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Paediatric Medicines

= State of play in FP7

* Lessons learned from 2 calls

= What next?

* Projects funded and in the pipeline

= 4th call and beyond
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Health: area 4.2 results
Off-patent medicines

COMMISSION

Call Response Support EU Success
contribution Rate

2nd 15 proposals 6 projects ~ 22 mio 40%

3rd 12 proposals 3 projects ~ 18 mio 25%
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Health: area 4.2
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L essons learned from two calls :

limited attention to certain areas (e. g. ophthalmology,
gastroenterology, psychiatry)

lack of clarity between the EMEA Priority List of
Molecules and the paediatric (clinical) trial needs

= few involvement of some Member States/SMEs/
other stakeholders

commitment to seek PUMA lacking 7
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Health area 4.2

What we have done to mobilise different stakeholders

* publications

= workshops, also in NMS

» EU/US EMEA/FDA co-operation
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Results from 2nd Call

+ 15 Proposals received
¢ 8 proposals over all evaluation thresholds
¢ 6 retained for funding

* Good coverage of the ages and some conditions listed.

¢ Good coverage of malignant diseases, infectious diseases,
neonatology

¢ Limited attention given to ophthalmology, gastroenterology or
psychiatry, only one proposal in cardiovascular medicine).

* New Member States significantly under-represented.
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Results from 2nd Call

LOULLA & PHILLA

Development of oral liquid formulations of Methotrexate and 6-Mercaptopurine for
paediatric acute lymphoblastic leukaemia (ALL)

TINN
Aims to evaluate PK & PD of ciprofloxacin and fluconazole in neonates

O3K
Oral liquid formulations of Cyclophosphamide and Temozolomide

NEUROSIS
Eefficacy of Budesonide (BS) in reducing bronchopulmonary dysplasia (BPD).

EPOC
Aims to evaluate pharmacokinetics and pharmacodynamics of doxorubicin

NeoOpioid
Compares morphine and fentanyl in pain relief in pre-term infants

SEVENTH FRAMEWORK
PROGRAMME



PR EUROPEAN
COMMISSION

Results from 3 Call

® 12 proposals received

Total budget available € 25 000 000
Maximum EU contribution* € 6 000 000

® Wider coverage of topics
® Psychiatry, Infectious diseases, Immunology

® Higher scores if participating US centres

*per project 7
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Results from 3 Call

e NEMO

Evaluates the efficacy safety, PK, PD, mechanisms of action of bumetanide in neonatal
seizures, including the effect on neurodevelopment and to develop and adapt a
bumetanide formulation suitable for newborns in order to apply for a Paediatric Use
Marketing Authorization (PUMA).

e NeoMero

European multicentre network to evaluate pharmacokinetics, safety and efficacy of
Meropenem in neonatal sepsis and meningitis

e PERS

Focuses on two indications, the use of risperidone in children and adolescents with
conduct disorder who are not mentally retarded, and the use of risperidone in
adolescents with schizophrenia
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Evaluated
Associated )
New MS Countries Third
9% 8% Countries
10%

Old MS
73%

Funded
Associated ]
New MS Countries Th'”{'
6% 7% Countries
10%

Old MS
7%

Results from 2nd Call
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Results from 3 Call

Evaluated Funded
Associated Third Associated ]
New MS Countries Countries New MS Countries Th'”?'
9% 8% 5% 9% Countries
7% 8%

~ \

Old MS Old MS
76% 78%
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What to do next?

= SME workshops : EMEA, 23 October 2009
* Paediatric societies, other organisations
= EU/US/Third Country co-operation

» Joint activities with DG ENTR

= Specific publications: flyers etc

Health: area 4.2
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SMEs : Commission Regulation
(EC) No 204972005

« Administrative and procedural assistance from the SME Office
at EMEA,;

* Fee reductions for scientific advice, inspections and (for
veterinary medicines) establishment of maximum residue
limits;

* Fee exemptions for certain administrative services of the
EMEA;

» Deferral of the fee payable for an application for marketing
authorisation or related inspection;

» Conditional fee exemption where scientific advice is followed
and a marketing authorisation application is not successful,

 Assistance with translations of the product information
documents submitted in the application for marketing
authorisation. 7

EEEEEEE FRAMEWORK
PROGRAMME



IR £ UROPEAN

COMMISSION

To determine which
companies are eligible
for SME incentives, the
EMEA will apply the
definition of micro, small
and medium-sized
enterprises provided in
Commission
Recommendation
2003/361/EC

SMEs

The new SME definition

W

EMEA : http://www.emea.europa.eu.

E-mail : smeoffice@emea.europa.eu 7
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4t Call for Proposals
area 4.2

® Opened 30 July 2009, deadline 19 November 2009
® Specific topics for OPM (in collaboration with EMEA - PDCO) :

— new formulations, for example oral presentations for existing
products (oncology, pain relief, etc.),

— the needs of neonates (in infectious diseases, neurology,
analgesia, intensive care),

— age-appropriate formulations and

— new conditions (rheumatology, etc).

0
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4t Call for Proposals
area 4.2

® Greater EU-US Co-operation :

- EU-US science & biotechnology agreement

- EU-US Transatlantic Co-Operation Councill

- Paediatric Medicines Regulation, BPCA, PREA
® International Paediatrics Initiative

— Closer integration of EU research in paediatrics

— Closer integration with research in paediatrics in US, Third
Countries

- Jointly executed research activities in support of these goals

- Spreading of excellence — training : joint Paediatric Clinical
Pharmacology training programme
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4t Call for Proposals
area 4.2

Paediatric Clinical Pharmacology Training Programme — main elements

Ethical Issues of Clinical Trials in Children
PK, PD studies in Children

Drug action and effect in paediatric patients
- Age to age efficacy extrapolation
- Efficacy/safety predicitivity in small populations
- Validation of end-points, biomarkers
Drug toxicity in children
— Non-clinical signals
- Pharmacovigilance
Socio-political and regualtory aspects of medicines in children
- EU, US, Japan differences, EU-US dialogue, ICH
Pharmacoeconomics
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Useful contact detalls

) Arnd.Hoeveler@ec.europa.eu
O Fergal.Donnelly@ec.europa.eu
) Health :

http://cordis.europa.eu/fp7/dc/index.cfm?fuseaction=UserSite.CooperationCall
sPage&id_activity=1

O Work Programme, incl. Paediatric Medicines :

http://cordis.europa.eu/fp7/dc/index.cfm?fuseaction=UserSite.CooperationDeta
iIsCallPageé&call_id=10

O Independent Expert registration
https://cordis.europa.eu/emmfp7/index.cfim?fuseaction=wel.welcome
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