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Surveys of service users and providers

Two rounds of surveys
Round 1: General survey

* Service users and providers

e Collaborators, Institutional databases (BBMRI, EATRIS, CVBF)
* Sent out twice

e Scientific fields of interest

* Use of /research in biomarkers

* Research needs

e Platform components

e Capabilities

* Interest in becoming service providers (areas)
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Surveys of service users and providers

Round 2: Focus on services and facilities
Focused on Service providers
* Biobanks
e Omics services
e Bioinformatics services
* Biomarker identification/validation activities
* Lab capabilities
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Surveys of service users and providers

Responder units per country

35
Both rounds
Complete 80
30 Incomplete 7
25 Total questionnaires 87
20

17

G P T I a I All graphs generated by WP3
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Surveys of service users and providers

Main therapeutic fields of interest

Oncology 39
Neurology 31
Immunology 31
Haematology 30
Neonatalogy 28
Neonatal/ paediatric Intensive Care 27
Infectious diseases 27
Endocrinology/ Gynaecology 25
Pulmonary/ Respiratory 24
Gastroenterology 22
Cardiology/ Vascular Diseases  — 22
Rheumatology 21
Nutrition | 20
Nephrology/ Urology 18
Musculoskeletal 16
Hepatology 13
Ophthalmology 11
Dermatology 10
Otolaryngology 8
Metabolism 7
Psychiatry/ Psychology 7
Genetics/inbornerrors 5
Transplantation 3
Pregnancy complications

Bioprocess/bioengeneering

€ PTRI
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Surveys of service users and providers

Identification/characterisation of the biomarkers

Used as diagnostic tool for paediatrics

Used as prognostic tools in paediatric diseases
Used as predictive marker (in response to therapy)
Used as drug target in paediatrics

Used as a development stage marker

Used as a safety marker (in response to therapy)

0 10 20 30 40 50 60 70 80

Validation process of the biomarkers

Used as diagnostic tool for paediatrics 61
Used as prognostic tools in paediatric diseases 52
Used as predictive marker (in response to therapy) 38
Used as biomarkers in adults and children 38
Used as drug target in paediatrics 30

Used as a safety marker (in response to therapy) 22

Used as a developmet stage marker 7

e P I R I 0 10 20 30 40 50 60 70 80
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Surveys of service users and

providers

Biobank organisation

Biobanks with a sector dedicated to

paediatric biosamples 34

Biobanks exclusively dedicated to
paediatric biosamples

T T T I

0O 10 20 30 40 50 60 70 80

Range of human
development stage covered

20

19
14
10
1 1
0 : :

T 1

All ages 0-18years Pregnancy Postnatal
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Surveys of service users and providers

Most relevant difficulties

Identifying funding opportunities and apply for them to 3,47
grant financial support
Finding staff resources
Cost-effectiveness of services
Animal facilities
Finding the most suitable technical competence/expertise
Gaining access to instrument/technologies
Access to high-quality samples
Adopting a quality system/quality standard
Ethical and regulatory counselling to gain permission
Establishing new collaborations
T T
1,00 2,00 3,00 4,00 5,00
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Surveys of service users and providers

Currently unavailable expertise/resources/facilities

Technical Resources/ Laboratory facilities

Financial resources/ Funding
IT resources, biostatistics
Human resources

Biobank facilities/accessing samples

Omic platforms
Animal facilities

Clinical Trials unit
Regulatory issues

Pharmacovigilance expertise

Medical/clincal expertise
Genetic/epigenetic expertise
GMP and GLP facilities

Biopharmaceutics

No needs currently
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Surveys of service users and providers

Research services that responder could provide within a R.I.

Access to/deposit of human paediatric biological samples (biobanks) 41
Identification/ characterisation of the biomarkers for paediatric use 35
Biomarker validation 30
Validation process of the biomarkers for paediatric use | | 26
Data repositories (access/ management/ deposition) 23
Ethical/ legal issues, informed consent data protection and confidentiality I 23
Training courses ‘ ‘ 22
Omics technology platforms 20
Accredited/certified facilities (ISO certified, GLP, GMP, GCP) EEEEEEEE— 20
Data management expertise ‘ 19
Assessment of projects impact and innovation potential 19
Biobank organisation (targeted on paediatrics) _ 17

High-throughput screening for biological paediatric use | 15

Data on biological paediatric samples repositories 15

High-throughput screening — 15

Omics technology platforms to be used for paediatric drugs development | 14
Access to/management/ deposit of chemical compounds 8
Other 6
NONE OF THE ABOVE 2
0 10 20 30
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Analysis of survey results

Research services of interest to users in the framework of a research infrastructure
* Biomarker identification and validation

* Access to high quality samples (biomaterials that are linked with accurate clinical data)

¢ Help on ethical issues

* Presence of data repositories

* Training courses

* ‘Omics’ platforms and IT and biostatistical support

* Technical resources. Ranged from very specific to very general
Other issues raised by the responders

* Lack of funding opportunities

» Staff resources

Issues raised by BBMRI

» Standardized and harmonized protocols are still lacking within the omics field.
* ID-EPTRI should participate in the development of best practices for omics studies and of defined pre-analytical conditions that are a

prerequisite for reproducible results.
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Proposed biomarker platform

PAEDIATRIC
Doctors
Hospitals
Clinics

g

PAEDIATRIC
BIOBANKS

USERS

Distributed Core 7
J Facilities: including ‘omics’
and imaging

6

ID, Development, Validation RESULTS AND ANALYSIS
Pipeline Design

Basic Research
Methods and guidelines
Training
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Services to be provided by the

Paediatric Biomarkers

=

Access to paediatric biosamples and related data

(Access) to collection of animal biosamples for paediatric studies

In vitro Omics technologies application for paediatric biomarkers identification
Bioinformatics (analysis of omics data)

Ex vivo experimental models for paediatric biomarkers identification

In vivo experimental models for paediatric biomarkers identification

N S kN

Support to qualification procedure
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SWOT analysis

HELPFUL (for our objective)

STRENGTHS

1. First large platform dedicated to paediatric biomarkers discovery
and validation

2. Size

3. Expertise of participating institutions

4. A specialist Rl covering most of the EU, crosslinking with existing
Ris

5. Providing ‘Local service’

6. Minimal set-up costs
7. Flexibility in the cost structure

OPPORTUNITIES

1 EU'’s strategic plan for RIs
2. Creation of a non-profit pathway for novel biomarker identification

and development specific for paediatric pathologies
3. Specialization on a specific field (paediatric)

EPTRI
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HARMEFUL (for our objective)

WEAKNESSES
1. Novel platform with an unknown business model and related
cost/revenue structure
2. Variable service by Rl members, not dedicated service providers
3. Lack of experience in managing access procedures and regulations
4. Overlapping expertise by existing Rl in the EU
5. Lack of personal touch
6. Lack of a defined cost structure based on prospective or extended
collection models
7. Increased cost to link with hospitals and to establish industry
collaborations

THREATS

1. Low levels of adoption within the EU supporting countries

2. Competition from commercial entities

3. Low interest by pharma companies

4.Lack of funding opportunities to sustain users and for upgrading the
research infrastructures.

5.Covering all normal and pathological human development leads to
ineffective coverage and services




Feasibility study

Objective: the discovery & development of predictive biomarkers for the
stratification of B-thal paediatric patients relative to response to the drug
Hydroxyurea

EPTRI contribution:

WP 6 Identification of collection of biological samples and data for patient
stratification

WP 6 proteomics, transcriptomics and metabolomics analysis of samples and
bioinformatic analysis of data

CMO-Underpin clinical studies/trials- connection to existing paediatric
initiatives/National Network for the performance of clinical studies

CMO-EAB Advice on bioethical issues and legislation

CMO- Patients Involvement-advice on patient involvement
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Feasibility study-Conclusions

 EPTRI cannot be a universal sample provider
* Expect good coverage of omics and bioinformatic services

* Strong support from the EPTRI central office services

€ PTRI
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Thank you for your attention
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