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1.  Introduction 
 

The Co-chairs introduced the meeting.   
 

The Subcommittee has been formed with an emphasis on facilitating First-in-man, 
Phase 1 and Phase 2 trials for rare diseases, particularly monogenic conditions.  
John McGrath outlined the purpose of the meeting to be that of agenda setting.  This 
would broadly come under the following headings: 

 
Connect 
Achieve 
Which Trial? 
Who the participants would be?  

 
Celia Moss gave an overview from the National Commissioning perspective relating 
to rare diseases, and outlined the activities and agenda for the House of Lords 
Regenerative Medicines expert group of which she is a member. This group has a 
national profile and could provide an important link to the Sub-Committee with a 
particular emphasis on “task and finish” activities.  She also mentioned the 
importance of the connection with the NIHR rare disease activity group for support 
and translational research. 
 

2. Clinical Trials List 
 
In the UK it was felt that there should be a link to the NIHR database UK, but there 
should also be some relationship internationally, particularly with the WHO trials 
database.  The importance of having a web assistant for coordinating internet access 
to such lists would be useful, together with contact numbers for interested parties for 
the early phase trials in rare skin diseases and in determining activities and possibly 
future priorities.  
 



3. Funding 
 
Professor McGrath felt this Sub-Committee could provide opportunities to provide 
links to funding for the early phase trials, together with contacts of people 
experienced in getting such funding.  This would also provide a road map to enable 
interested parties to navigate their way through the clinical trials set-up pathways.  
Carron Layfield from Nottingham agreed to provide a web link to the NIHR which 
would be particularly helpful for this.  She also felt that she would be able to provide a 
resource of Studies and Protocols together with contacts. 
 

4. Research prioritisation exercise 
 
Jemma Mellerio raised the issue of prioritisation for research and the Priority Setting 
Alliance.  This involves key stakeholders (patients, clinicians and healthcare 
professionals) to decide on the most appropriate areas for further trials and research. 
 
Edel O’Toole similarly felt that that the experience of the Pachyonychia Congenita 
project could provide opportunities and some guidance for setting up trials for the 
treatment of genetic diseases. 
 
It was generally felt that the spirit of the Sub-Committee would be to provide a forum 
for national and international cooperation as well as for workers within the European 
Union, with the development of a directory of contacts, containing telephone numbers 
and emails, together with fields of expertise.  Such a database would allow the use of 
previous experience for trials in common diseases to be transferred to  trials in rare 
diseases. 

 
 

5. Resourcing for a web page 
 
It was felt that both an uploader and maintainer would be required and it was 
suggested that perhaps the British Association of Dermatologists might be able to 
provide some, if not all, support for this.  In view of the need for standardised 
information to be uploaded, a proforma for information would be required to allow a 
uniformity of presentation and ease of searching at a later date.   
 
It was felt a patient-accessible database should be created with an interface that 
would allow patients with rare diseases to understand what was being investigated 
with their particular condition and perhaps enable them to volunteer for clinical trials. 
 
Celia Moss raised the issue of the practical difficulties in maintaining and updating a 
dynamic website, rather than having some more set information which would provide 
links to other people’s databases that would then be updated by them . Questions 
and concerns could then be directed via those sites and thus avoid central 
information overload.  This could be provided in addition to the website as an easy 
port of entry.   
 
Generally it was agreed that BADGEM’ s mission would be to provide an awareness 
of what is ongoing in genetic medicine trials in the UK 

 
6. Any other business 

 
a) Ideas for Research 

It was felt there could be a poll of 1) important subjects and 2) interested potential 
contributors made by way of a survey monkey questionnaire that could be 



distributed by the BAD 
 

b) Patient participant 
Charlotte Proby also suggested that a patient participant should also be involved 
on the Sub-Committee, but it was felt that this would probably wait until the 
structure and outline of the activities were in place. 

 
 

7. Date of next meeting 
 

Tuesday 14th October 2014 at BAD Steering Group (London, BAD House)  
 
 
 
 
ACTIONS: 
 
C Layfield To provide link to NIHR database and Studies and Protocols resource 
 
J McGrath/ 
A Heagerty To bring together the “blue sky” thoughts raised by the kick off meeting in to a 

more focused agenda for the next meeting that can then set individual tasks 
etc. 
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