
Understanding the EU Paediatric and Orphan Regulations 

This is what children with cancer need to get access 

to better treatments! 

CCI-E - members
Non CCI-E members 



Setting the scene: about the Paediatric 
and Orphan Regulations

Regulation on medicinal products for paediatric use
“Paediatric Regulation”

2007 

OR

PR

2020
European Commission proposed a joint revision to improve the 

therapeutic landscape and address unmet needs in children

aims at improving the health of children by 
mandating the development in paediatrics

of new medicines developed for adults

Regulation on orphan medicinal products
“Orphan Regulation” 

2001  

aims at providing incentives for the research, 
development and marketing of medicines in 

rare diseases 

From adults to children: First-in-child:



3 themes we want to tackle to ensure access 
to more efficient and kinder treatments

Paediatric Regulation 
(PR) 

Access to adult 

medicines inexistant

or delayed

OR

PR

PR + OR

Orphan Regulation 
(OR) 

No medicines developed 

specifically for

paediatric cancer

Urgent needs in
a rare population 

Developments not 

systematically based on 

science and properly prioritised



Access to drugs is inexistant or delayed

Paediatric cancers Adult cancers 

Waivers when the 
disease does not exist in 

children  

Trigger of PIP: only upon 
market authorisation 

application or variation

Deferral of initiation or 
completion of the 

paediatric investigation 
plan (PIP)

Drugs not 
marketed in all 
Member States 

No development 
of 1st-in-child 

drugs

Off-label use of 
drugs 

OR

PR

PR + OR



Proposed measures

Paediatric cancers Adult cancers 

§ Mechanism of action
§ Collaboration and 

harmonisation with the 
USA

Obligation trigger: 
§ at any moment of the 

process 
§ based on scientific 

evidence

• Review of the 
deferrals policies

• Start of PIPs as of 
completion of Phase I 
in adults

Rewards:
§ aligned with objective to ensure 

access in all MS
§ granted incrementally for every 

completed step of the PIP
Transparency or public funding of 
research to ensure affordability

§ Adequate incentives 
for 1st-in-child drugs 
development

§ Repurposing of 
shelved adult drugs

Mechanism to ensure 
collection of scientific 
evidence for off-label 
use of drugs without 

pharma support

OR

PR

PR + OR



Children need treatments, 
not “a“ drug

Academia proposes 
combination trials 

that are more 
efficient

+

1. Academic combination trials, funded by public 

authorities (calls) or philanthropy (or both)

2. Mechanism to mandate the provision of the 

compound to be tested in academic trial

3. Innovation to move up treatments lines 

without delay to help all children faster

4. Review of the trial data by EMA

For efficient treatmentsMonotherapy does not
work in most cases

New treatments must benefit 
patients faster in treatment 

pathway

Diagnosis

Treatment 1

Relapse 1

Treatment 2

Relapse 2

New treatment 3

New drug 



Paediatric cancers are rare diseases

It is necessary to prioritise 
the best drugs:

- For a given disease or
- Among drugs from the same class 

ACCELERATE Paediatric Strategy Forums 
to identify best possible treatment for 

paediatric cancer, based on science 

Ranking of the best drugs to be tested: 
- for a given population or
- for a given indication 

Clinical trial landscape is not overcrowded & 
all running trials

recruit meaningfully

Many possible drugs

but a small patient population

only the most relevant clinical trials 
must open to ensure a swift 

recruitment of patients



Summary of our proposed measures

1. Review of the PR 

- Review of deferrals policies
- Mechanism of action  
- Obligation trigger based on 

science
- Rewards granted incrementally

- Rewards granted on basis of access in 
all MS

- Transparency on development costs 
and public funding for fundamental 
and clinical research 

- Mechanism to collect scientific 
evidence about off-label use of drugs 
and review by EMA 2. Review of the OR 

- Adequate incentives for rare 
paediatric diseases 

- Mechanisms to repurpose 
shelved drugs 

3. Prioritisation
- Paediatric Strategic 

Forums at the heart of the 
process  

4. Combination trials
- Public or philanthropic funding
- Access to compound 
- Review of clinical data by EMA

- Development of innovative drugs and 
combination treatments based on 
science and unmet needs

- Mechanisms to ensure swifter 
adaptation of treatments lines and 
warrant access to kinder drugs to all 
children without delay 



How can you contribute?

You can increase awareness on the topic through your national medias

Coordinate with us in case you have a good relationship with your national 
Minister of Health 

You can meet with your national MEPs:
• Contact us to check whether we have already met with them
• Make sure to prioritise those working in health sector - list of ENVI 

committee MEPS

You can talk to your local politicians

Your contact person is Marine Gouders: 
m.gouders@ccieurope.eu



CCI-E - members
Non CCI-E members 



Paediatric Strategy Forums:
What, Why & How

Dr. Teresa de Rojas, MD, PhD 

Scientific Coordinator, ACCELERATE



No Blame
No Shame!

Academia

Industry

Regulators
& HTAs

Patient
advocates

Citizens

Equal partners

Trust

Independent 
funding

What are Paediatric Strategy Forums?

Multi-stakeholder meetings with open dialog in a pre-competitive setting, 
on a malignancy or class of compounds

EMA & FDA



What are Paediatric Strategy Forums?

Multi-stakeholder meetings with open dialog in a pre-competitive setting, 
on a malignancy or class of compounds



What for?

Improve the selection and prioritisation of innovative drugs 
evaluated for children and adolescents cancer

Driven by science and to meet patients’ unmet needs

v To share information between all stakeholders

v To evaluate science

v To inform pediatric drug development strategies and subsequent decisions



Practicalities

- Topics decided by the multi-stakeholder pediatric oncology community
- Proposal period
- Voting at ACCELERATE Annual Conference

- Oversight Committee (all PSFs) 
- Dedicated Program Committee (for each PSF)

- 2 days à in presence – virtual – hybrid
- Preparation, preparation, preparation!!

- Funding à Charities, NGOs, … NOT industry!!
- In kind by EMA and other institutions

- Summary (online) & Publication in scientific journal within 6 months



Expectations



Bias, Motivation & Clash of interests



And yet, somehow…it works!!



PSF - 13
Topic To be decided

PSF - 1
ALK inhibition

PSF - 2
Mature B-cell lymphoma

PSF - 3
CheckPoint Inhibitors

PSF - 4
Acute Myeloid Leukemia

PSF - 5
Epigenetic modifiers

2017

2018

2020 2022

2021

2019

PSF - 6
Second ALK inhibition

PSF - 7
CAR T cells

PSF - 8
TKI in Sarcomas

PSF Prioritisation
Acute Myeloid Leukemia

PSF Prioritisation
BET inhibitors

PSF - 9
MAPK inhibitors

PSF - 11
PI3K/AKT/mTOR Pathway

PSF - 12
CDK 4, 6 & 9 inhibitors

PSF -10
DNA Damaging agents

2023

Overall, 134 assets discussed by 1019 participants
Pearson, Lancet Oncol 2022



N°2 Mature B cell Lymphoma

N°3 Check Point Inhibitors

N°4 Acute Myeloid Leukemia

N°5 Epigenetic Modifiers
N°7 CART-cells

N°6 ALK inhibitors

Prioritising BET inhibitors



Endorsement by FDA & EMA

CPT, 108, 3, 553, 2020December 2019



An example: Mature B-Cell malignancies (Nov. 2017)

i) Develop innovative treatments for incurable patients
ii) Reduce high acute toxicity of current therapy

• Successful de-escalation at low risk in front line therapy
can only be undertaken with an effective salvage regimen

• Priority = developing treatment for relapse
• Very small number of patients = global strategy
• Combination approach rather than monotherapy

GloBNHL

Unmet needs

Conclusions

• International academic platform trial
• For relapsed/refractory B-NHL
• COG (US), C17 (Canada), ITCC (EU), 

ANZCHOG (Australia)
• Drugs prioritized by the PSF!

• Antibody drug conjugates
• CAR-T cells
• T-cell Engagers

Consensus of
clinicians on

priorities



An example: Mature B-Cell malignancies (Nov. 2017)

GloBNHL

• Prioritisation à Reduced PIPs
• Medically and scientifically justified waivers



No ”blah-blah”, ACTION!



ACCELERATE Paediatric Strategy Forums in a nutshell

ü Multi-stakeholder meetings on a malignancy or class of compounds

ü No blame, no shame à Trust

ü Prioritisation of innovative drugs for children with cancer

ü Driven by Science and to fulfil patients’ unmet needs

ü They work! 10 conducted so far, with concrete actions and outputs


