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HOUSEKEEPING ITEMS

1. Smile! The webinar is being recorded ☺

2. Use the chat for your burning questions

3. We’d love to hear from you! We are going to address all 
your written and oral questions in the Q & A session at 
the end of the presentation

www.ccieurope.eu
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1. EU Drug Regulations in a nutshell
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The current legislative framework

Regulation on medicinal 
products for paediatric use

”Paediatric Regulation”

2006

aims at regulating 
the development of medicines 

in paediatric diseases

EU General pharmaceutical 
legislation

2001 & 2004

aims at regulating the 
procedure for 

authorisation and 
supervision of medicines

Regulation on orphan 
medicinal products
”Orphan Regulation”

2000

aims at providing incentives
for research and 

development of medicines
in rare diseases 
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Many shortcomings…. 

Paediatric cancers Adult cancers

Waivers when 
the disease does 

not exist in 
children  

E.g., over 150 drugs 
developed for 

adult cancers vs. 
16 for paediatric 

cancers

No medicines 
developed 

specifically for 
paediatric 

cancer

Off-label use 
of adult drugs 

Developments of 
drugs not 

systematically based 
on science and 

properly prioritised

Drugs not 
marketed in 
all Member 

States

Deferral of 
initiation or 

completion of the 
paediatric 

investigation plan 
(PIP)
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The revision of the EU pharmaceutical legislation

EU General pharmaceutical 
legislation

2001 & 2004

The Orphan Regulation 2000

The Paediatric Regulation 2006

European Commission 
proposed a joint revision 

to
improve therapeutic 

landscape and address 
unmet needs in children

“The revision of the EU 
Pharmaceutical 

legislation”

2020
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The proposal by the EU Commission

THE « PHARMACEUTICAL PACKAGE » 

• Proposal for a Directive on the Union

code relating to medicinal products

for human use

• Proposal for a Regulation laying

down Union procedures for the

authorisation and supervision of

medicinal products for human use

and establishing rules governing the

European Medicines Agency

26th of April 2023

Which 
contains 

provisions on 
rare diseases 
& paediatric 

diseases
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2. Our advocacy work
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Coalition building 

o We jointly discuss
proposals and unite
forces at the EU level (ex:
joint amendments)

o Coalition building is a
strategy to boost
advocacy and
engagement with EU
policy makers

…

We work 
closely with 

SIOPE on the 
Pharmaceutical 

package
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Our materials
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* Negotiations between 
3 institutions

Proposal by 
the 

Commission

Parliament
defines its 

position

Council
defines its 

position 

Trilogues* 
can start 

Adoption by 
2 co-

decision 
makers

Publication & 
entry into 

force

The revision procedure 

ENVI Committee

3 meetings with 
DG SANT 

representatives

4 meetings with 
Health Attachés 
of the Council

6 meetings with 
Members of the 

European 
Parliament

CCI-E actions

EU institutions 
actions
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Advocacy work timeline

2020

Revision of the 
EU 

Pharmaceutical 
legislation

CCI-E & SIOPE 
6 key  

recommendations

April 2023

Proposal of the 
EU Commission

“the 
Pharmaceutical 

Package”

CCI-E & SIOPE 
joint position 

paper with 
proposed 

amendments

Nov. 2023

Deadline for 
amendments at 

the EU 
Parliament

CCI-E policy 
team meetings 
with Members 

of the EU 
Parliament 

(MEPs) 

Jan. 2024

Negotiations in 
Council of the 

EU

CCI-E policy 
team meetings 

with Health 
Attachés 

Plenary vote in 
the EU 

Parliament

April 2024

At least + 2 years to 
go

CCI-E actions

EU institutions 
actions
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Conclusion: how can you support our efforts?

You can talk to your local politicians

You can help us coordinate with your Permanent
Representation to the European Union

You can meet with your national Ministry of Health 

3 meetings with DG SANT
6 meetings with MEPs
4 meetings with Health Attachés

Meetings with the industry

5 joint positions papers with SIOPE 

2 policy events with SIOPE
2 Gold webinars

In a wrap.. And what about our members?
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3. Our 6 priorities
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1. Unmet needs of children 

Less toxic medicines

Quality of life
Less acute & long-term 

side effects

Cure rates
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Current state of play

5 joint positions papers with SIOPE 

3 meetings with DG SANT
6 meetings with MEPs
Meetings with the pharma industry
4 meetings with Health Attachés  

2 policy events with SIOPE
2 Gold webinars

1. Unmet medical needs of children 
EU Commission
EU Parliament
Council
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2. Mechanism of action

Drug has a mechanism of 
action that is potentially 

relevant for a given type of 
paediatric cancer 

Drug sponsor will have to 
submit a paediatric 

investigation plan (PIP)
even if the adult cancer does 

not exist in children 
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Current state of play

5 joint positions papers with SIOPE 

3 meetings with DG SANT
6 meetings with MEPs
Meetings with the pharma industry
4 meetings with Health Attachés  

2 policy events with SIOPE
2 Gold webinars

2. Mechanism of action 
EU Commission
EU Parliament
Council

1. Unmet medical needs of children 
EU Commission
EU Parliament
Council
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3. Simplification of investigation plans &
early start

Market 
authorisation 

for the 
medicine 

Market 
authorisation 
application

Includes the 
results of the 

studies 
carried out as 

part of an 
agreed PIP 

Market authorisation 
application evaluation 

by the EMA

Paediatric Investigation Plan (PIP) agreement*
*mandatory for all medicines, unless exemption because 

of a deferral or waiver

Stepwise PIP
Early submission of PIPs

Cap on PIP deferrals
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Current state of play

5 joint positions papers with SIOPE 

3 meetings with DG SANT
6 meetings with MEPs
Meetings with the pharma industry
4 meetings with Health Attachés  

2 policy events with SIOPE
2 Gold webinars

2. Mechanism of action 
EU Commission
EU Parliament
Council

1. Unmet medical needs of children 
EU Commission
EU Parliament
Council

3. Early start of paediatric development
EU Commission
EU Parliament
Council
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4. Academic repurposing of drugs

Drugs in development in adult 
oncology 

Repurposing of drugs, shelved or 
developed for other indications, for 
the treatment of paediatric diseases 

by academia
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Current state of play

5 joint positions papers with SIOPE 

3 meetings with DG SANT
6 meetings with MEPs
Meetings with the pharma industry
4 meetings with Health Attachés  

2 policy events with SIOPE
2 Gold webinars

2. Mechanism of action 
EU Commission
EU Parliament
Council

1. Unmet medical needs of children 
EU Commission
EU Parliament
Council

3. Early start of paediatric development
EU Commission
EU Parliament
Council

4. Repurposing of drugs
EU Commission
EU Parliament
Council
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5. Improved access to medicines

Essential anti-cancer 
medicines

Newly developed 
medicines 

20 % 
Gap in survival 

rates among 
European countries

Dedicated 
incentive/procedure to 

ensure equal access in all 
Member States 

& 
mechanisms to address 

shortages 
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Current state of play

5 joint positions papers with SIOPE 

3 meetings with DG SANT
6 meetings with MEPs
Meetings with the pharma industry
4 meetings with Health Attachés  

2 policy events with SIOPE
2 Gold webinars

2. Mechanism of action 
EU Commission
EU Parliament
Council

1. Unmet medical needs of children 
EU Commission
EU Parliament
Council

3. Early start of paediatric development
EU Commission
EU Parliament
Council

4. Repurposing of drugs
EU Commission
EU Parliament
Council

5. Improved access to essential & 
anti-cancer drugs

EU Commission
EU Parliament
Council



www.ccieurope.eu

6. First-in-child drugs 

Pharmaceutical 
industry 

Drug development in 
adult oncology 

• Economically unattractive 
• Small and high-risk patient population
• Complexities associated with 

paediatric cancers (heterogeneity, 
need of age-specific formulation, 
clinical trials design for children etc.)

Drug authorised & 
marketed for adult 

cancer

Drug authorised & 
marketed for 

paediatric use

Drug development 
specifically in paediatric 

oncology 

Need incentives to 
increase commercial 

interest 

TODAYFirst-in-child drugs
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Current state of play

5 joint positions papers with SIOPE 

3 meetings with DG SANT
6 meetings with MEPs
Meetings with the pharma industry
4 meetings with Health Attachés  

2 policy events with SIOPE
2 Gold webinars

2. Mechanism of action 
EU Commission
EU Parliament
Council

1. Unmet medical needs of children 
EU Commission
EU Parliament
Council

3. Early start of paediatric development
EU Commission
EU Parliament
Council

4. Repurposing of drugs
EU Commission
EU Parliament
Council

5. Improved access to essential & 
anti-cancer drugs

EU Commission
EU Parliament
Council

6. First-in-child drugs
EU Commission
EU Parliament
Council
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4. Q&A

www.ccieurope.eu
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Let’s learn & play!4

• Join Menti.com and insert code 2407 2264 or scan 

• Play and have fun!
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Any questions?

www.ccieurope.eu

Do not hesitate to reach out to : 

t.pais@ccieurope.eu & m.gouders@ccieurope.eu 
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Give us your feedback

www.ccieurope.eu
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What could be the impact of 
Big Data and AI application 

in paediatric oncology?

NEXT WEBINAR IS:

On July 1st , 2024
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June 29th , 2024
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Thank you for your time

www.ccieurope.eu

Follow us!
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