
 



 

 

 

 

  

  

  

  

  

  

 

  

  

  

  

  

  

 

 



Time Title Speaker 

10.00 – 10.30 Arrival & coffee  

10.30 – 10.45 Introduction Prof. Matt Brown, Chief Scientist, Genomics England. 

10.45 – 10.55 Framing the issue 
Kath Bainbridge, Head of Rare Diseases and Emerging 

Therapies Department of Health and Social Care  

10.55 – 11.10 
Delivery in the NHS and lessons 

from other countries 

Fiona Marley, Head of Highly Specialised 

Commissioning NHS England  

11.10 – 11.30 The patient experience Mel Dixon, Trustee at Cure DHDDS   

11.30 – 12.00 
Individualised ASOs and the 

potential for future therapies 

Prof. Stephan Sanders, Professor of Paediatric 

Neurogenetics at University of Oxford  

12.00-12.30 Lunch  

12.30 – 13.00 
An actionable path to CRISPR 

cures 

Prof. Fyodor Urnov: Professor of Molecular 

Therapeutics UC Berkley (virtual)  

13.00 – 13.45 
Panel discussion – ongoing 

initiatives in the field  

Chaired by Ana Lisa Tavares, 

Clinical Lead for Rare Disease Research Genomics 

England.   

13.45 – 14.00 Coffee break  

14.00 – 14.50 

Workshop – how can the 

healthcare system change to 

meet these needs? 

 

14.50 – 15.00 Summary and close Kath Bainbridge/ Matt Brown  

 



https://www.gov.uk/government/publications/uk-rare-diseases-framework
https://www.gov.uk/government/publications/england-rare-diseases-action-plan-2024/england-rare-diseases-action-plan-2024-main-report
https://www.gov.uk/government/publications/england-rare-diseases-action-plan-2024/england-rare-diseases-action-plan-2024-main-report
https://www.curedhdds.org/
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