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The ID-EPTRI project

¢ Funds: Horizon 2020 EU Research and
. Innovation programme
: (INFRADEV-1-2017)
¢ Coordinator: Consorzio per Valutazioni
Biologiche e Farmacologiche
+» Start date of the project: 1 January
2018
% 29 partners from 21 EU/non-EU
countries
¢ 330 research units from 259
Institutions candidate as EPTRI
providers from 29 EU / non-EU
~countries



EPTRI - European Paediatric Tran-

slational Research Infrastriucture

EPTRI is proposed as a a new infrastructure , dedicated to paediatric research
aimed to cover some critical gaps using the instrument of the EU-RIs (ESFRI).

Lack of
: - funding and
structural and
permanent
support
-structural support to researchers
-access to specific paediatric Gaps e or
research services Dispersion of in the paediatric e )
the research within the globa
-research platforms for efforts and retse:;rch framsv;ork pacdialric
. afaps sdentunc
collaborative work facilities 0 be covered Dby community
EPTRI

-increased knowledge on many
scientific  topics related to
preclinical and translational
paediatric research
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The different phases of a

research infrastructure

EPTRI has concluded the DESIGN phase and started
the PREPARATORY phase to reach the ERIC status

. PREPARATION
&reen ettorTplan, | site construction and deployment of organisation

Preparatory Phase, busines - A\
political and financial support secured, data and legal entity, recruitment, IPR & innovation
policy & data management. cost book plan, policies, operation and upgrade plan,
secure funding for operation

9. OPERATION

frontier research results, services to scientific
community, outreach. continuous upgrade of
instrumentation and methods, political and
financial support for long-term operation

4. IMPLEMENTATION

design study, business case, potiticata
financial support obtained, common
access policy, top-level breakdown of
costs, governance and HR policy

1. CONCEPT DEVELOPMENT

concept screening, consortium formation,
access policy and funding concept.
scientific and project leadership

6. TERMINATION

eg dissolution, dismantling of facilities and
resurrection of site, reuse, merger of operation
and organisation, or major upgrade
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EPTRI in the Paediatric medicines

development process framework
T

Backintegration has
successively brought
PR&D into LO

h
e Target hit&lead Lead Concept Development Launch Life-cycle

human
development identification optimisation prenomination testing for launch phase support
A — =
T T Clinical studies on Phase IV
humans (phases 1-111) postmarket
New concept: «Classical» surveillance
Committing the trigger point

organization to

Paediatric specificities covered in a PIP

Physiologically based
(PBPK) modelling
Formulation Science

Target identification
Human development, St e DO IoRY

Paediatric ontology Imaging technologies

Common Paediatric Research
Terminology

Data Sharing and Reuse
EHRs and Databases

Developmental Computer modelling, Advanced statistical
methodology

Biomarkers, omics science

Animal and cellular modelling
Biomarkers

pharmacology

Medicines development is a complex process h Each stage needs information from
involving different disciplines and competences previous stages.
in different stages.

In the paediatric setting it SHOULD include In particular, the clinical stage can only
basic knowledge on human development and ‘l start when a good consolidated basis of
ontogeny effects evaluation. information exists
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EPTRI concept

To cover the wide range of needs for paediatric drug development it is necessary to
aggregate all the available resources and to integrate them in a common effort.

To promote an integrated
approach to paediatric drug
development by contributing
to clinical studies
implementation

To aggregate a large research
community focused on

preclinical and translational contribution

research for paediatric
medicines

To implement in the New target for
paediatric/rare diseases
Pre-clinical package
MoA and effect size
fields, innovative methods Developmental

e P I R I and technologies currently ghagr_nic_/ th.aseO litudy
dedlatric blomarkers

not available or under :
EUROPEAN PAEDIATRIC TRANSLATIONAL RESEARCH INFRASTRUCTURE < b Heirt de used Formulation

paediatric medicines

discovery and development




Infegration with ESFRI landmarks

In designing EPTRI, the relationships and possible overlapping
with other existing ESFRI Rls have been carefully considered.

Services relevant for children needs, Services provided by other Ris
proposed in EPTRI, have never been in research areas relevant for
developed in other Rls (e.g. ontogeny EPTRI (e.g. biomarkers, targets

driven studies, developmental identification, animal models,

pharmacogenetics and related disease cellular models, etc.) are not

targets, micro dosing, placental platforms, tailored to children’s needs
palatability assessment, etc.)

Some basic research activities,
developed in EPTRI, have been declared
not of interest for other Rls: research on
human development mechanisms relevant

for paediatric diseases, human in vitro
fertilization, safety of excipients
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EPTRI- CONCEPTUAL DESIGN REPORT

Context analysis results

EPTRI scientific community, users and stakeholders identification

259 research Institutions, distributed across 29 countries in the European- non European area
337 research groups providing indication on scientific services possibly offered by EPTRI
Stable relationship with research initiatives having paediatric interest (c4c; EJP-RD; ERNs)
Collaboration established with some Biomedical Landscape Rls

286 contribution received from research Institutions not associated with EPTRI (users’ survey)
155 contribution from different stakeholders from 31 countries

Map of Research Institutions and Units in EPTRI . Distribution of the targeted users divided by sort

Research Units by country Research Institutions by country = Advocate for patients and / or

families

= Health Care Professional

» Management /
Administration / Funding

= Regulator / Legal / Health
Economist

= Researcher: clinical topics

s

Notes: Update November 2019, RUs answering to more than one WP have been considered once in the
maps, RUs referring to Italian CNR have been counnted once.
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EPTRI- CONCEPTUAL DESIGN REPORT

Architecture Design

~\
| EC, GOVERNMENTS, AGENCIES, PAEDIATRIC RESEARCH COMMUMNITY, PAEDIATRIC NETWORKS AND INITIATIVES, ERNS, PATIENTS ORGAMNISATIONS, CHILDREN AND YOUNG PERSONS

ii*‘* i ‘ i*i‘ * * i STAKEHOLDERS ii‘i,* * i i i_iii * i i -

——— — ——— —— — — — —— — — — | —— — — ——— — — — ———

Ris

COMMOM 5
MAMNAGEMENT

Governing Board

Executive Board CE NTRA'.

(d4da—aaas

ETHICS
ADVISORY
BOARD

HUB

SCIENTIFIC
ADVISORY
BOARD

ACCESS
MANAGEMENT
COMMITTEE

SINGLE
ACCESS POINT

A ——_

COMMON SERVICES

m
[ CENTRALISED SERVICES CENTRAL O
o MANAGEMENT 1 e
OFFICE }

RESEARCH UNITS

ALAAAL ALAAALAAALAA AL MAAL

e, S . L A — —— — o — A — — — — — — — — — — T — — — — . A . A — — —— "

\
.

R

NATIONAL EPTRI INFRASTRUCTURES




EPTRI- CONCEPTUAL DESIGN REPOR

SERVICES FROM EPTRI

Medicines discovery and

/—> preclinical research

. .- .
Providing services — >"" Paediatric biomarkers
allowing paediatric drug

development processes \————

Developmental pharmacology

\> Paediatric formulations

Medical devices

¢ Centralised services including use results of basic and
translational research to underpin paediatric clinical
trials and studies thanks to a strong collaboration with
c4c¢ and paediatric networks

® Collaborative services with other Biomed Rls

€ PTRI

EUROPEAN PAEDIATRIC TRANSLATIONAL RESEARCH INFRASTRUCTURE




EPTRI integrated services

N° of Countries: 19

Developmental
Pharmacology

N° of Countries: 13

Paediatric
Biomarkers and
Biosamples

N° of Countries: 23

Paediatric
Medicines
Formulations

N° of Countries: 12

In vitro screening of novel drugs
using paediatric cellular targets

Microdosing to establish the “in
vivo” PK profile of the new drug

Organisation and management of
paediatric biosamples and related
data for paediatric studies

Pre-formulation advice and Pre-
formulation studies

In vitro pre-clinical studies |In vitro models to study ontogeny [ Biomarker identification and|Formulation of drug for
(effect, efficacy, biomarkers, etc.) | of drug disposition (ADME) levels’ measurement in paediatric | paediatric use for enteral routes
in paediatric cell models sample set of appropriate ages of administration

Access to the neonatal and Placental studies Bioinformatics for the analysis of | Formulation of drug for

juvenile animal models to screen
novel drug.

the data

paediatric use for non-enteral
routes

In silico screening of novel drugs
for specific paediatric targets

In vivo toxicity juvenile animal
studies

Validation of biomarkers for

paediatric use

Assessment and design of drug
delivery systems

In silico prediction of properties &
toxicity for new molecular entity
of paediatrics interest

Paediatric modelling and
simulation.

Basic research activities focused
on paediatric biomarkers

Drug delivery design for enteral
routes and for non-enteral

routes

Sensitive analytical methods

adapted to paediatrics

Paediatric in vitro and in vivo
palatability assessment




EPTRI centralised services

The services planned to be provided by EPTRI are:

Advice on translation to clinical phases
Research project management
Document Repository and e-

NT =

‘ Central Management Office

Advice on the design and
requirements of not clinical
specific studies/experiments

Scouting and application to funding
opportunities
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EPTRI common services

ELSI paediatric service
(with BBMRI) also based on
previous TEDDY experiences
Collaboration with other
Research Infrastructures

Paediatric data
interoperability service
(with ELIXIR)
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Where we are now

Feasibility
phase
2020
Context
analysis
phase Conceptual
2018 ﬁ Design Report
(Aug 2020) Preparation
@ phase
ongoing-
2023

INFRAIA-02-2020
(May 2020)

| D ESFRI 2021
- Roadmap

(Sept 2020)
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The steps taken so far: INFRAIA

EPTRI participated to the INFRAIA-02-2020 call submitting a proposal on the 14t of May 2020
to fund the activities of the Preparation phase as:

Networking activities
*To strengthen the
coordination and
collaboration
between scientific

community and
stakeholders

Joint research
activities
*To develop services enabling

basic, preclinical and
translational paediatric research

e PTRI x
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Trans-national
access services
*To provide efficient trans-
national access to advanced
research services provided by
the research organizations
participating in EPTRI

EPTRI
INFRAIA
02-2020




The steps taken so far:

the ESFRI Roadmarp

EPTRI applied to the ESFRI Roadmap 2021 on September 9t
2020 to be included in the Roadmap and be officially recognised
as a biomedical RI.

To this aim, EPTRI received letters of political support from 18
countries, 16 of which from the national authority relevant for RI.

o




Thank you for the attention
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