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AlIms
1. To support the development, funding and planning

of high quality, trials in children with GHN
disorders.

e Early engagement with industry in study plans

e Support investigator led studies, (eg sign posting to
funds, feasibility identification of collaborators)

e Model PIPS, agreed outcome measures
e Feasibility data etc
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Key partnerships

Led by British, Irish and Dutch Societies of
Gastroenterology

ESPGHAN - European Society of Paediatric
Gastroenterology , Hepatology and Nutrition

ENPR-EMA - European Network of Paediatric Research
— European Medicines Agency
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QEDCap“‘

Research Electronic Data Capture

e \Web based secure
software s e

e Electronic surveys and
databases

 Widely used
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PEDDCReN

Expertise, resources and Interest

e /1
investigators/
centres

e 61 Cities
e 24 Countries
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Register — Key points

* Interest and Facilities

— All willing to participate in PEDDCReN

— 56% willing/ able to take on phase | or Il studies

— 37% Dedicated paediatric clinical research facilities available on site
— 34% Access to a research nurse

* Investigator experience

— 33% had been Chief Investigators for their country
— 58% had been Principle Investigators in their hospital
— 27% had experience of phase | or |l studies
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Register — Key points

* Approx 1000 NEW IBD patients per year

* Very Rare Diseases (out of 71 centres)
— 17 units had patients with congenital enteropathy
— 11 Congenital transport defect
— 41 Polyposis syndromes
— 28 Chronic intestinal pseudo-obstruction

PEDDCReN - Paediatric European Digestive Diseases Clinical Research Network

_® in association with
,% E S P G H A N EASTRUE:TI?RGLOGY E Erl A
7 24 January 2014 ue p

BRITISH SOCIETV OF European

@ Barts and The London

@ Queen Mary

University of London



PEDDCReN Outcome
PIBD Horizon 2020 Bid

e 6,000,000 euros

e PEDDCReN WP 6

— Inception cohort of 300 IBD patients per year
— Pan European safety monitoring of rare complication of IBD
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PEDDCReN and industry/CRQOs

e Access to experienced and motivated investigators

e Key stakeholders — academics, clinicians, professional
societies (ESPGHAN), EMA

e Pan European feasibility
* |nformation on patient populations

e Ability to perform feasibility and prospective
identification of patients
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Gl Liver Rare diseases proposal

* Prospective study of incidence and prevalence and incidence
of rare and very diseases (Redcap)
— ? Liver
— ? Intractable diarrhoea
— ? Pseudo-obstruction

e Develop national guidelines for investigations — eg infant
diarrhoea

e Deep phenotype and genotype information
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Rare diseases proposal

e Date supports feasibility of trials (Redcap)
e Plan intervention studies

 Improve care (early identification, better quicker diagnosis, new
treatments)
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Please complete the E-card below to indicate whether or not you have seen cases for APRIL 2015.
u The reporting instructions for APRIL 2015 are ilable to by dligiing here{PDF, 150KB)
The BFSU Spring bulletin is now available to download hereg{PDF, 382KB)
The BFSU Annual Report 2013-14 can be viewed here
M O I I I | I I I Ll Survei of Acute ic Fewver and Behcet's syndrome to commence next month
i on acute ic fever {ARF) is due to start next month. Dr Mary Salama, Birmingham Children’s Hospital, was awarded the BFSU
Tizard Bursary to analyse ARF and how it affects 0-18 year olds. Download the flyer here (FDF, 298KE)
s i of Beheet's is also due to commence andgwill run for 12 months with a one year follow-up. The study is led by Or Clare Pain
of Alder Hey Hospital and the study team hope to in the inci and p | of Beheet's . Download the flyer here (PDF,
C a r -
E-card
Have you seen any cases in the month APRIL 20157 O Yes
= must provide valus O No
rmsst
Cases to report

Please specify in the appropriate box the number of cases seen:

To access the study information page on our Web site, click on the condition name.

1. HIV ion & Perinatal HIV m
2. Progressive & logical Deterioration |I|
3. Congenital Rubella Tzl
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BPSU November 2015 Reporting Card
To MM Croft
Dear BPSU member, -

Please return your BPSU orange reporting card for NOVEMBER 2015 by clicking on the link BPSU E-card at the end of this email.

Please open the card and enter the number of cases seen this month in the appropriate box{es) - if you have not seen any cases of any conditions on the card, tick NOTHING TO REPORT. Please read the
reporting instructions (November 2015 reporting instructions) and refer to the study protocols if necessary.

If you wish to report a case please NOTE the patient's name(s) or other identification for easy reference when you are contacted by the investigator.

The BPSU Annual Report 2014-15 is now available to download from our website: BPSU Annual Report 2014-15

The Winter bulletin can also be viewed at: BPSU Winter Bulletin
Best wishes,

BPSU team
(email BPSU@rcpch.ac.uk)

p.s. Join the BPSU to mark its 30th anniversary at our rare diseases in paediatrics conference on 23rd February 2016. Find out more here: Rare diseases in paediatrics - from birth to transition

You may open the survey in your web browser by clicking the link below:
BPSU November 2015 Reporting Card

If the link above does not work, try copying the link below into your web browser:
https://epilab.ich.ucl.ac .uk/redcap/surveys/?s=5w3t3dEdb3

@ bpsu.orangecard@rcpch.ac.uk BPSU JULY 2015 E-Reporting Card - 1st Reminder |:| ’! . A
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Phenotype
Information
collect and
store biobank
specimens
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Please complete the E-card below to indicate whether or not you have seen cases for JULY 2015.
The reporting instructions for JULY 2015 are i to by clicking here (FDF, 150KEB)
The BPSU Annusal Report 2014-15 can be viewed here
The Spring edition of the BPSU Bulletin can be viewed online. (PDF, 982KB)
Mame of responsible consultant
“ must provice value
Hospital name
Consultant telephone number
Consultant email address
e
Which ¥y notified the ing result? v
e
Details of child
Date of birth B [ rocer
* must provice value
MHS number / CHI number / Health & Sccial Care
Humber
- must provice value
Hospital Humber
Postcode of residence (first half only}
Sex >
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First presentation and clinical features
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() Clinical signs/symptoms
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. Orphanet: Intractable... * ::,’ ((Diarrhea, Infantile ... % | ﬁ Doctors.netuk Webm... * | EE GMC | Home x | » Forging successful links ... xﬂ» Invitation for industry c... * + IEI&IQ

& @ rd.trc.nihr.ac.uk/news-and-events/news/invitation-for-industry-collaborations/ E1 (& CLinntrar:tablediarrhoeaofinfancy-) ﬁ E 4 ‘ﬁ‘ 4 9 a

»

To discover more call: 8 +44 {01203 25401 |«

NHS |

Rare Diseases Translational Research Collaboration National Institute for |
Health Research

About us Invitation for industry collaborations
Published in News on 17 December 2014
RD-TRC Meefings CLOSING DATE FOR APPLICATIONS 11 DECEMBER 2015
ReEmIERREpacs v The NIHR Rare Diseases Translational Research Collaboration is inviting applications
Vacancies to establish industry—collaborative early translational (experimental medicine) research
BT projects in rare diseases. These projects will create and support collaborative research
between investigators working within NIHR-funded research infrastructure and industry
Themes partners. Specifically, the invitation aims to fund projects that generate in-depth
phenotypic information to develop new treatments and speed up diagnosis.
Informatics
NIHR RD-TRC funding is available to academic investigators specifically to
Patient, carer and public involvement support in-depth phenotyping. Where a proposal involves other research
Collaborate with RD-TRC methodology (for example, a clinical trial or acquisition of genomic data) only the
phenotyping aspects of a study are eligible for funding by the NIHR RD-TRC. Other
Funding call research costs must be met by the industry partner or another appropriate funding
source. Lead applicants must be based within an NIHR Biomedical Research Centre,
Training and development Biomedical Research Unit or Clinical Research Facility. Applications require a named
industry collaborator and need to state the contribution of the industry partner to the
News and events project.
Contact us Maxi . . ) . .
rd.trenihr.acuk aximum RD-TRC funding for in-depth phenotyping of £200,000 is available over two i
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Summary and questions

e Each disease is rare/very rare

e |s there a forum for pharma to collaborate
funding across multiple diseases in this area ?

e |s there a way to apply for funds as a group
rather than to each individually?
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