
 

 
 
 
 
 
 
 
 

5 October 2012  
 
Ian Bishop  
MHRA  
5th Floor 151 Buckingham Palace Road  
London  
SW1W 9SZ  
 
Sent to earlyaccess@mhra.gsi.gov.uk  
 
RE: Consultation on a proposal to introduce an Early Access to Medicines Scheme in 
the UK  
 
Key points:  

 We welcome steps that allow patients access to drugs more quickly, mindful of 
the risk/benefit profile of each;  

 

 Patients want regulators to consider a broader set of factors when assessing that 
risk/benefit – and that assessment and the resulting decision must involve 
patients;  

 

 Patients need properly tailored information that clearly sets out the risks, 
benefits and uncertainties so that their decisions are appropriately balanced;  

 

 Early access schemes are an advance but are only a small step on the path to a 
more proportionate and agile regulatory system.  
 

1 The Association of Medical Research Charities (AMRC) is a membership organisation of 
the leading medical and health research charities in the UK. AMRC has 125 member 
charities that together invested over £1 billion into UK research in 2011/12, equating to 
approximately one third of all public expenditure on medical and health research. Our 
member charities are focused on benefiting patients and many have strong patient 
groups allied to them ensuring they reflect patient priorities in their research strategies. 
These charities represent the voice of patients in medical research - funded as they are 
by patients, carers and families - and also the voice of the 11 million members of the 
public who donate to medical research every month – the country’s most popular 
charitable cause.
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2 Because of the particular interests of our members we have confined our consultation 

response to those few questions which are most relevant to the experience and interests 
of charities and their patient groups. We do not therefore explicitly recommend any of the 
five options set out in the consultation document or comment on the detailed economic 
analyses but rather highlight the principles that charities and patients would wish to see 
reflected in any given licensing regime.  
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We welcome steps that allow patients access to drugs more quickly, mindful of the 
risk/benefit profile of each  
 

3 We welcome steps taken to allow access to drugs earlier than the current regime permits, 
especially where the compounds under consideration represent possible therapies or 
cures for diseases where few alternative treatments are available.  

 
4 Patients want to be involved in research and in our recent MORI poll almost three 

quarters of respondents said they would like to be offered opportunities to be involved in 
research trials – even though they recognised that any therapies being tested were pre-
licence and so had not yet been approved for widespread use.
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Patients want regulators to consider a broader set of factors when assessing that 
risk/benefit – and that assessment and the resulting decision must involve patients 
 

5 Patients understand that no medicine is 100% safe and that regulators need to assess 
any potential benefits against the risks of new drugs, but it is important that the regulatory 
framework reflects the views of patients in making their determination. Further, these 
views may be different for diseases which are rare or serious and for which no suitable 
therapies exist.  

 
6 We believe that patients should be involved in the assessment of benefits and risks. A 

recent citizens’ jury conducted by the Welsh Institute for Health and Social Care at the 
University of Glamorgan on behalf of Genetic Alliance UK suggested that patients wanted 
psychosocial factors to be taken into account when considering licensing decisions, 
alongside more usual biomedical and pharmacological analyses.

3
 The value of a drug 

should consider its power to alleviate (or exacerbate) the ability to work, ability to 
socialise, maintain relationships, and contribute to quality of life. This patient perspective 
on value should inform both licensing decisions and value based pricing determinations.  

 
7 Patients also wanted regulators to lower the threshold of what they consider to be 

acceptably safe where the drug in question offered a potential therapy for which few other 
treatments existed: “The calculus should still be approved if benefits outweigh the risks. 
The benefits should be wider than a clinical/medical perspective and also include 
psychological and social benefits”. The jury suggested that “patients affected by serious 
and/or rare conditions often have few or even no effective treatments available to them” 
and because of that “may be willing to take greater risks than the system currently 
allows”. This practical calculus should inform the risk assessment that regulators 
undertake on behalf of patients. 

  
Patients need properly tailored information that clearly sets out the risks, benefits and 
uncertainties so that their decisions are appropriately balanced 
 

8 Charities currently involve patients in setting their own research priorities and often use 
lay panels very effectively to evaluate potential projects and their likely benefits. For 
example, ARUK has established a patient group – its “USER” group where researchers 
are asked to outline the potential benefits to patients of their research applications. Only 
those that receive patient approval then go on to the scientific committee. These 
approaches show that patients, scientists and clinicians are natural partners in regulatory 
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decision-making and that information can successfully be presented for assessment by 
patients who are often highly expert in the presentation and aetiology of their diseases. 
The early access scheme should harness this resource when it considers licence 
applications.  

 
9 Access to clear explanatory information is not only vital for patients but is also key in 

ensuring and demonstrating public confidence in the regulatory process. Retaining public 
confidence in the decisions taken by MHRA and the process by which those decisions 
are reached must be an important factor in designing how the new scheme should be 
implemented.  

 
The Early Access Scheme proposed here is an important development but it is only a 
small step on the path to a more proportionate and agile regulatory system  
 

10 The UK licencing approval model of the MHRA is well regarded internationally and all will 
wish to retain public confidence in the system. However it is becoming clear that a 
significant change is needed if we are to genuinely accelerate access to innovative drugs 
as patients and clinicians want.  

 
11 The Early Access Scheme sits alongside other initiatives that already exist such as 

conditional approval or named patient use, as a means of improving access to a small 
number of therapies. Whilst they are welcome, these schemes are only likely to capture a 
handful of potential drugs, and may even be skewed towards end of life drugs. They do 
not represent a systematic improvement to the way in which better access to innovative 
treatments can be achieved.  

 
12 Many medical research charities are funding potential discoveries that could be of 

significant benefit for patients across a range of diseases and at different phases of the 
progress of those diseases. for example Parkinson’s UK researching possible 
'biomarkers' for earlier diagnosis of the disease and so predict those who might be most 
at risk, or JDRF researching the potential of artificial pancreas in treating (juvenile) Type 1 
diabetes. Our members are keen to see changes to the regulatory mechanisms that will 
genuinely speed access to novel medicines for a wide range of people and across a wide 
range of conditions.  

 
13 Technological developments such as stratified therapies which target a small population, 

or drugs that combine a diagnostic and a therapeutic element will also likely require a 
different form of regulatory framework beyond that envisaged by this Early Access 
Scheme. Whilst welcoming these developments therefore we would urge that the 
regulatory authorities continue to develop their ideas on wider Adaptive Licensing as a 
much needed systems improvement even whilst this Early Access scheme is 
implemented.  

 
14 Several adaptive licencing models are in review, such as that investigated by the Centre 

for Accelerating Medical Innovations (CAMI) whose funders include Wellcome Trust. 
Such models have at their heart the notion that regulator, clinicians, patients, research 
community and industry should be jointly involved in assessing the proper indications and 
regulatory outcomes for a given medicine. These models require clear and effective risk 
management plans developed in conjunction with patients, doctors and the NHS and real 
time data collection on outcomes.  

 
15 Charities, who bring with them valuable access to patients and well-organised patient 

groups, can help to elucidate these issues and their practical ramifications and are keen 



 

to be involved in this work with the MHRA and other stakeholders. The MHRA has 
already set out its intention to work with industry and other international regulators to 
develop actions which will create a more enabling regulatory environment for the adoption 
of innovative manufacturing technology and has proposed the setting up an Expert 
Group.

4
  

 
16 This group was intended to include representatives from the third sector. We and our 

members would be very happy to work alongside the MHRA on this group to explore 
further how to accelerate access to drugs whilst retaining patient and public confidence in 
these new regulatory approaches.  

 
17 If you have any questions about this submission please do contact us at 

ceoffice@amrc.org.uk.  
 
Yours sincerely,  
 

 
 
Sharmila Nebhrajani  
chief executive, AMRC  
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