THE CHILOREN'S MEMORIAL HEALTH INSTITUTE
Enorus Paiione Tawanvanoeial Rsaao besasrmoin

EPTRI General Assembly and Scientific Meeting
Warsaw, 28-29-July, 2026 -

‘s\ Perspect:ves on Enpr-EMA Strategtc Plans
et | 2(_)_26 -2028

Mk~ RICCII'dO Ferncmdes g
\ 1 " — 11":.

A *c t
N ((,wl,g °"e,f;

EPTRI Scientific Meeting | 28-29 July 2026 | Warsaw, Poland



Disclaimer

Roles and affiliations

5 'Y' G T ...
' tl' uh '0 ‘
, o ’o ‘

00'0 '

e Current EnprEMA (Co-)Chair
+ Lead, STANDA4KIids (Pediatric Trial Network), Portugal

» Chief Medical Officer, conect4children-Stichting

« Associate Professor, Clinical Pharmacology, Faculty of Medicine,

University of Lisbon
* Pediatrician

The views expressed in this presentation are my personal views and may not be
understood or quoted as being made on behalf of or reflecting the position of the

European Medicines Agency or one of its committees or other bodies.
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Network perspectives at a critical juncture for R&l
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Network perspectives at a critical juncture for R&l

Progress towards 2030 clinical trial targets

|2 ]

84 multinational clinical trials 40.8% of trials recruit participants
authorised in addition to the historical within 200 days from application
average” submission™

Goal: 500 extra multinational trials by the end of 2030 Goal: 66% by the end of 2030
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Challenges in the EU paediatric trial landscape

Clinical trial applications authorised for paediatric
population by age of clinical trials participants

Clinical trial applications authorised by therapeutic area and
investigating a rare disease in paediatric population

142 Immune System Diseases 43
137
Congenital, Hereditary, and Neonatal Diseases and... 118
Nervous System Diseases 86
109
104 104 Neoplasms 54
80 89 82 Musculoskeletal Diseases 55
76 Hemic and Lymphatic Diseases 44
63
5 57 57 Respiratory Tract Diseases 13
45 4 43 41 Nutritional and Metabolic Diseases 34
2 27 03 Skin and Connective Tissue Diseases 15
18 19
g 114 1o o . Digestive System Diseases 13
227 5 7 2 3
H = Bacterial Infections and Mycoses 4
2022 2023 2024 2025 2026 Virus Diseases 3
Authorisation year Cardiovascular Diseases 10
Preterm newbom infants (up to gestational age<37 weeks) Eye Diseases [ MR 16
0-27 days Hormonal diseases “ 12
28 days-23 months Mental Disorders 20 )
W 2-5years
0% 25% 50% 75% 100%
6-11years Number of CT (and %)
12-17 years
= Not specify B No Rare disease Rare disease

Preliminary data provided by the EMA; 2026 — YTD.



Opportunities in the road to pediatric innovation
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Pediatric-onset rare disease therapy pipeline
yields hope for some and gaps for many: 10-year
projection of approvals, treated patients, and list
price revenues

Forecast cumulative FDA approvals
Therapies targeting pediatric onset rare diseases

Range of outcomes

— Mean

w— Q5N percentile

— S1h percentile

2023

2024 2025

2032

2026 2027 2028 2029 20530 2031 2033
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Research infrastructures supporting paediatrics

A diverse status quo
Types of infrastructures Infrastructures differ in:
«  ESFRI Research Infrastructures: ECRIN, EATRIS, * Scope
BEMRI... *  Perspective & funding (public/private)
*  Specialty networks: ECRAID, ECFS-CTN, «  Thematic, lifecycle and population focus
TREAT-NMD...
*  Country and site footprint
 European Reference Networks: ERKNet, ERN
PaedCan,... * Governance
«  Paediatric research networks: EPTRI, * Roles
conect4children-Stichting and National Hubs, . Services
TEDDY, ITCC, PENTA, ESCAPE, ECHO,...
 Access

Flexibility and readiness to different users

Different levels of suitability for purpose in supporting the lifecycle of paediatric medicines development
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EnprEMA: network of networks

A European Network of
Paediatric Research at the
European Medicines Agency

m European Medicnes Agoncy
FPre-audpmsalion Evaluabnn of Medicines for Human Use
London, VD Decembeer TS
Doc. Bef. EMEA/GE342 1/ M08

ANNOUNCEMENT

FIRST EMEA WORKSHOP ON EUROFEAN PAEDIATRIC NETWORK

io be held ot the EMEA
on Monday, 16 February 2000

The EMEA will comven: a ooe-day workshop on tbe European pssdiaric setwork, One of the
abjectives of the Poediatric Regulstion (EC) No 1901/2006, a5 amended, s 0 foster kigh quality ethical
research on medicimal products i be msed i chaldren. This shoulkd be schieved through elficien fimer-
netaack and stakehalder collnbamatzon. To achieve this objective, the EMEA is tasked with developing a
European paedintric network of existing nations] and Ewropean netwoeke, investigstons and ceniers with
apecific expertse in the performance of sudies in the pasdiamic populatios,

This Buropean peedsantic network fself (& not mended v perdonm inals, or o fusd studies or rescasch,

One wf the goals is to bink together and co-ordmate existing networks and 4 establish 2 platform for

canmmication and exchange of information between nesworks inside and owiside the BV (A detailed

list of the shart serm and Jong term goaks of the nerwork can be found in and downloaded from “The

Metawock  of  DPaediairic  MNebworks @ the EMEA:  Implemesimg  Seeatepy™

hispefwww emeagusopa.ewpd i human'peediatrice 543 52 10T e, pdl

While there ix no formal ehligation for networks o paricipale in the European poedistric network, thear

active contrihution is strongly encouraged for the herefit of the pasdiatric pegulstion. Advantages o

jeining the network include

= Bevisdble a8 a posential sife for exteranlly sponsored clinical trials

= Be consulesd for eapert opinion when paediatric investigation plans in dhelr feld of expenise ans
discussed and developed

=  Bhare the skilks and expertise of other natsomal oed Europesn netwarks

»  Shope and influence future development in paediatric research
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European network of paediatric research at EMA (Enpr-EMA)
(contact: enprema@ema.europa.eu)

* Provides platform for dialogue on paediatric medical research to foster paediatric clinical trials and
development of medicines for children

* Sets up multistakeholder Working Groups to enhance trial design & practices

* Has more than 50 paediatric research networks as members globally => Join as a new member!*

* Brings together patients, academics, health care professionals,
medicine developers, regulators as stakeholders
* Is an expert network to the EMA Paediatric Committee (PDCO)

* Publishes guidance, articles, best practice recommendations

Organises annual open workshop at EMA/Amsterdam for all stakeholders

Website path: EMA -> Partners & networks -> Networks
-> European Network of Paediatric Research at the European Medicines Agency (Enpr-EMA)

Database of member networks:
Membership form:


https://www.ema.europa.eu/en/homepage
https://www.ema.europa.eu/en/partners-networks/networks/european-network-paediatric-research-european-medicines-agency-enpr-ema
https://www.ema.europa.eu/en/partners-networks/networks/european-network-paediatric-research-european-medicines-agency-enpr-ema
https://www.ema.europa.eu/en/partners-networks/networks/european-network-paediatric-research-european-medicines-agency-enpr-ema
https://www.ema.europa.eu/en/partners-networks/networks/european-network-paediatric-research-european-medicines-agency-enpr-ema
https://www.ema.europa.eu/en/partners-networks/networks/european-network-paediatric-research-european-medicines-agency-enpr-ema
https://www.ema.europa.eu/en/partners-networks/networks/european-network-paediatric-research-european-medicines-agency-enpr-ema
https://www.ema.europa.eu/en/partners-networks/networks/european-network-paediatric-research-european-medicines-agency-enpr-ema
https://www.ema.europa.eu/en/partners-networks/networks/european-network-paediatric-research-european-medicines-agency-enpr-ema
https://www.ema.europa.eu/en/partners-networks/networks/european-network-paediatric-research-european-medicines-agency-enpr-ema
https://www.ema.europa.eu/en/partners-networks/networks/european-network-paediatric-research-european-medicines-agency-enpr-ema
https://www.ema.europa.eu/en/partners-networks/networks/european-network-paediatric-research-european-medicines-agency-enpr-ema
https://www.ema.europa.eu/en/partners-networks/networks/european-network-paediatric-research-european-medicines-agency-enpr-ema
https://www.ema.europa.eu/en/partners-networks/networks/european-network-paediatric-research-european-medicines-agency-enpr-ema
https://www.ema.europa.eu/en/partners-networks/networks/european-network-paediatric-research-european-medicines-agency-enpr-ema
https://www.ema.europa.eu/en/partners-networks/networks/european-network-paediatric-research-european-medicines-agency-enpr-ema
https://www.ema.europa.eu/en/partners-networks/networks/european-network-paediatric-research-european-medicines-agency-enpr-ema
https://www.ema.europa.eu/en/partners-networks/networks/european-network-paediatric-research-european-medicines-agency-enpr-ema
https://www.ema.europa.eu/en/partners-networks/networks/european-network-paediatric-research-european-medicines-agency-enpr-ema
https://www.ema.europa.eu/en/partners-networks/networks/european-network-paediatric-research-european-medicines-agency-enpr-ema
http://enprema.ema.europa.eu/enprema/search.php
http://enprema.ema.europa.eu/enprema/images/Self_Assessment_PDF_Form_v5.pdf

Examples of EnprEMA contributions
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EnprEMA today _ Enpry

____________________________________________

EnprEMA plenary

» 58 paediatric research networks are members

» Expert network of the PDCO

Platform for dialogue to build up competences and to
foster paediatric clinical trials

» Shares expertise and best practices, publishes
recommendations

\_* Enhances inter-network and stakeholder collaboration -

SO e —— a EnprEMA Working
PDCO EnprEMA Coordinating Group (CG) Groups

* Supports the development of . » Cross-border access to CTs
EnprEMA Operational centre / governance body of Enpr-EMA Patient- & Public involvermnent

International cooperation

Trial site standards

Nurses

EMA \crvox

* 2 Members in Coordinating Group

/

R AYEREEEE e \ Stakeholder engagement
EMA

* Provides the secretariat support
* Hosts EnprEMA meetings etc.
* EMA appoints co-chair of CG

________________________________

» Patients, academics, health care professionals,
medicine developers, regulators are important
stakeholders (in addition to networks)

y » Annual meeting (F2F) for all stakeholders

* Involved in Working Groups

&Involved in Coordinating Group / STANTX kwa'

- ———
e e

.* ‘conect




EnprEMA members & stakeholders

« Networks (multi-specialty/single specialty) are
members of EnprEMA

« "accreditation” via membership criteria (Cat 1-3)

* increased visibility via publication in Enpr-EMA database

« Patients, academia, industry, individual centres and
investigators are not members but important

stakeholders

« Coordinating Group (CG) (EnprEMA’s governing body)
involves all stakeholders

» oversees EnprEMA activities

» sets short- and long-term strategy

€PTRI &
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EnprEMA at a critical juncture for R&l
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New legislation through a

transformation lens

Reform of the EU pharmaceutical legislation

Sbrnam w e s g s 1 d s L P B aiymey Uastn (B b b ren b o o e i el el i

i Wity Irnzswinn il nram

D December 2025

Politscal agreament on new pharmaceutical legislation

|::| 2026

Adopted acts of the new pharmaceutical legislation enter into force

CJ 2026-2028
Transiton phase
-ELl Member States update their national laws 9o reflect the new rules

-Eurcpean Commission adopts implemeanting and delegeted acts to nelp impiement the new

rules

-EMA and national competent authesities develop implementation guidance and adapt their

pracedures and IT systems

|:] 2028

Mew pharmaceutical legisiation becomes appdicable

What are the Are pediatric

° "o
critical elements of ( "E‘ networks and
the new legislation? }q 17 Enpr-EMA fit for

purpose’
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LV
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Some overarching NPL
transformation themes

December 2025
#risalthUnion

Access to safe, effective medicines
for all EU citizens

* Greater and earller availability of medicnes to
patients in all Member States

* Day-1 access to generic and biosimilar
mechcines, with improved tocls to allow them o
enter the market a5 5000 as protection perods
end

* Access to new medicdnes where there are
currently no treatments, with incentives to support
the developrment of medicines in much needed
areas, ncudng rare diseases and for chikdren

Tens of mellions more EU patients
will have access to new medicines,
thanks 1o incentives to develop
medicines for unmet medical needs
and provisions for Member States
to require companies to supply their
markets /

- 1

Acceleration
(timelines)

Adaptation
(adaptive procedures,
Mechanism of Action)

Innovation
(nonprofit
drug
repurposing,

regulatory
* Shorter authonisation procedures, with a more
streamlined stnucture in the European Medicines =10 Tg | bOXES)

Agercy (EMA), to Increase efficency and cut cost
and red tape for companies

A simpler, more competitive
environment for EU industry

+ Faster assessmants, without compromising
safaty standards, so that medicines can reach
the market more quickly. EMA ovaluations wil be
reduced from 210 days to 180 days.

* Digital solutions, such as online submissions

and electronic leafiets, to provicds patients with
Infarmation in ther own languages

Simplification measures, incuding
removal of gupbicative procedures,
will save public authenties and
businesses 300 million a year.

The right conditions for
innovation, to deliver for patients

* More adaptive regulatory framework, 10 SUpDort
rnovative soluticns that can bring new medcines
from laboratory to market faster.

* Groundbreaking approaches such as regulatory
sandboxes 10 test new approaches and accelerate
the devedopment of inndvative therapies

* Intemationally competitive ncentives to ensure
Europe rernains an attractive hub for mvestment
avd rrovation.

* Simpified manufacturing of inncvative
medicines oy allowing decentralised stes to
manufacture them at the patient's bedside

* Support for novel antibiotics, to combat
antimicrobial esstance, thiowgh new voucher
scheme and poatential guaranteed revenue scheme
for comparves ovesting in their development.

Stronger safequards against
medicine shortages

* Strenger supply chain cbligations on companies
10 prevent shortages.

* EU framework to monitor and tackle shortages
of medicnes, with a stronger coordination role for
EMA in case of oriticad shortages

* An EU-wide list of critical medicines, and the
evaluation of supply chaln vulnerabilities, to gve
chearer overdew of potentisl weaknesses 1o be

Support
(changes in commitees,
EnprEMA)

Mare EU-level support and
coordination

* Earty sclentsfic support from the EMA for
developers of promising medicines — particulardy
SMEs and non-profit arganisations.

* Strengthened cooperation among regulatory
authurites, joinl inspections and EMA support for
mare efficient supervision systems

An extra year of requlatory protection
for companies that deliver functianing
innovative therapies against multi-
dnug resistant infections will make

the EU's system one of the miost
generous In the world



Leveraging networks towards impact

What do we want to achieve?
* Informed, sound, fit for purpose PIPs

. WeIII-designed, participant-centered, fit for purpose
trials

* Completed trials
* Completed PIPs

Which levers do we favor?

* Goal-driven
 Fit for purpose
» User-focused

* Performance and quality-driven

* Predictable

* Involving the right stakeholders
Sustainable
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Principles governing change in networks
Turn opportunities of the new pharma package into action

CPTRI

Paediatric research
networks and Enpr-
EMA are preferred
partners in the
pediatric community

[ O
| 7 )

\

Engage, learn and
adapt as needed in a
dynamic transitioning

environment

©

THE CHILDEEN'S MEMORIAL HEALTH INSTITUTE

Cater activities and
contributions to new
needs - inform,
prioritize, accelerate
programs and trials

Support capacity-
building, education
and awareness to its

constituency

Help solve “"everyday"
problems - ground
development plans

and protocols on real-
world information

Strengthen a solid,

sustainable, plug-and-
play infrastructure

Cooperate, share good practices
and success stories, and
avoid fragmentation

Be flexible to address
evolving needs and

gaps

Be open to innovation
across the lifecycle

.* ‘conect
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EnprEMA mandate starting point...

Reg 1901/2006

Article 44:

1. The Agency shall, with the scientific support of the Paediatric Committee, develop a European network of

existing national and European networks, investigators and centres with specific expertise in the performance of

studies in the paediatric population.

2. The objectives of the European network shall be, inter alia, to coordinate studies relating to paediatric medicinal
products, to build up the necessary scientific and administrative competences at European level, and to avoid

unnecessary duplication of studies and testing in the paediatric population.

.* ‘conect
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...ahd evolution

New Pharmaceutical Legislation (NPL), Proposed Regulation, Article 95:

1. The Agency shall-with-the seientifie suppertof the Paediatric Committee; develop a European network of
existingnationaland-Eurepean patient representatives, academics, medicines developers, investigators and centres

with speecifie expertise in the performance of studies in the paediatric population.

2. The objectives of the European network shall be, inter alia, to discuss priorities in the clinical development of
medicines for children, in particular in areas of unmet medical need, to coordinate studies relating to paediatric
medicinal products, to build up the necessary scientific and administrative competences at European level, and to

avoid unnecessary duplication of studies and testing in the paediatric population.
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Reflections on future-proofing EnprEMA

P o e RRRE R i \‘\
[ . \
‘ ()~ Stakeholder representation, \
( c( R category membership,
- involvement and contribution

Leverage member

and reach Selected contributions to prioritization
in dlinical development (bullding on
experience and leamings from previous
Foster an informed approaches, methods, outputs)

and engaged

............................. community

@

Avoid duplication of studies
and research waste

Jo

Coordinating Group

— Support adaptation /-/' Contribute to capacity building
@ structureand to the evolving o0l ane strengthening
tems Of re’ereme EMA Iandmpe
C] Engage key stakeholders to
:979«9\ faciltate discussion and to
catalyze change
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Strategy to action: 2026 and beyond
- e 3

Accelerate pediatric-centered, aware, relevant and
informed drug development research

Actively engage, facilitate and contribute

Generate consistent actionable and impactful outputs Focus on critical current and future-facing pricrities

® First EnprEMA/ACT EU Workshop (May 26) * Paediatric trial platforms

* Patient recruitment and retention
® EnprEMA Annual meeting (Nov 26) : -
* Patient engagement and experience
® Contribution to relevant EMA events and documents ® Paediatric trial assessment
& Methodologies to support extrapolation and prioritization,
including disease modelling, data-driven approaches

® Potential new WGs * Support to regulatory developments (PIP modalities - MoA, adaptive)

¢ Dialogue with stakeholders and decision-makers

e Potential new dissemination and educational events ® Infrastructure readiness

¢ Hear, make aware and prepare the ® Engage and inform discussions
pediatric community about the future of EnprEMA

__
. + ", conect
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Get involved with EnprEMA

Join as a member network

Enpr-EMA welcomes new member networks interested in strengthening

collaboration in paediatric medicines research (EnprEma Network Database)

Learn more online

Find information on EnprEMA’s current priority initiatives as well as previous

outputs on the EnprEMA webpages

Take part in annual meetings and workshops

Stakeholders can also get involved through EnprEMA annual meetings and

other workshops that support exchange across stakeholders.
Enpr-EMA
Save the date European Network of
Paediatric Research at the
5 November 2026: annual EnprEMA stakeholder meeting European Medicines Agency

€PTRI & ©
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https://enprema.ema.europa.eu/contact
https://enprema.ema.europa.eu/contact
https://www.ema.europa.eu/en/partners-networks/networks/european-network-paediatric-research-european-medicines-agency-enpr-ema
https://www.ema.europa.eu/en/partners-networks/networks/european-network-paediatric-research-european-medicines-agency-enpr-ema
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Working together towards better medicines for

children, step by step

CPTRI
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