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An international multi-stakeholder organization to 
Improve and accelerate new drug development 

for children and adolescents with cancer

A patient centric organisation to solve problems

Created in 2015



Strategy

Principles

• Identify a problem together  (annual 
conference)

• Understand the issue in an open 
multi-stakeholder dialogue

• No blame ! No shame!
• Generate data
• Find solutions
• Implement solutions



We need new drugs for children with cancer…
BUT: Current paradox

ADULTS CHILDREN



Strategy

Challenges

Important changes needed to accelerate 
development of new medicines

• Development of anti-cancer medicines 
for children should be driven by an 
agent’s mechanism of action, rather 
than by its adult condition

• New drugs with high potential for 
benefit must be quickly assessed and 
evaluated in children and adolescents -
delay  currently (median 6.5 years) 
first-in-human trials to the start of 
first-in-child trials

28 of 169 (16.6%) approved anticancer 
medicines paediatric indication

None for CNS tumours, Ewings sarcoma, 
rhabdomyosarcoma.
One neuroblastoma



Annual Conference
To share, brainstorm and 
identify issues and topics

Paediatric Strategy Forums
To facilitate prioritisation

Working Groups
To deliver solutions

Policy
To monitor changes in the 

regulatory landscape

Education
For patients, advocates, 

researchers, industry



Already present in 2020

New entries

International participation

ACCELERATE initiative in 
Australia/New Zealand & 

Canada & Japan
Health Canada starting to 

work on paediatric  
regulations



ACCELERATE Steering Committee



• What is ACCELERATE
➢ Working Groups
• Paediatric Strategy Forums
• Future



Fostering 
Age 

Inclusive 
Research

Fit For Filing
Real World 
Evidence

International 
Collaboration

Long Term 
Follow Up

Ongoing Multi-stakeholder Working Groups
Analyse specific paediatric oncology challenges and propose solutions



• Aim to develop best principles to design and deliver an academic 
clinical trial with a dataset that meets the expectations for inclusion in 
a regulatory package.

• Ultimately improve the implementation of investigator-initiated-trials 
in an intent to file

ACCELERATE
Fit for Filing

Co-chairs Pam Kearns & Elly Barry

Major Value to all clinical 
trials group including ITCC Output

Consensus manuscript
(JCO in Press)

Educational strategy 



✓WP-1 Systematic review 
of international clinical 
trials

✓WP-2 Data survey of  

intercontinental trials

• WP-3 Multi-stakeholder 

discussion and consensus

ACCELERATE
International Collaboration

Co-chairs
Teresa de Rojas, Nicole Scobie & Greg Reaman

• 25% late phase - academia 
COG -US-Oceania 

• Majority industry early 
phase (North-America and 
Europe, less involvement 
of Oceania or Asia. 
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New  drug development strategy

Mechanism of action biology-
driven early drug development

• Aggregated database of paediatric 
biological tumour drug targets

• Joint academic–pharmaceutical 
industry pre-clinical platform to 
analyse the activity of new drugs 
(ITCC-P4)  - ongoing IMI2 project

➢ Paediatric Strategy Forums to 
facilitate prioritisation

• Molecular profiling of paediatric 
tumours at diagnosis and relapse



Paediatric Strategy Forums

• Accelerate drug development
• Share information between all 

stakeholders and  inform
paediatric drug development 
strategies and subsequent
decisions

• Improve the selection and 
prioritisation of innovative drugs 
being evaluated for children and 
adolescents cancer -driven by 
science and meet patients’ unmet 
needs

• Global involvement 

Multi-stakeholder
Clinicians, industry, regulators, 

patient advocates
Equal partners



PSF - 13
Topic To be decided

Paediatric Strategy Forums
Continually evolving

PSF - 1
ALK inhibition

PSF - 2
Mature B-cell lymphoma

PSF - 3
CheckPoint Inhibitors

PSF - 4
Acute Myeloid Leukemia

PSF - 5
Epigenetic modifiers

PSF - 6
Second ALK inhibition

PSF - 7
CAR T cells

2017

2018

2020 

2021

2019

PSF Prioritisation
Acute Myeloid Leukemia

PSF - 8
TKI in Sarcomas

PSF Prioritisation
BET inhibitors

PSF - 9
MAPK inhibitors

PSF - 11
PI3K/AKT/mTOR Pathway 

2022

PSF - 12
CDK 4, 6 & 9 inhibitors

PSF -10
DNA Damaging agents

2023



Paediatric Strategy Forums

Paediatric Strategy Forum for Medicinal 
Product Development of CAR T-cells in 

children
• 236 Participants
• Europe, US, Canada, China, Singapore, 

Australia
• 13 Companies
• Academia – 107, Patient Advocates –

14, Industry – 54, - Regulators - 43 –
EMA; FDA; HTA; MHRA; Heath Canada

Clear Conclusions



Paediatric Strategy Forums

General principles

• Global academic collaboration
• Early academia-multi company 

engagement
• Early engagement with regulators
• Multiple products of the same class -

Focused and sequential development
• Platform trials 
• Very rare malignancies with same 

biology in adults - development & 
regulatory pathway  - children, 
adolescents and adults 

• Living” prioritisation mTKI in Bone 
Sarcomas

• Continually developing and adapting 
to needs



Paediatric Strategy Forums

Output

• Prioritisation of classes of drugs 
e.g combination checkpoint 
inhibitors

• Prioritisation of products e.g. 
menin inhibitors

• PedAL/EUPAL, GloBNHL Platform 
Trials

• European – North America 
collaboration

• Rapid publications -6 months



Evaluation of Impact of Paediatric Strategy Forums 

• 53%  industry attendees stated that the Forum resulted in change in the company’s 
decisions

• PIP or Written Request - 62% high-priority assets; 5% not considered high priority
• B-cell Forums - increase in waivers for non-prioritised B cell products 
• Checkpoint  Forum – focus on combination, not monotherapy

Time Period Scientifically Justified 
Waivers – B-cell

Monotherapy trials part of 
PIP – Checkpoint 

Before Forum 44% 67%

After Forum 75% 6%
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ALADDIN

Multi-stakeholder Education Alliance to Accelerate Drug Development for 
Children and Adolescent with Cancer

• Course Strategic/ Regulatory 
Science

• 360º Multi-stakeholder Rotation

• ACCELERATE   Research Fellowship

• Online Educational Training 
Program

Fit for Filling Webinars



Breakout sessions at 2022 ACCELERATE Conference 

• Optimising Industry/Academia partnerships → Workshop on platform trials
• Innovation after a first pediatric regulatory approval → Manuscript on 

innovation after approval
• When is a Randomized Clinical Trial not required for registration→ Facilitating 

RWE project as proof of concept



Future directions 

• Increase the number of “relevant” innovative drugs
• Improve the selection and prioritisation of innovative drugs
• Accelerate evaluation and introduction of innovative drugs into front-line 

therapy
• Improve access
• Align HTAs in paediatric drug development process
• Lobby regarding the new EU regulatory environment



Conclusion
Great value – international multi-stakeholder with critical role of advocates

• Enhanced communication and understanding between academia, industry, 
patient advocates and regulators.

• Promoted mechanism-of-action driven approach 
• Developed Paediatric Strategy Forums - prioritisation of medicinal products
• Strongly supported alignment between the EMA and the US FDA
• Identification of unmet medical needs through multi-stakeholder 

collaboration
• Championed early assessment of promising drugs in adolescents 


