
 

 

 
 

Patient Group Consultative Forum 
 
Notes from a meeting of the Patient Group Consultative Forum (PGCF) held on Friday 11th November 
2016, in collaboration with the REGenableMED Project, to discuss issues relating to regenerative 
medicine.   
 
Specific aims for the day were: 
 

 to explore what treatments are available or likely to figure in the future in the field of 

regenerative medicine – clarify what is possible and what the challenges are 

 to learn from the patient group delegates about their engagement with, interests in and 

possible concerns and questions about regenerative medicine 

 to see both of the above in tandem with the MHRA’s role in regulating new therapies and to 

inform policy thinking. 

 
 
1. Attendance 

MHRA staff: 
 
Ciara Dunne – Patient, Public and Stakeholder Engagement 
Mike Dykes – Patient, Public and Stakeholder Engagement 
Guido Fumagalli – Devices  
Jillan Hussein – Devices 
John Johnston – Biologicals Unit 
Dan O’Connor – Licensing 
Ian Rees – Inspectorate 
Kirsty Wydenbach – Clinical Trials Unit 
 
 
REGenableMED Project team: 
 
Geoff Banda – University of Edinburgh 
Sandhya Duggal – University of Birmingham 
Alex Faulkner – University of Sussex 
John Gardner – University of York 
Ruchi Higham – University of York 
Aurelie Mahalatchimy – University of Sussex 
Sue Simpson – University of Birmingham 
Andrew Webster – University of York 
 
 
 
 



PGCF members: 
 

Action Against Medical Accidents Philip Dolan Trustee 

Action on Hearing Loss Nicola Robas Translational Research Manager 

Alzheimer's Society Shirley Nurock PPI Volunteer 

British Heart Foundation Trevor Fernandes Patient 

British Heart Foundation Robert McNabb Patient Representative for Wales 

British Kidney Patient Association Jasmine Taylor Patient 

Cure Parkinson's Trust Joy Duffen Researcher 

Diabetes UK Simon O'Neill Director Health Intel & Prof Liaison  

Epilepsy Action (also Headway) Mike Harnor Patient 

Genetic Alliance UK Louise Coleman Policy Officer 

Independent Cancer Patients' Voice Jacqui Gath Patient 

Macular Society Geraldine Hoad Research Grants Officer 

Mind Lydia Grace Information Officer 

Organisation for Anti-Convulsant Syndrome Deborah Mann Secretary 

Parkinson's UK Mike Wharrad Patient Volunteer 

Parkinson's UK Amelia Hursey Senior Research Participation Officer 

Thalidomide Trust Nick Dobrik Trustee 
 
 
 
2. Relevant website links 

Advanced Therapy Medicinal Products (ATMP): regulation and licensing explained - 
https://www.gov.uk/guidance/advanced-therapy-medicinal-products-regulation-and-licensing  
 
EuroStemCell - http://www.eurostemcell.org/  
 
MHRA Innovation Office - https://www.gov.uk/government/groups/mhra-innovation-office  
 
National Institute for Biological Standards and Control (NIBSC) - http://www.nibsc.org/  
 
REGenableMED Project website - https://www.york.ac.uk/satsu/current-projects/regenablemed/  
 
UK Stem Cell Bank - http://www.nibsc.org/ukstemcellbank  
 
 
 
3. Key themes identified from the meeting: 

 
Pathways 
 
There was an important theme relating to how we can understand pathways to the clinic.  

 

 The discussion identified three discrete pathways that were of especial importance:  

1) The ‘innovation’ pathway which emphasises the use of innovation (i.e. ‘innovation 

cycle’) and complementary business models.  

https://www.gov.uk/guidance/advanced-therapy-medicinal-products-regulation-and-licensing
http://www.eurostemcell.org/
https://www.gov.uk/government/groups/mhra-innovation-office
http://www.nibsc.org/
https://www.york.ac.uk/satsu/current-projects/regenablemed/
http://www.nibsc.org/ukstemcellbank


2) The ‘rare disease’ pathway which focuses on the ‘rare-disease model’ for getting 

products through to patients (via specialised commissioning).  

3) The ‘critical path analysis’ pathway which is, comparatively, a much less developed 

approach that is emerging among the larger and more highly resourced charities (such 

as Parkinson’s UK) - where the charities go beyond simply supporting researchers 

elsewhere and undertake their own strategic review of clinical trials design, how 

medicines might be repurposed and so on.  

 It would be important to see how these three pathways relate to each other (each will have 

different pinch points), how they map onto discrete regulatory oversight and how clinicians will 

decide to adopt. 

 

 
Access 
 
The impact of geography and regional differences in regard to the availability of and access to 

regenerative medicine therapies was a second key theme that emerged during the discussion.  

 

 The issue of a ‘postcode lottery’ for patients was discussed, whereby patient access to 

regenerative medicine is currently determined by the region in which they live.  This situation 

may have been unintentionally exacerbated by the move towards devolved government and 

differing regional priorities. 

 The development of specialist Regenerative Medicine Centres of Excellence and Delivery 

across the UK is still in an embryonic stage.  The challenges faced in how to organise such 

centres include: 

o The need to bring together all of the relevant skillsets, including researchers. 

o The requirement to have an appropriate infrastructure for handling the movement of 

cells from localised micro-factories to/in local hospitals. 

 Whilst local Clinical Commissioning Groups (CCGs) will need to be involved in the debate on 

how to take forward the Centres of Excellence and Delivery, it is likely these will be nationally 

commissioned in the first instance to ensure UK-wide access whilst the physical location and 

actual delivery points are yet to be determined. 

 The issue of ‘health tourism’ was raised in reference to those patients who travel abroad for 

new/risky treatments.  It was agreed that this could actually represent an opportunity to learn 

from the patient’s experiences, and the standard of treatment they have received, by using it 

to supplement the data already available from clinical trials.  However, in order to do so, the 

following questions would need to be addressed: 

o Which UK health agency would follow-up on this opportunity? 



o How could an agency report on such activity when there were issues of access to 

controlled data and tissue samples? 

o Would the NHS step in if things had gone wrong with the patient’s treatment? 

 
 
Risk/Benefit 
 
A third theme related to the need to consider carefully the range and level of risk that patients are 

prepared to take, especially in relation to treatments of the last resort.  

 

 The role of Patient and Pubic Involvement (PPI) in clinical trials is critical in helping to address 

issues of a lack of public confidence and trust in pharma and, more broadly, perceived 

commercialisation.  PPI needs to be embedded at the earliest point in the process. A greater 

voice for patients will also help in developing the appropriate ethical and consent framework 

for new therapies, such as regenerative medicine.  

 It is important to ensure that the clinical trials model is fit for purpose for regenerative medicine 

therapies and to consider whether there is a need to develop a new authorised trials model for 

regenerative medicine at the national level.  

 The Risk Management Plan (RMP) is tailored to each individual product and is reviewed by 

the Pharmacovigilance Risk Assessment Committee (PRAC) of the European Medicines 

Agency (EMA). 

 The question was raised of what constitutes a “product” when it has been derived from the 

autonomous cells of the patient?  From a legal perspective, this will depend on the degree to 

which the cells have been amended in order to become a product. 

 The issue of the selection of patients and how to guarantee their independence is an important 

one.  The EMA has a transparent conflict of interest policy that all patients involved must sign 

up to. However the challenge is how to ensure that independence is maintained during the 

process through which the patient will be interacting with the pharma company. 

 
 

Regulation - current 
 

A key underpinning theme related to the regulation of regenerative medicine and how it is different 

from traditional medicine.  

 

 MHRA’s fundamental role is to ensure that medicinal products are ‘acceptably safe’, in relation 

to the nature of the conditions they are aiming to treat and the likely benefit offered.   At the 

same time wherever possible MHRA is keen to act as a facilitator of, rather than a blocker to, 

innovative medicine especially in relation to rare diseases.  



 Delegates discussed the different ways in which prospective clinical products fitted with 

available regulatory categories such as medical devices and advanced therapy medicinal 

products (ATMP).   

 It was stressed how the MHRA (and other regulatory agencies outside of the UK) are willing to 

work across these boundaries and are keen to consult as ‘fellow travellers’ through engaging 

with developers throughout the innovation process.  Developers may therefore reposition their 

product as they confront the regulatory demands of different categories.   

 Early access and the proposals in the Accelerated Access Review final report make the 

engagement between developers and regulators even more important to the development of 

innovative medicines and medicinal products. 

 

Regulation – future 
 

A final theme to emerge from the discussion was how regenerative medicine might be regulated in 

future. 

 

 The issue of international regulatory convergence was raised.  There is currently some 

convergence at European level but the FDA, in the US, and the EU operate different 

regulatory regimes.  Some form of future convergence will be necessary. 

 The UK is well-placed to lead on future convergence: 

o An important player in setting global standards is the UK Stem Cell Bank, which is 

based at the National Institute for Biological Standards and Control (NIBSC) and is part 

of the broader MHRA structure.  NIBSC plays a vital role in securing the quality of the 

cell lines used for research and cell banks.    

o The role of the International Coalition of Medicines Regulatory Authorities (ICMRA), 

which is chaired by MHRA for the next two years, should help to ensure that 

international, mutually recognised, agreements can be put in place.  

 There was a discussion of the impact of the Brexit vote on MHRA and possible changes that  

could affect the future regulation of regenerative medicine: 

o There are likely to be some gradual incremental changes to the regulatory system, 

such as improving guidance for UK stakeholders on Good Manufacturing Practice 

(GMP) and improvements to the current certification scheme.  

o More radically, it might be possible to replace the centralised authorised procedure 

with a national competence scheme, and in regard to the current ‘specials’ and 

‘hospital exemption’ routes, to remove the latter.  

o Consideration could be given to what might be more proportionate regulation in relation 

to determining what constitutes an ATMP (where manipulation of the cells has taken 

place). 


