
 

Briefing for the Public Petitions Committee 

Petition Number: PE1398 

Main Petitioner: Alastair Kent, on behalf of Rare Disease UK 

Subject: Access to therapy for orphan diseases 

Calls on the Parliament to urge the Scottish Government to review the 
mechanism and methodology used by the Scottish Medicines Consortium to 
appraise the value of medicines for orphan diseases and to instruct the Chief 
Medical Officer to revise the criteria for accessing Individual Patient Treatment 
Requests by removing the term “exceptional” from all health boards IPTR 
requests in relation to orphan diseases 

Introduction 

The most common definition for describing an “orphan drug” is that provided 
by the EU licensing authority, the European Agency for the Evaluation of 
Medicinal Products (EMEA).  This defines an orphan drug as one licensed for 
treating or preventing life-threatening rare diseases affecting fewer than 5 in 
10,000 people.   

The petitioner has provided a significant amount of information in putting 
forward their case.  This briefing will concentrate on background information 
that Members may find useful. 

Process for assessing medicines for use in NHS Scotland 

Following licensing (which is a matter reserved to the UK Parliament), orphan 
drugs are not dealt with differently than a non-orphan drug when it comes to 
whether or not they are recommended for use in the NHS in Scotland1. 

The current process for approving medicines for use in the NHS in Scotland is 
detailed in Scottish Government guidance (CEL 17(2010)) from May 2010.  In 
short, the Scottish Medicines Consortium (SMC) considers all newly licensed 
medicines following an application by the manufacturer.  The SMC considers 
the efficacy and cost effectiveness of the medicine and makes a decision on 
whether or not it recommends its use in the NHS. 

                                            
1
 In a recent written answer (7 June 2011) to a Parliamentary Question in the House of 

Commons, the UK Government confirmed that it had no plans to ask NICE to establish a 
separate appraisal system for drugs for very rare conditions. 
 

http://www.scottish.parliament.uk/business/petitions/docs/PE1398.htm
http://www.sehd.scot.nhs.uk/mels/CEL2010_17.pdf
http://www.publications.parliament.uk/pa/cm201011/cmhansrd/cm110607/text/110607w0004.htm
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The SMC assessment process for orphan drug submissions is the same as 
for all other drug submissions.  However, in addition to the usual assessment 
of clinical and cost-effectiveness, the SMC may consider additional factors, 
such as whether the drug: treats a life threatening disease; substantially 
increases life expectancy and/or quality of life; can reverse, rather than 
stabilise, the condition; or bridges a gap to a “definitive” therapy.  The 
petitioner notes discussions that have taken place with the SMC on this 
process.  It also refers to the process undertaken by the process undertaken 
by the Advisory Group for National Specialised Services (AGNSS) in England 
(this is discussed in „Other Issues‟, below). 

Whatever the outcome, NHS Boards are expected to follow the SMC‟s 
recommendation.  However, there is also an important link with the process in 
England after this stage.  In England, assessments on new medicines are 
made by the National Institute for Clinical Excellence (NICE).  However, it 
does not review every medicine after licensing, only those referred to it by 
Ministers.  NICE has two ways of appraising medicines: 

 single technology appraisal (STA) – one where a medicine is appraised 
according to one indication 

 multiple appraisal process (MTA) - where it appraises more than one 
medicine for more than one indication. 

The STA process is seen as being similar to the process undertaken by the 
SMC, and as such has no status in Scotland.  However, the MTA process is 
longer and in some respects more in-depth than that undertaken by the SMC, 
and there is representation from Scotland on the appraisal committee.  When 
the MTA decision is published Healthcare Improvement Scotland will assess 
its applicability to Scotland and, if it approves, will issue it as guidance to the 
NHS in Scotland.  If the MTA recommendation differs from one already given 
by the SMC on a particular medicine, then the MTA guidance takes 
precedence and NHS Boards will be expected to follow it.  However, it is 
worth noting that since NICE began to use the STA process, the number of 
MTAs has reduced over time, and thus their influence in Scotland.  

Where the SMC (or later NICE MTA) guidance has not recommended a 
medicine for use, NHS Boards can still decide to prescribe the medicine to a 
specific patient if it is felt there are grounds to do so.  This now takes place 
through an Individual Patient Treatment Request (IPTR). 

Individual Patient Treatment Requests 

Whilst the process for making decisions on the use of newly licensed 
medicines in Scotland, as outlined above, is not new, guidance from the 
Government on handling IPTRs is.   

Prior to the recent guidance there was no set structure for the making of such 
decisions.  However, it was generally the case that in order for a Board to 
agree to such a request, the patient would need to be: a) significantly different 
to the general population of patients with the condition in question; and, b) 
likely to gain more benefit from the medicine than the average patient.  These 
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criteria were referred to as “exceptional circumstances”.  NHS Boards had 
their own procedures for dealing with such decisions. 

Following the last Petition Committee‟s Report on the issues raised by petition 
PE1108, in May 2010 the Scottish Government published CEL 17 (2010), as 
noted above.  Annex D of sets out a specific guidance framework for NHS 
Boards to apply when developing a written policy for IPTRs for medicines not 
accepted by the SMC.  As part of the process NHS Boards were to have 
written policies in place for dealing with such requests by 1 April 2011.  In 
March 2011, the Chief Medical Officer (CMO) set out further good practice 
guidelines on under what circumstances IPTR should take place and how 
decisions should be made.   
 
The CMO‟s guidance (para 11-12) states that the responsibility for an 
application for an IPTR rests with the clinician who supports prescribing the 
requested medicine. It is the clinician who is expected to demonstrate the 
clinical case for the patient to be prescribed a medicine within its licensed 
indication(s) where the following criteria apply, namely that the patient‟s 
clinical circumstances (condition and characteristics) are significantly different 
from either: (i) the general population of patients covered by the medicine‟s 
licence; or (ii) the population of patients included in the clinical trials for the 
medicine‟s licensed indication as appraised.  It goes on to state that these 
circumstances imply that the patient is likely to gain significantly more benefit 
from the medicine than would normally be expected.  Finally, it states that 
such considerations should be taken on a “case by case” basis reflecting 
clinical opinion and, as such, should not be generalised. 

The petitioner is concerned not only that the IPTR process not be appropriate 
in cases involving orphan medicines, but also that despite the guidance NHS 
Boards may still be interpreting it differently. 

Other issues 

Orphan Drugs Risk Share Scheme (ODRSS) 
 
The petition refers to the ODRSS, which is managed through NHS National 
Services Division.  This administers pooled NHS Board funds for the provision 
of some specific high cost drugs required by very small numbers of people in 
Scotland for a range of conditions.  The decision on whether to a particular 
medicine should be included in the scheme is a matter for all NHS Board 
Chief Executives.  In 2009-10 the ODRSS amounted to £5.2m.  Whilst the 
petitioner argues that this funding needs to be increased, it should be noted 
that one of the key criteria used in including a particular medicine in the 
scheme is that it has been approved by the SMC -  though there have been 
exceptions.  

National Plan for Rare Diseases 
 
The petitioner asks for the Scottish Government to produce its plans for 
implementing the National Plan for Rare Diseases.  This is currently being 
developed across the four UK health departments, and is due to be published 

http://www.scottish.parliament.uk/business/petitions/docs/PE1108.htm
http://www.sehd.scot.nhs.uk/cmo/CMO(2011)03.pdf
http://www.sehd.scot.nhs.uk/cmo/CMO(2011)03.pdf
http://www.nssannualreport.scot.nhs.uk/nsd/orphandrugs10.html
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in 2013.  It followed on from the recommendations contained in the European 
Council Recommendation of 8 June 2009 on action in the field of rare 
diseases. 
Additional information concerning Advisory Group for National Specialised 
Services (AGNSS) 
 
The petitioner refers to the AGNSS process in England and would like 
expertise from it to be used in Scotland for the assessment of orphan drugs.   

AGNSS is a committee that advises Health Ministers in England on which 
services should be nationally commissioned and the centres that should 
provide them. In terms of new medicines, there is a process for referral from 
NICE to AGNSS.  If NICE considers that by undertaking an appraisal it would 
not be able to add value, then for high cost, low volume drugs for very rare 
conditions, it can send the technology to AGNSS for assessment for possible 
inclusion in the arrangements for national specialised commissioning.  

This process suggests, in a Scottish context, a process where the SMC could 
decide to refer an orphan medicine to be considered by another body, which 
would determine whether the medicine should be included within the Orphan 
Drugs Risk Share Scheme.   

 

Jude Payne 
Senior Research Specialist – Health and Community Care 
12 September 2011 

SPICe research specialists are not able to discuss the content of petition briefings 
with petitioners or other members of the public. However if you have any comments 
on any petition briefing you can email us at spice@scottish.parliament.uk 

Every effort is made to ensure that the information contained in petition briefings is 
correct at the time of publication. Readers should be aware however that these 
briefings are not necessarily updated or otherwise amended to reflect subsequent 
changes. 

 

http://eur-lex.europa.eu/LexUriServ/LexUriServ.do?uri=OJ:C:2009:151:0007:0010:EN:PDF
http://eur-lex.europa.eu/LexUriServ/LexUriServ.do?uri=OJ:C:2009:151:0007:0010:EN:PDF
http://eur-lex.europa.eu/LexUriServ/LexUriServ.do?uri=OJ:C:2009:151:0007:0010:EN:PDF
http://www.specialisedservices.nhs.uk/info/agnss
http://www.specialisedservices.nhs.uk/info/new-technologies
mailto:spice@scottish.parliament.uk

