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Smiile! The webinar is being recorded ©

Use the chat for your burning questions

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

#CCIEGOLD
WEBINARS

www.ccieurope.eu
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The current legislative framework

2001 & 2004 2000 2006
EU General pharmaceutical Regul_ai_:lon on orphan Regulation on m_edlc_:mal
legislation medicinal products products for paediatric use
"Orphan Regulation’ "Paediatric Regulation”

aims at regulating the
procedure for

authorisation and

supervision of medicines

El &

www.ccleurope.eu

aims at providing incentives
for research and

development of medicine

in rare diseases

aims at regulating
the development of medicines
in paediatric diseases







The revision of the EU pharmaceutical legislation

EU General !ohar_maceutlcal 2001 & 2004 2020
legislation
+ “The revision of the EU
Pharmaceutical
legislation”
The Orphan Regulation 2000 E—
European Commission

proposed a joint revision
+ to
improve therapeutic
landscape and address
unmet needs in children

The Paediatric Regulation 2006

www.ccleurope.eu



The proposal by the EU Commission

7

26th of April 2023 - )
§:’- ~ EUROPEAN
— = COMMISSION
THE << PHARMACEUTICAL PACKAGE »
Brussels, 26.4.2023
) COM(2023) 192 final
: : . Which 2023/0132 (COD)
* Proposal for a Directive on the Union contains
. e o e - provisions on
code relating to medicinal products rare diseases Proponal for a
& paediatric DIRECTIVE OF THE EUROPEAN PARLIAMENT AND OF THE COUNCIL
for human use diseases on the Union code refating to medicinal products for human use, and repealing Divective
2001/8VEC and Directive 200933EC
Brusscls, 26.4.2023
Proposal for a Regulation laying T CoNppicy). 193
' |SEC(2023) 390 final) - (SWD(M{) 191 final} - {SWIX2023) 192 final] - 2023/0131(COD)
down Union procedures for the IENRGSH 11000
. . a0 Proposal for a
authorisation and supervision of
REGULATION OF THE EUROPEAN PARLIAMENT AND OF THE COUNCIL
medicinal products for human use oo~ ol el mAsptascis oy et o sy g
Regulation (EC) No 1394/2007 and Regulation (EU) No 536/2014 and repealing Regulation (EC)
No 726/2004, Regulation (EC) No 141/2000 and Regulation (EC) No 1901/2006
and establishing rules governing the
{Text with EEA relevance)
European Medicines Agency ’ [SEC(2023) 390 final} - (SWIX2023) 192 final] - [SWIX2023) 193 final] - (SWIX2023) 194 final)
www.ccieurope.euw
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Coalition building

****

& EURORDIS

SSPY

SIOP Europe ' ™

the European Society for Paediatric Oncology

4 Cancer
. International

Europeun Allmnce

We work
closely with
SIOPE on the
Pharmaceutical
package

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



Our materials

The Luropesn Sockety for Paediatric Oncology (SI0P0), the sngle-unted Luropssn organsstion
represanting all hesithcare prod Is n ic gy, and Childhood Cancer International -
Europe {COI-E), the largest European patient’ organsation n paediatric cancer, have been involved In the
roview and analysic process of the EU Pasdiatric Rogulation since 2012 and the EU Ovphan Regutation since
2016,

we dy " the £U € iesioa’s revised Ph tical leg " us stated In our joint

staternent available hare We believe 2t addresses seversl areas of concern of the pasdistric cancer
community.

Teday, nalthar the EL Pasdiatric por tha EU Orphan Rogulations hawe succesded in significantly improving
young cancer patients' chance of survival Notably, over the last ten years, only 16 snticances medicines have
boen authorized for a specfic paediatric cancor Indication, In cantrast to over 150 for adult cancurs®. Now,
we are zaling for an ambitious reviston that will support and accelerate mnovation and put the unmet
medical needs of patient: and thes families at the pentre of a European strategy for medicine development,

Tharufore, SMOPE and CCL-E have identifiod six key priorty aress which require focused consideration during
the negotiation of the revised EU Pharmaceutical legis!, We have detalled below areas which should
be upheld, as well as areas with spedfic suggestions for amendments wivch can further strengthen the
reform and uRtimately, ImMpeove the outcomes of patieats with unmet medical needs suth a5 young cancer

patients and restora tham ta their full haalth,

Attached to this document is 3n annex fisting the sriicles of the revised EU Pharmaceutical legisiation that
We propase to mantain, as well us the smendments that we sdvacate.

ERI0SIIY AREAS EOR PAEDIATRIC CANCER COMMUNITY
1. Unmet Medical Needs (UMN) and High Unmet Medical Noads [high UMN)

We welcome the intraduction of important concepts of UMK and high UMN in the praposal for revision of the
FU Pharmaceatical begulatson,

In the field of psediatric cancer, off-label use of anti-cancer medicine & very common due to lck of specific
pasdiatric cancer drugs. This leads to 3 vast amount of side effacts of currently avadable trestmants.

“The onset of these side effects can be acute or chronk, hawing the potentiol to rest in o
severe disablng, Nfe-threatening or fatal iness, such @3 0 cavdiowoscular disease, stroke,

Revision of the EU
Pharmaceutical legislation

Pernille Weiss (EPP) & Tiemo Wilken (S8D) Reparts - CCl Europe
amendmeonts

concerns and suggestion of

Defremon of LA G Hgh LMA
Fro eI Inssasion
Ty Same

A Wpopcory

Based on the Rapporteurs’ and ENVI Committee Amendments to the Commission Proposals of the
Pharmaceutical Directive and Regulation SIOPE and CCI-E prepared a voting list for the upcoming voting in
the ENVI committee .

The Amendments are categorised by priority topics for the Childhood Cancer Community, Below each topic
header, you can find highlighted the wording of the Articles that we support as well as 3 short reasoning, For
more details, you can consult our position statement for the Revision of the Pharmaceutical Legislation
Included below.

AMENOMENTNUMBER | SIOPE AND CCHE VOTING RECOMMENDATIONS

vis v /o 3

UMN and HUMN - Directive Article 83/1/b and 81/2/b; Regulation Article 70/1/b

'acute or long-term toxcity’

fieasoning: quality of life is improved through less toxic medicines; toxicity lavels can be measured
versua quaiity of life that has many different definitions

Reference: The trouble is that, whilst cancer treatments are designed to kill cancer cells, they are often
harmful to healthy cells too. This is a particular problem far children, because their bodies are still
developing, and their organs have not fully matured which can impact a d 3 treatment choice.'

. Around twe in three survivors will have one of these long-term effects, known as 'late effects’,

‘a5 well as the stakeholders referred to in Articde 162'

Reasaning. article 162 shall include patients snd bealthcare professionals

The upcoming revision of the
EU Pharma Legislation can be
life-saving for children and
adolescents with cancer




. CCI-E actions

The revision procedure

. EU institutions
actions

6 meetings with
Members of the
European
Parliament

ENVI Committee

Parliament
defines its
position
Adoption by .
Proposal by Trilogues® 2 Go Pule|[ca1§|otn &
the can start decision e“f ry into
Commission o orce
Council * Nego’.tiati.ons. between
3 meetings with defines its 3 institutions
pC SANT position
representatives

4 meetings with
Health Attaches

of the Council .
WWW.CC!@MV‘O}O&@M




Advocacy work timeline

-

\u

Revision of the
EU
Pharmaceutical
legislation

~

)

A

Proposal of the
EU Commission
‘the
Pharmaceutical
Package”

/

A

2020

\_

Deadline for

amendments at

the EU
Parliament

\

-

)

A

) 4

-

CCI-E & SIOPE
6 key

~

recommendations

N

April 2023
4

J

CCI-E & SIOPE
joint position
paper with
proposed
amendments

\_

Negotiations in
Council of the
EU

~

. CCI-E actions

EU institutions
actions

-

)

A

.

~

Plenary vote in
the EU
Parliament

)

A

Nov. 2023

v

K CCI-E policy \

team meetings

N

with Members

of the EU
Parliament
(MEPs)

J

www.ccleurope.eu

Jan. 2024

) 4

-

N

CCI-E policy
team meetings
with Health
Attachés

~

=

April 2024

At least + 2 years to
go



Conclusion: how can you support our efforts?

In a wrap..

3 meetings with DG SANT
6 meetings with MEPs
(Q(Q.,Q. 4 meetings with Health Attaches
CY HU IT 5E
Meetings with the industry

il

5 joint positions papers with SIOPE

]

o

{ ] 2 policy events with SIOPE
222 2 Gold webinars

And what about our members?

teh

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

N
@ You can meet with your national Ministry of Health

You can talk to your local politicians
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@ Cure rates E Q) %Less toxic medicines
@

Quality of life

Less acute & long-term
side effects



Current state of play

3 meetings with DG SANT

6 meetings with MEPs

Meetings with the pharma industry
4 meetings with Health Attaches

CY HU IT SE

5 joint positions papers with SIOPE

2 policy events with SIOPE
2 Gold webinars

— [ 1. Unmet medical needs of children

www.ccieurope.eu

@ EU Commission
) EU Parliament

Council




Drug has a mechanism of
action that is potentially
relevant for a given type of
paediatric cancer

2
e

Drug sponsor will have to
submit a paediatric
investigation plan (PIP)
even if the adult cancer does
not exist in children




Current state of play

3 meetings with DG SANT

6 meetings with MEPs

Meetings with the pharma industry
4 meetings with Health Attaches

CY HU IT SE

5 joint positions papers with SIOPE

2 policy events with SIOPE
2 Gold webinars

[ 1. Unmet medical needs of children

[ 2. Mechanism of action

www.ccleurope.eu
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©  EU Commission
&)  EU Parliament

L Council

[ . .
@ EU Commission
) EU Parliament

| Council




3. Simplification of investigation plans &
early start

ﬁ‘% El

\

Y

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

www.ccieurope.eu

Market
authorisation
application

1o

Includes the
results of the
studies
carried out as
part of an

agreed PIP

T

Market authorisation
application evaluation
by the EMA

Market
authorisation
for the
medicine

EN®




Current state of play

3 meetings with DG SANT

6 meetings with MEPs

Meetings with the pharma industry
4 meetings with Health Attaches

CY HU IT SE

5 joint positions papers with SIOPE

2 policy events with SIOPE
2 Gold webinars

[ 1. Unmet medical needs of children }

[ 2. Mechanism of action }

[ 3. Early start of paediatric development }

www.ccleurope.eu
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©  EU Commission
)  EU Parliament

L Council

[ . .
@ EU Commission
)  EU Parliament

L Council

[ . .
@ EU Commission
) EU Parliament

L Council




O 00O

[}m\VmV}m\v S Drugs in development in adult

oncology

O

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

by academia

> 4
-

.




Current state of play

3 meetings with DG SANT

6 meetings with MEPs

Meetings with the pharma industry
4 meetings with Health Attaches

CY HU IT SE

5 joint positions papers with SIOPE

2 policy events with SIOPE
2 Gold webinars

[ 1. Unmet medical needs of children

RO®

EU Commission
EU Parliament
Council

[ 2. Mechanism of action

OO

EU Commission
EU Parliament
Council

}/
}f

[ 3. Early start of paediatric development }

OO

EU Commission
EU Parliament
Council

[ 4. Repurposing of drugs

www.ccleurope.eu

l

OO

EU Commission
EU Parliament
Council




5. Improved access to medicines

Essential anti-cancer

medicines
Dedicated
0) incentive/procedure to
2 O A) ensure equal access in all
Gap in survival ‘ Member States
rates among &
European countries mechanisms to address
shortages
Newly developed
medicines

www.ccieurope.eu



Current state of play

3 meetings with DG SANT

6 meetings with MEPs

Meetings with the pharma industry
4 meetings with Health Attaches

CY HU IT SE

5 joint positions papers with SIOPE

2 policy events with SIOPE
2 Gold webinars

[ 1. Unmet medical needs of children

[ 2. Mechanism of action

[ 3. Early start of paediatric development }

[ 4. Repurposing of drugs

5. Improved access to essential &
anti-cancer drugs

|

www.ccleurope.eu
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&  EU Commission
)  EU Parliament

L Council

e

OO

EU Commission
EU Parliament
Council

N

OO

EU Commission
EU Parliament
Council
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OO

EU Commission
EU Parliament
Council
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[
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EU Commission
EU Parliament
Council




Drug development in Drug authorised & Drug authorised &
adult oncology

marketed for adult marketed for
cancer paediatric use

%

Pharmaceutical
industry
TODAY
@ Drug development «  Economically unattractive
specifically in paediatric - Small and high-risk patient population
oncology « Complexities associated with

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




Current state of play

3 meetings with DG SANT

6 meetings with MEPs

Meetings with the pharma industry
4 meetings with Health Attaches

CY HU IT SE

5 joint positions papers with SIOPE

2 policy events with SIOPE
2 Gold webinars

[ 1. Unmet medical needs of children

[ 2. Mechanism of action

J

[ 3. Early start of paediatric development }

[ 4. Repurposing of drugs

J

5. Improved access to essential &
anti-cancer drugs

| 6. First-in-child drugs

www.ccleurope.eu
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4 Let's learn & play!

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

sy
» Play and have fun! @



e
Any questions?

Do not hesitate to reach out to :

t.pais@ccieurope.eu & m.gouders@ccieurope.eu

www.ccieurope.eu
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Feedback form: Drug Regulations —
What is new for the childhood
cancer community?

Give us your feedback @@

www.ccieurope.eu
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NEXT WEBINAR IS:

What could be the impact of
Big Data and Al application
in paediatric oncology?

On July 1st, 2024



g Goncer Survivor's Week

EUROPE

Childhood Cancer:
Stigma and Communication

' Organised by Childhood Cancer International (CCl) and
The International Society of Paediatric Oncology (SIOP) g v
June 29th, 2024

7|

REGISTRATION
English & Spanish

JUNE 29 REGISTER: 4pm-6pm CEST
2024 BIT.LY/SWFAGYX (Netherlands/Switzerland)

www.ccleurope.eu



Thank you for your time 00

Follow us!

000
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