 2 GEMMs per entity, extension to leukemia & lymphoma in 2020
Full molecular characterization
3 standard-of-care drugs and 6 selected compounds
Proof-of concept for immunotherapies in humanized models
Proof-of-concept for organoids
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ITCC-P4 Models

~250 models with full
molecular characterization

to date

Derivation of organoids
from all these + selection

of controls
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ITCC-P4 Testing: An example
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Testing in one (neuroblastoma) model:
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ITCC-P4 Recommendations

…to be submitted
to regulatory authorities

(EMA +/- FDA) 
for endorsement



www.itccp4.eu

ITCC-P4 Sustainability

Goal: Build a sustainable post-IMI2 infrastructure that will provide the biological and preclinical 
data to identify and prioritize new oncology drugs for children and adolescents with cancer

Progress to date:
Preferred model defined
Service, not models will be sold
Will serve the needs of both academic and 
industrial customers
Plan to ensure the platform and the science 
carries on
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The ITCC-P4 Managing Board

www.itccp4.eu 
re-launched today!

…a great team effort!
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Questions?
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