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HEALTH AND SPORT COMMITTEE

 
AGENDA

 
19th Meeting, 2012 (Session 4)

 
Tuesday 12 June 2012

 
The Committee will meet at 10.00 am in Committee Room 6.
 
1. Decision on taking business in private: The Committee will decide whether to

take item 6 in private. The Committee will also consider whether to take
consideration of a draft Stage 1 Report on the Social Care (Self-directed
Support) (Scotland) Bill in private at future meetings. 

 
2. Subordinate legislation: The  Committee  will  take  evidence  on  the  Mental

Health (Safety and Security) (Scotland) Amendment Regulations 2012 from—
 

Michael Matheson, Minister for Public Health, and Simon Cuthbert-Kerr,
Head of Mental Health Legislation & Adult Protection Policy Team,
Scottish Government.
 

3. Subordinate legislation: Michael  Matheson  Minister  for  Public  Health  to
move—S4M-03154—That  the  Health  and  Sport  Committee  recommends  that
the  Mental  Health  (Safety  and  Security)  (Scotland)  Amendment  Regulations
2012 [draft] be approved. 

 
4. Petitions: PE1398, PE1399, PE1401 The Committee will consider

correspondence on the Petitions from the Scottish Medicines Consortium, NHS
National Services Division and the Scottish Government. 

 
5. Work programme: The Committee will consider its work programme.
 
6. NHS Boards Budget Scrutiny: The Committee will consider a draft report.
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The papers for this meeting are as follows—
 
Agenda Item 2  

Mental Health (Safety and Security) (Scotland) Amendment
Regulations

HS/S4/12/19/1

Note by the clerk HS/S4/12/19/2

Agenda Item 4  

Note by the clerk HS/S4/12/19/3

Correspondence from Scottish Medicines Consortium HS/S4/12/19/4

Correspondence from NHS National Services Division HS/S4/12/19/5

Correspondence from Scottish Government HS/S4/12/19/6

Correspondence from Petitioner PE1399 HS/S4/12/19/7

Correspondence from Petitioner PE1398 HS/S4/12/19/8

Agenda Item 5  

Work Programme HS/S4/12/19/9

Agenda Item 6  

PRIVATE PAPER (to follow) HS/S4/12/19/10

 

http://www.legislation.gov.uk/sdsi/2012/9780111017067/contents
http://www.legislation.gov.uk/sdsi/2012/9780111017067/contents
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Health and Sport Committee 

19th Meeting Tuesday 12 June  

Subordinate Legislation Briefing 

Overview of instrument 

1. There is one affirmative instrument for consideration.  

2. A brief explanation of the instrument along with the comments of the Subordinate 
Legislation Committee is set out below. If members have any queries or points of 
clarification on the instrument which they wish to have raised with the Scottish 
Government in advance of the meeting, please could these be passed to the Clerk to 
the Committee as soon as possible. 

Details on the instruments  

3. The Mental Health (Safety and Security) (Scotland) Amendment Regulations 
2012 [draft] amend the Mental Health (Safety and Security) (Scotland) Regulations 
2005 (“the principal Regulations”) to add the Medium Secure Service, Rohallion 
Clinic, Muirhall Road, Perth to the list of institutions specified in regulation 2(2)(a) of 
those Regulations (regulation 2). 

4. The Subordinate Legislation Committee has not made any comments on this 
instrument. 

Douglas Wands 
Clerk  
Health and Sport Committee  
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Health and Sport Committee 
 

19th Meeting, 2012 (Session 4), Tuesday, 12 June 2012 
 

PETITIONS PE1398, PE1399 and PE1401 
 
Introduction 
 
1. This paper invites the Committee to consider an update following initial 
scrutiny of Petitions PE1398, PE1399 and PE1401 (the Petitions).  

2. At its meeting on 27 March 2012, the Committee took evidence from 
the petitioners and agreed to write to the Scottish Government (including NHS 
Scotland) and the Scottish Medicines Consortium (SMC) to seek further 
information. 

3. The Scottish Government, SMC and NHS National Services Division 
have now responded to the questions posed by the Committee in its 
correspondence. In addition, two of the petitioners have made supplementary 
submissions commenting on the responses from these bodies. These 
submissions have been circulated as separate papers for this meeting. 

For discussion 

4. The Committee is invited to discuss the correspondence it has 
received. 

5. The Committee is also asked to note that it has already agreed in 
principle to conduct an oral evidence session in September 2012 on the topic 
of access to newly licensed medicines. This will allow the Committee to 
explore in more detail the SMC appraisal process for newly licensed 
medicines and the system of Individual Patient Treatment Requests (IPTRs) 
for medicines, which have been appraised within their licensed indication by the 
SMC, but have not been recommended for use within NHS Scotland.  

6. The Committee will confirm its plans for this session, including 
witnesses, under the next agenda item. 

For decision 

7. Following discussion, the Committee is invited to consider what further 
work it wishes to conduct on the issues raised in the petitions. The Committee 
may wish to— 

a) note the correspondence received from the Scottish Government 
Scottish Medicines Consortium, NHS National Services Division 
and the petitioners; and 

b) agree to consider the petitions again following the oral evidence 
session on access to newly licensed medicines in September 2012;  

or 
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c) propose an alternative approach.  

 
 
 
Dougie Wands 
Clerk to the Committee 
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Consideration of Petitions PE1398, PE1399 and PE1401 

 
Correspondence from Scottish Medicines Consortium 

 
Thank you for the opportunity to respond to the Health and Sport Committee 
on the specific questions raised. 
 
The Scottish Medicines Consortium (SMC) recognises that healthcare for 
patients with rare diseases is an important priority and SMC fully supports the 
principle that people affected with a rare disease should be able to access 
clinically and cost-effective care including medicines through the NHS.  
 
The purpose of SMC is to assess the comparative clinical- and cost-
effectiveness of new medicines and accept for use those that clearly 
represent good value for money to NHS Scotland. We believe that SMC helps 
to ensure that new medicines with the most significant benefits are available 
across Scotland. If money is spent on medicines that do not offer good value, 
this money is not available to be spent for other treatments that could provide 
benefits to patients. 
 
The perspective of patients and the general public in Scotland on willingness 
to pay for orphan medicines is not known and SMC believes that the views of 
the general public should be sought. In our response to the Committee on the 
Petitions on drugs for rare diseases in November 2011 we stated that SMC 
and its Patient and Public Involvement Group would be supportive of 
discussions taking place to harness the views of the general public in 
Scotland on these important issues.  
 
In this response I have endeavoured to answer fully the questions the Health 
and Sport Committee has put to SMC. As the process is rather complex I 
would be more than happy to attend a meeting and brief the Committee if that 
would be helpful. SMC is always willing to consider how we might evolve our 
process to improve patient access to clinically and cost-effective new 
medicines.  
 
Professor  Angela Timoney FRPharmS,   
Chairman  
Scottish Medicines Consortium 
11 May 2012 

http://www.scottish.parliament.uk/parliamentarybusiness/CurrentCommittees/41723.aspx
http://www.scottish.parliament.uk/parliamentarybusiness/CurrentCommittees/41681.aspx
http://www.scottish.parliament.uk/parliamentarybusiness/CurrentCommittees/41722.aspx
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SMC Response to Health and Sport Committee 
 
Modifiers 
 
The Committee has previously been provided with information about why the 
SMC uses “modifiers” in its appraisal process and also examples of these 
modifiers.  
 

1. Can you clarify under what circumstances the SMC will use 
modifiers in appraising a medicine, whether or not it is for an 
orphan disease? 

 
The Scottish Medicines Consortium (SMC) statement on modifiers is attached 
in full for information. The following description of the new medicines 
assessment process may assist the Health & Sport Committee in 
understanding how the process works and where the modifiers fit in to that 
process.   
 
When a new medicine is licensed for use by the regulatory authority SMC 
contacts the pharmaceutical company to request a submission on the product, 
including results of clinical trials and cost effectiveness data.  
 
SMC has a two stage assessment process. The New Drugs Committee 
(NDC) is the scientific committee of SMC. Its purpose is to appraise all the 
evidence that is included in the pharmaceutical company submission and 
reach an initial position on whether the medicine is clinically and cost-
effective. It evaluates the submission with the support of medical, 
pharmaceutical, and health economics experts. There is also written input 
from clinical experts in NHS Boards at this stage. The assessment on the 
medicine is discussed in detail at the New Drugs Committee meeting and 
NDC then makes a provisional recommendation that is shared with the 
pharmaceutical company.   
 
The SMC Committee takes a broader perspective in reaching a decision on 
whether the medicine can be accepted for use in NHS Scotland. As well as 
reviewing the provisional recommendation from NDC and the response from 
the sponsor company, SMC also considers submissions from Patient Interest 
Groups.  The Patient Interest Group submissions are an important part of the 
assessment process; they focus on the difficulties the condition presents for 
patients and the place of the medicine in addressing patient needs. These 
often supply useful additional perspectives on new medicines and they are 
very helpful in guiding SMC‟s conclusions. SMC also considers special issues 
related to health care provision in Scotland (such as those related to the 
highland and island communities), and any relevant societal issues.  
 
SMC uses the cost per Quality Adjusted Life Year (QALY) as a measure to 
assess the clinical and cost-effectiveness of medicines. The QALY allows 
comparisons to be made between different medicines for different conditions. 
Some medicines have a low cost per QALY and these are considered to offer 
good value for money. Medicines with a high cost per QALY would not be 
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considered good value for money. A cost per QALY of under £20,000 is 
generally considered acceptable value for money. For a medicine with a cost 
per QALY between £20,000 and £30,000 SMC might accept this if the 
medicine gives significant benefits over existing treatments.  
 
The SMC Committee can consider the application of modifiers for any 
medicine under assessment where the estimated cost per QALY is relatively 
high. If a medicine has an estimated cost per QALY > £30,000, and the 
Committee is confident that the company‟s clinical and health economic case 
is robust, then the Committee will consider whether one or more of the 
modifiers would allow it to be accepted.  
 

2. What is the decision-making process for determining what 
modifiers will be used? 

3. When a decision has been taken to use modifiers, can you 
provide more detail as to how they are used and the methodology 
used to factor them into the appraisal process? 

 
The following description on how modifiers are used within the process covers 
both questions 2 and 3 above.  
 
The SMC Committee sees the application of modifiers as an important part of 
the process and there is a proactive approach to considering whether or not 
any modifying factor will have a bearing on the decision. In addition, 
companies often state in their submission or their response to the NDC 
provisional recommendation whether they believe modifiers are relevant.  All 
SMC members are provided with the full company submission and the 
company response to the NDC provisional recommendation in their meeting 
papers. This prompts the Committee to consider whether one or more of the 
modifiers might be relevant to the medicine being assessed.  Patient interest 
groups are asked to highlight in their submissions any patient / carer and 
family needs that are not being met by existing treatments or medicines. 
These patient group submissions may also refer specifically to modifiers or 
describe special factors showing benefits or health gain that might allow SMC 
to accept a higher cost per QALY. If the company does not make reference to 
modifiers this does not preclude SMC members from bringing them into the 
discussion and decision-making. There is a brief presentation on each 
medicine being considered at SMC and this makes reference to modifiers 
where relevant. 
 
As the clinical efficacy data in an orphan drug submission is often limited, 
SMC will accept a greater level of uncertainty in the economic case. In the 
event that the clinical and economic case for a medicine is robust but the cost 
per QALY is beyond the level that would normally be considered acceptable, 
or for an orphan where there is a high level of uncertainty, the Chair will ask 
the membership to discuss whether the modifying factors should be 
considered. The Chair will remind the committee of the stated modifiers (e.g. 
whether the drug treats a life threatening disease; substantially increases life 
expectancy and/or quality of life; can reverse, rather than stabilise, the 
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condition; or bridges a gap to a “definitive” therapy e.g. organ transplant) and 
these will be considered in assessing both the level of uncertainty and cost 
per QALY which is acceptable. For example, in considering whether a 
medicine gives a „substantial improvement in quality of life‟ the committee will 
have a detailed discussion on whether this is indeed supported by the clinical 
evidence in the submission.  
 
Appraising orphan medicines 
 
The Committee notes the information already provided to the Public Petitions 
Committee concerning the appraisal process for orphan medicines.  It also 
notes the views expressed by the SMC and the Scottish Government 
concerning the term “ultra orphan medicine”.  
 

4. Has the SMC Committee itself reviewed or considered its own 
processes for approving orphan medicines? 

 
Yes SMC has reviewed its processes for approving orphan medicines.  
Between 2002 and 2004 SMC had considered only five orphan medicines but 
the committee recognised that there was an increasing number of orphan 
medicines in clinical development. A Short Life Working Group on Orphan 
Drugs was established to consider whether other approaches to decision 
making on orphan medicines could be applied. The range of options 
considered included: a multiplier for the threshold for cost per QALY, whether 
some QALYs may be worth more than others, the use of modifiers, whether 
all orphan medicines could be provisionally accepted for a time limited period. 
The group concluded that the best way forward was to allow SMC to accept 
greater uncertainty in the economic case for orphan medicines and the output 
of this group was the orphan medicines policy statement that was introduced 
in 2007.  
 
In 2008 the National Institute for Health and Clinical Excellence (NICE) in 
England consulted on whether additional weight should be placed on the 
survival benefits of drugs and technologies for patients with terminal illness 
and short life expectancy subject to meeting certain criteria. The Scottish 
Government Health Department asked SMC to consider the feasibility of such 
an arrangement in processes for NHS Scotland. The SMC view was that the 
existing decision making process supported a pragmatic approach that would 
allow medicines with a relatively high cost per QALY to be accepted in some 
circumstances. The committee recognized that it would be helpful for 
transparency of process if these modifying factors could be described.  As a 
consequence the SMC revised statement on modifiers was published in 2010 
(copy attached) and this subsumed the previous policy statement that related 
to orphan medicines only.  
 

5. Has the SMC undertaken any research into the different 
processes that exist in the UK and beyond for appraising orphan 
medicines? 
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SMC does not have a research function therefore we have not carried out 
formal research into the health technology appraisal processes for orphan 
medicines in the UK and beyond. There are informal mechanisms, however, 
to maintain awareness of how other health technology appraisal bodies in the 
UK, Europe and internationally consider orphan medicines.  The SMC Chair 
and members of the Executive Team have attended and contributed to 
international meetings and symposia on orphan medicines. For example, the 
SMC Chair attended the World Orphan Drug Summit in Frankfurt in June 
2011 and presented on the SMC process. This allows SMC to gain a deeper 
insight into the issue of rare diseases and the European / international policy 
context.    
 

6. When appraising an orphan medicine what steps does the SMC 
take to ensure it obtains an expert opinion from a specialist in the 
disease that the medicine seeks to treat? 

The SMC assessment process involves seeking the views and opinions of a 
range of clinical experts for each new medicine submission. Where possible 
SMC obtains this input from clinicians in NHS Scotland but when there is 
difficulty in obtaining responses from clinicians who treat the condition in 
question it is common practice to seek input from specialists in England.  
SMC accepts that this can be challenging as often there are few very 
specialists across the UK with experience of the condition in question. In 
addition, these specialists may have conflicts of interests (such as their 
department receiving funding to take part in a clinical trial or payments to 
contribute to advisory board meetings) that mean their views cannot be taken 
into account. Although this is challenging for orphan medicines, since clinical 
expert views were introduced as part of the process SMC has been able to 
obtain clinical expert input for every orphan medicine considered to date.  
 

7. What is the SMC’s view of the petitioners’ argument that the 
process is particularly weighted against ultra orphan medicines 
i.e. a disease affecting fewer than one in 50,000 people in the 
general population? 

8. What is the SMC’s view of the proposal that a separate body 
assess orphan medicines in Scotland as is the case in England? 

We believe that the SMC process is not weighted against any specific type or 
class of medicine, including those used to treat diseases affecting fewer than 
one in 50,000 people in the general population. 
 
SMC has followed with interest recent developments in England including the 
establishment of the Advisory Group on National Specialist Services 
(AGNSS). As the AGNSS remit includes the assessment of the cost 
effectiveness of orphan drugs for very rare diseases (i.e. orphan products for 
a clinically distinct group of patients totalling no more than 500 cases in 
England per year) it will not assess all medicines with orphan designation. 
Some, but not all, of the orphan medicines that are outwith the AGNSS remit 
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will be appraised by the National Institute of Health and Clinical Excellence 
(NICE). In England, therefore, there may be three different approaches to 
orphan medicines; AGNSS, NICE or no assessment. SMC considers this a 
less equitable position than currently exists in Scotland.   
 
It was expected that only orphan drugs approved by AGNSS for use in 
England would be available for specialist clinicians to prescribe for patients 
within designated national specialist services. AGNSS has not issued 
guidance on any medicines to date, however, and although guidance on two 
medicines is expected during 2012 we understand that new work has been 
suspended pending the establishment of the new NHS Commissioning Board 
for England.  It therefore remains the case that the majority of medicines for 
rare diseases are not subject to any cost-effectiveness assessment in 
England at present so the approach there is fragmented and not 
comprehensive for all new medicines.   
 
As outlined in our earlier response to the Public Petitions Committee, SMC 
believes that there are important strengths in a single, comprehensive 
assessment process that encompasses all new medicines, regardless of 
severity or whether the condition they treat is common or rare.  
 
SMC looks at clinical evidence, in the context of modifiers where these might 
apply, as well as cost-effectiveness. The latter is important and fair to 
consider in the case of orphan medicines because there is an opportunity cost 
i.e. paying for these medicines means that funding is not available for 
something else. The evidence SMC makes its decision on is presented as a 
result for a typical patient i.e. a gain of 3 months survival at a cost per Quality 
Adjusted Life Year of £40K. These values are independent of the total number 
of patients with the condition who are expected to benefit. The same process 
is used for all medicines but the Committee has flexibility to accept some of 
them despite greater uncertainty.  
 
The principle of trying to ensure that NHS resources are used most 
effectively, having regard to the premise that the NHS has limited resources 
which can only be spent once, underpins all our assessments. The members 
of SMC apply the same decision making framework across all medicines. We 
believe this is a key strength of the SMC process. SMC believes that its 
current methodology is robust, objective, transparent and fair and is therefore 
appropriate for the assessment of orphan medicines.  
 
10 May 2012 
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SMC Modifiers in appraising new medicines 
 
In assessing the relative clinical and cost effectiveness of new medicines, the 
Scottish Medicines Consortium (SMC) requires a robust clinical and economic 
case to be made and for the medicine to demonstrate value for money. In 
some specific situations SMC may exercise greater flexibility in its decision 
making to allow consideration of additional factors. These may allow SMC to 
accept either more uncertainty in the health economic case or a higher cost 
per Quality Adjusted Life Year (QALY). The additional factors include (but are 
not limited to) the following:  
 
Where more uncertainty in the economic case may be accepted 
 
Orphan Drugs 
 
The SMC has adopted the definition of orphan medicines provided by the 
European Medicines Agency (EMEA) – “an orphan medicine is one licensed 
for treating or preventing life-threatening rare diseases affecting fewer than 5 
in 10,000 people in the European Union”.   
 
SMC requires that all submissions are comprehensive and that all sections of 
the product assessment form are completed.  This requirement also exists for 
orphan drugs, for which a meaningful attempt needs to be made to present 
robust clinical and economic data.  SMC recognises that orphan drugs may 
have a smaller clinical trials programme and, therefore, that less information 
than usual may be available for some sections (eg on efficacy and safety). On 
the other hand, other parts of the submission may require more detail, e.g. on 
the relevance of surrogate markers and the theoretical basis for their 
selection, which should then be related to quality of life data. 
 
As with all products, the managed introduction and subsequent monitoring of 
orphan drugs needs to be a joint responsibility between the manufacturer and 
the NHS. If there is a significant lack of data on long-term outcomes with an 
orphan drug, this monitoring may include specific clinical audit and, where 
relevant, a patient register. 
 
The assessment process for orphan drug submissions is the same as for all 
other drug submissions.  However, recognising the limited data on efficacy, 
SMC will accept a greater level of uncertainty in the economic case. 
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, 
will also be considered in assessing both the level of uncertainty and cost per 
QALY which is acceptable. 
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Where a higher cost per QALY may be accepted 
 
SMC does not have a formal threshold cost per QALY below which cost-
effectiveness would be considered shown and above which cost-effectiveness 
would be considered not to have been demonstrated.  The cost per QALY is 
only part of a wider judgment of the value of a new medicine. Where the cost 
per QALY is relatively high, other factors also play a role in SMC‟s 
assessment and may modify the final decision.  These modifiers include (but 
are not limited to (see below)): 
 
Evidence of a substantial improvement in life expectancy (with sufficient 
quality of life to make the extra survival desirable).  Substantial improvement 
in life expectancy would normally be a median gain of 3 months but the SMC 
assesses the particular clinical context in reaching its decision;   
 
Evidence of a substantial improvement in quality of life (with or without 
survival benefit); 
 
Evidence that a sub-group of patients may derive specific or extra benefit and 
that the medicine in question can, in practice, be targeted at this sub-group; 
 
Absence of other therapeutic options of proven benefit for the disease in 
question and provided by the NHS; 
 
Possible bridging to another definitive therapy (eg bone marrow 
transplantation or curative surgery) in a defined proportion of patients; 
 
Emergence of a licensed alternative to an unlicensed therapy which is 
established in clinical practice in NHS Scotland as the only therapeutic option 
for a specific indication. 
 
SMC also looks at any other special issues which may have been highlighted 
by the manufacturer of the medicine, by clinical experts and/or by Patient 
Interest Groups.  These special issues are usually very specific to the drug or 
disease under consideration and are thus not readily categorised.  
 
The modifiers are only applied for a relatively high cost per QALY when the 
Committee is satisfied that the clinical and economic case for the medicine is 
robust.    
 
Professor Kenneth R Paterson 
Chairman 
April 2010 
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Scottish Medicines Consortium (SMC) 
Statement on Medicines for Orphan Diseases 

 
The SMC have adopted the definition of orphan medicines provided by the 
European Agency for the Evaluation of Medicinal Products (EMEA) – “an 
orphan medicine is one licensed for treating or preventing life-threatening rare 
diseases affecting fewer than 5 in 10,000 people in the European Union”.   
 
SMC requires that all submissions are comprehensive and all sections of the 
product assessment form complete.  This requirement also exists for orphan 
drugs, for which a meaningful attempt needs to be made to produce robust 
clinical and economic data.  SMC recognises that orphan drugs may have a 
less well developed clinical trials programme and, therefore, that less 
information than usual may be available for some sections. On the other 
hand, more detail may require to be submitted in other areas, e.g. on the 
relevance of surrogate markers and the theoretical basis for their selection, 
which should then be related to quality of life data. 
 
As with all products, the managed introduction and subsequent monitoring of 
orphan drugs needs to be a joint responsibility between the manufacturer and 
the NHS. If there is a significant lack of data on long-term outcome with an 
orphan drug, this monitoring may include specific clinical audit and, where 
relevant, a patient register. 
 
The 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, 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.  
 
 
David Webb 
Chairman 
Scottish Medicine Consortium 
December 2007 
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Consideration of Petitions PE1398, PE1399 and PE1401 
 

Correspondence from NHS National Services Division  
 
On behalf of the Public Petitions Committee you asked for information from 
National Services Division (NSD), NHS National Services Scotland, in response 
to specific questions raised by the Committee in relation to three public petitions 
concerning access to therapies/drugs for rare diseases lodged in September 
2011.  
 
This response individually addresses each of the questions asked. 
 
RESPONSE from NATIONAL SERVICES DIVISION  
 
Q1: Can you detail the process and criteria used to establish whether an 
orphan medicine should be included in the risk sharing scheme? 
 
Answer:  
1.1 The process used to establish whether orphan medicines should be 

included in the risk sharing scheme involves the submission of proposals by 
individual NHS Boards for specific orphan medicines to be included in the 
risk share scheme to NSD. NSD establishes whether the medicine has been 
considered by the Scottish Medicines Consortium and gathers information 
on the likely numbers of patients who might be assessed as requiring the 
therapy, and likely total costs to NHS Scotland.  

 
1.2 NSD submits this information to the NHS Board Chief Executives’ Group for 

consideration and decision on inclusion (or otherwise) of the medicine in the 
risk share arrangements for orphan drugs. The NHS Board Chief 
Executives’ Group reviews the full list of medicines included in the scheme 
annually against the principles set out below. 

 
1.2.1 All new medicines included in the risk share arrangements must be 
accepted for use in NHS Scotland by the Scottish Medicines Consortium 
(SMC). 
 
1.2.2 The only exception to this relates to 3 Enzyme Replacement 
Therapies (ERTs) which have been previously agreed by Board Chief 
Executives for inclusion in the risk share list. These 3 ERTs are currently 
eligible for inclusion in the national risk share arrangements only where 
there has been a local recommendation for their use following an 
Individual Patient Treatment Request (IPTR). 
 
1.2.3 Medicines that are ‘not recommended for use in NHS Scotland’ by 
SMC are excluded from the financial risk sharing arrangements. This can 
arise either from SMC making a decision not to recommend the medicine 

http://www.scottish.parliament.uk/parliamentarybusiness/CurrentCommittees/41723.aspx
http://www.scottish.parliament.uk/parliamentarybusiness/CurrentCommittees/41681.aspx
http://www.scottish.parliament.uk/parliamentarybusiness/CurrentCommittees/41722.aspx
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after assessment of a company submission, or because the 
pharmaceutical company concerned has decided not made a submission 
to SMC for the medicine(s) in question.   

  
1.3 The criteria used by NHS Boards to decide which services or therapies fall 

within the risk share arrangement are: 
 
 the incidence of the condition to be treated is very rare or is 

unpredictable and sporadic, 
 the effect is so financially significant that individual NHS Boards could 

be at financial risk, 
 clinical practice across Scotland is based on appropriate clinical 

evidence and/or national protocols (where available), such that 
services can demonstrate equity of access to treatment across 
Scotland (accepting there may be local and individual patient needs), 

 that there are no unexplained differences in either clinical practice or 
costing methodology which unbalance the share of costs in one part of 
the country against another. 

 
1.4  Taken together this means that Orphan drugs which meet the criteria 

above could be considered for inclusion in the risk-sharing arrangements 
on the following basis: 
 
 only medicines accepted for use in NHS Scotland by SMC should be 

eligible for inclusion in the scheme 
 if accepted for use by the SMC, and subsequently endorsed by BCEs 

as eligible for inclusion in the financial risk sharing arrangements in the 
relevant year,  products should be included in the risk-share from the 
date of SMC approval. 

 decisions on use of medicines, including Orphan Drugs, prior to any 
assessment and recommendation by the SMC, and therefore 
responsibility for funding – are for individual NHS Boards on advice 
from their Director of Public Health / Medical Director following 
specialist clinical advice and Individual Patient Treatment Request 

 
Q2 How much is currently being spent on providing orphan medicines 
through the scheme? 
 
Answer: The expenditure in 2011/12 was £4,772,567.  
 
 
Q3 What orphan medicines are to be included in the scheme from April 
2012? 
 
Answer: The list is attached – see annex 1. 
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Q4 What monitoring process exists to check whether or not an orphan 
medicine should continue to be part of the scheme? 
 
Answer:  
4.1  Expenditure is tracked by NSD and reported to the NHS Board Chief 
Executives’ Group on an annual basis.  NSD works closely with the Scottish 
Medicines Consortium to ensure that any updates to SMC advice are taken into 
account in the annual review by the NHS Board Chief Executives’ Group.   
 
4.2 In year NSD monitors issues in relation to clinical use of Orphan Drugs 
and responds to a variety of concerns as required. This ranges from issues in 
relation to supply of a product (NSD agreed short term inclusion of an 
appropriate alternate); through enquiry about the entry of new product replacing 
an existing medicine, in which case SMC advice will be followed and any use of 
the product ahead of its inclusion will be the responsibility of the NHS Board. 
 
Q5 Do you believe there is any merit in having a separate process for 
the appraisal of all orphan medicines? 
 
Answer:   
5.1 NSD manages the national risk share on behalf of all NHS Boards in 
Scotland. As such it seeks to follow the advice of SMC in relation to new 
medicines, including orphan medicines.  The classification of a new drug as an 
orphan medicine is taken at a EU level and NHS Scotland has for many years 
benefitted from the rigorous assessment of new medicines undertaken by SMC 
on behalf of all NHS Boards. This approach which looks at both the clinical 
effectiveness of a medicine and its cost effectiveness ensures that resources in 
NHS Scotland are directed to where the greatest benefit (health gain) can be 
achieved. 
 
5.2  The SMC process already recognises that orphan medicines need to be 
assessed differently from standard high volume products, and the decision-
making framework incorporates modifiers, allowing the committee to accept 
greater uncertainty. 
 
5.3 There is also a process by which a pharmaceutical company can submit a 
patient access scheme (PAS) for NHS Scotland for any medicine which appears 
to be clinically effective, but which does not meet the existing cost effectiveness 
thresholds. If the scheme is accepted by PASAG (Patient Access Scheme 
Assessment Group) SMC then can consider the medicine in the context of the 
scheme   
 
5.4 NSD is confident that the current system of assessing the introduction of 
new drugs, including orphan medicines, led by SMC and the NHS Boards is 
robust and fair.  NSD can also advise that the independent process followed in 
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NHS Scotland is viewed positively by other healthcare systems, even if it is also 
seen as challenging by the Pharmaceutical Industry.   
 
Mr Ian Crichton 
Chief Executive 
NHS National Services Scotland 
 
 
Annex 1 
List of drugs included in orphan drugs risk share arrangement from April 
2012 
 
Medicines Included 
 
The drugs listed below are only included in the risk share for the specific 
indications listed and only in the specific circumstances described (see 
footnote 1).  
 
1. Medicines included in the risk share arrangements prior to establishment of 
SMC: 

 
 Agalsidase alpha (Replagal) for the treatment of Fabry’s Disease 
 Agalsidase beta (Fabrase/Fabrazyme) for the treatment of Fabry’s 

Disease 
 Imiglucerase (Cerezyme) for the treatment of Type 1 Gaucher’s Disease 

 
2. Medicines accepted for use by SMC: 

 
 Miglustat (Zavesca/Vevesca) for the treatment of Type 1 Gaucher’s 

Disease 
 

3.  Medicines accepted for restricted use by SMC: 
 

 Carbaglu (N-carbamoyl-L-glutamic acid) for the treatment of 
hyperammonaemia due to N-acetylglutamate synthase deficiency  

 Mifamurtide (Mepact) for the treatment of young patients with 
osteosarcoma (from 1 April 2012) 

 
4. Medicines not recommended by SMC but included in the risk share if there 

has been a recommendation following Individual Patient Treatment Request 
(IPTR) within the NHS Board of residence of the patient: 

 
 Alglucosidase alfa (Myozyme) for the treatment of Pompe disease (acid 

maltase deficiency)   
 Laronidase (Aldurazyme) for the treatment of MPS 1 (Hurler Disease or 

Hurler Syndrome)  
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 Idursulfase (Elaprase) for the treatment of MPS II (Hunters syndrome)  
 

5. Orphan drug therapies not yet considered by the Scottish Medicine 
Consortium and  temporarily included in the risk share arrangements in the 
light of a shortage of Cerezyme: 

 
 Velaglucerase for the treatment of Type 1 Gaucher’s Disease 

 
Medicines Excluded 
 
6.  Orphan drug therapies not recommended by the Scottish Medicine 

Consortium, in these indications, on the basis of non-submission and therefore 
excluded from the risk share arrangements: 

 
 Miglustat (Zavesca/Vevesca) for the treatment of progressive neurological 

manifestations in adult patients and paediatric patients with Niemann-Pick 
type C disease  

 Kuvan (Sapropterin) for the treatment of PKU 
 
 

7. Orphan drug therapies not yet considered by the Scottish Medicine 
Consortium and therefore excluded from the risk share arrangements: 

 
 Galsulfase (Naglazyme) for the treatment of MPS VI (Maroteaux-Lamy 

syndrome) 
 
Footnote: 

 
1.  Inclusion of all of these medicines in the risk share is conditional on 

treatment being consistent with UK protocols for Lysosomal Storage 
Disorders agreed by the English Advisory Group on National Specialised 
Services (AGNSS), and being initiated, overseen and reviewed by one of the 
metabolic specialists within the designated Scottish NMCN for Inherited 
Metabolic Disease or by an Enzyme Replacement Therapy specialist from 
one of the designated English centres.  
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Consideration of Petitions PE1398, PE1399 and PE1401 

 
Correspondence from the Scottish Government 

 
Thank you for your letter of 12 April regarding the Committee’s consideration 
of petitions PE1398, PE1399 and PE1401 on access to therapies/drugs for 
rare diseases.   
 
I note the Committee has taken oral evidence on the petitions at its meeting 
on 27 March 2012 and that your letter seeks the Scottish Government 
response to written questions which seek further clarification on the appraisal 
of orphan medicines and the Individual Patient Treatment Request (IPTR) 
process.  The Scottish Government response to these questions are as 
follows: 
 
Q1 Can you provide the Committee with information as to the exact 
nature of this consideration and when it is expected this will be 
completed? 
 
SG Response – The PNH alliance have raised several issues and the 
Scottish Government has agreed to fully consider these in ongoing 
deliberations.  The Scottish Government is also keen to look at the outcome 
of the Health and Sport Committee discussions when these are available and 
are also open to suggestions for further improvement.  This is an iterative 
process and there is no timeline for completion of considerations.  The 
Scottish Government is committed to patients in Scotland receiving medicines 
of established therapeutic value and cost effectiveness 
 
The Committee will be interested in the guidance to further strengthen the 
safe and effective use of new medicines across the NHS in Scotland which 
was published on 13 February 2012.  This includes additional measures to 
assist NHS Boards in their consideration of IPTRs and a link to the guidance 
is as follows:  http://www.sehd.scot.nhs.uk/cmo/CMO(2012)01.pdf 
 
Q2 Does the Scottish Government share this concern about the IPTR 
process? 
 
SG Response – The IPTR process is not about showing exceptionality but is 
designed to provide an opportunity for clinicians to pursue, on a case by case 
basis for individual patients, treatment with a medicine that has not been 
accepted by the Scottish Medicines Consortium (SMC) or Healthcare 
Improvement Scotland (HIS) following their appraisal on clinical and cost-
effectiveness.  The clinician has to decide and make the case for whether the 
medicine would have a beneficial effect on the patient which would not be 
achieved by similar medicines accepted by SMC or HIS.   
 
Q3 Would the Scottish Government be prepared to consider whether 
there should be a separate appeals system for handling individual 

http://www.scottish.parliament.uk/parliamentarybusiness/CurrentCommittees/41723.aspx
http://www.scottish.parliament.uk/parliamentarybusiness/CurrentCommittees/41681.aspx
http://www.scottish.parliament.uk/parliamentarybusiness/CurrentCommittees/41722.aspx
http://www.sehd.scot.nhs.uk/cmo/CMO(2012)01.pdf
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requests for orphan medicines given the nature of the issues raised by 
the petitioners? 
 
SG Response – The good practice guidance for NHS Boards issued under 
cover of SGHD/CMO(2011)3 on 18 March 2011 and updated in 
SGHD/CMO(2012)1 makes it clear that there should be an appeals process in 
place for IPTRs and provides guidance on the grounds for accommodating 
appeals.  To separate the appeals process into one for orphan medicines and 
one for other medicines is considered to be unequal and a retrograde action 
following the joint work on accessing new medicines agreed with the 
pharmaceutical industry in the Short Life Working Group. 
 
Q4 Will the Scottish Government consider further clarifying the term 
“expert” in the IPTR guidance to ensure that a suitable specialist is 
involved in the work of panels? 
 
SG Response – This issue has been addressed in 
http://www.sehd.scot.nhs.uk/cmo/CMO(2012)01.pdf .  NHS Boards should 
follow the guidance and consider the qualifications and experience necessary 
for IPTR panel members. 
 
Q5 What level of information does the Scottish Government believe 
patients should receive about the decisions IPTR panels reach? 
 
SG Response – The good practice guidance for NHS Boards contains a 
section on communicating IPTR decisions and the Scottish Government 
expects NHS Boards to ensure such procedures are followed. 
 
I hope this is helpful and would be pleased to provide further information as 
required. 
 
 
Nicola Sturgeon 
Deputy First Minister and Cabinet Secretary for Health, Wellbeing and Cities 
Strategy 
May 2012 

http://www.sehd.scot.nhs.uk/cmo/CMO(2012)01.pdf
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Consideration of Petitions PE1398, PE1399 and PE1401 
 

Correspondence from Petitioner Allan Muir, Development Director, 
Association for Glycogen Storage Disease (UK) 

     
The Association for Glycogen Storage Disease (UK) welcomes the further 
opportunity given to us to respond to points contained within The Scottish 
Government response to the Health & Sport Committee on PE1399, as sent 
30 May, 2012. 

 
The Scottish Government 
 
Can you provide the Committee with information as to the exact nature of 
this consideration [IPTR process] and when it is expected this will be 
completed? 

 
We are pleased that the Scottish Government is committed to patients in 
Scotland receiving medicines of established therapeutic value and cost 
effectiveness. Myozyme for the treatment of Pompe disease has established 
therapeutic value and is only recommended for treatment by specialist 
clinicians where the patient is expected to gain significantly from the medicine. 
Products which treat very rare diseases will not be found to be cost effective 
as there are so few patients suffering from very rare diseases and thus the 
cost is higher than for small molecules which may treat many millions of 
patients. 

 
We are aware of the Guidance to Further Strengthen the Safe and Effective 
Use of New Medicines across the NHS in Scotland published on 13 February, 
2012. However, this Guidance states: “The criteria as set out in 
SGHD/CMO(2011)3 offers equitable and fair criteria on which to make such 
decisions whilst offering NHS Boards a degree of flexibility to meet individual 
patient needs.” 
 
The criteria as set out in SGHD/CMO(2011)3 state: “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: 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. 
These circumstances imply that the patient is likely to gain significantly more 
benefit from the medicine than would normally be expected. Such 
considerations should be taken on a “case by case” basis reflecting clinical 
opinion and, as such, should not be generalised.” 

 

http://www.scottish.parliament.uk/parliamentarybusiness/CurrentCommittees/41723.aspx
http://www.scottish.parliament.uk/parliamentarybusiness/CurrentCommittees/41681.aspx
http://www.scottish.parliament.uk/parliamentarybusiness/CurrentCommittees/41722.aspx
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Due to the fact that there are so few patients suffering from Pompe disease, 
and the disease is so heterogeneous, these criteria will never be met. No 
patient will be distinctly different from the population studied as there are so 
few patients and therefore no subgroups.  

 
Therefore, although applications have been made to access therapy via IPTRs 
as submitted by UK clinical experts, the applications have been rejected – not 
because clinical need has not been justified – but because the patient’s clinical 
circumstances cannot be significantly different from the general or trial 
population of patients with Pompe disease.  In this regard the written procedures 
could be challenged as unfair or irrational. How does the Scottish Government 
intend to reconcile this anomaly? 

 
Does the Scottish Government share this concern about the IPTR 
process? 
 
In the response it states: “The clinician has to decide and make the case for 
whether the medicine would have a beneficial effect on the patient which would 
not have been achieved by similar medicines accepted by SMC or HIS.” There 
are no other medicines for Pompe disease, other than supportive, or later, 
palliative care. 
 

Will the Scottish Government consider further clarifying the term “expert” in the 
IPTR guidance to ensure that a suitable specialist is involved in the work of 
panels. 
 
This issue has been mentioned, but not addressed: “Members of IPTR panels 
are expected to be fully conversant with the national guidance set out in CEL 17 
(2010); SGHD/CMO(2011)3 as well as this guidance and the local NHS Board 
policy on IPTRs. IPTR panels are expected to include a practising medical 
consultant with (or with access to) specialist knowledge of the relevant clinical 
area.”  
 
The AGSD-UK suggests that there are currently no “experts” in late-onset 
Pompe disease within Scotland or indeed clinicians who have a significant 
number of patients being treated with Myozyme in Scotland. Recognised experts 
from England have made the IPTR request and a different expert from England 
has appealed, but to no avail. The AGSD-UK considers that the clinical experts 
in the treatment of Pompe disease include Professor Ed Wraith, Dr Robin 
Lachmann, Dr Patrick Deegan, Dr Mark Roberts, Dr Derralynn Hughes and, 
before retiring, Dr Stephen Waldek. 
 
The AGSD-UK would like to ask which experts have been present at either IPTR 
submission or appeal hearing for either the patient suffering from Pompe disease 
within Ayrshire & Arran NHS Board or Greater Glasgow & Clyde NHS Board. 
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National Services Division 
 
Can you detail the process and criteria used to establish whether an 
orphan medicine should be included in the risk sharing scheme? 
 
“The criteria used by NHS Boards to decide which services or therapies fall 
within the risk share arrangement are: 

 the incidence of the condition to be treated is very rare or is 
unpredictable and sporadic, 

 
 the effect is so financially significant that individual NHS Boards 

could be at financial risk, 

 clinical practice across Scotland is based on appropriate clinical 
evidence and/or national protocols (where available), such that 
services can demonstrate equity of access to treatment across 
Scotland (accepting there may be local and individual patient 
needs), 

 that there are no unexplained differences in either clinical practice 
or costing methodology which unbalance the share of costs in one 
part of the country against another.” 

The AGSD-UK are pleased to see this but would ask the NSD to explain the 
reason given for the rejection of the appeal of the patient from Ayrshire & 
Arran NHS Board as this states: “However, after reviewing the additional 
article presented by Dr Deegan, the Panel concurred that it provided no 
further important information to uphold the appeal, or impact on the QALY 
cost, and subsequently on the opportunity cost implications for Ayrshire & 
Arran.” 
 
As Myozyme falls within the orphan drug risk share arrangement, why should 
Ayrshire & Arran make comment upon the “opportunity cost implications” as 
they would be expected only to pay their pro rata share into the orphan  drug 
risk share arrangement? Did Ayrshire & Arran realise that this would be the 
case and that Ayrshire & Arran would not be at financial risk? 
 
Scottish Medicines Consortium 
 
SMC is always willing to consider how we might evolve our process to 
improve patient access to clinically and cost-effective new medicines. 
 
See first answer to the Scottish Government. 
 
Can you clarify under what circumstances the SMC will use modifiers in 
appraising a medicine, whether or not it is for orphan disease? 
 
The response states: “For a medicine with a cost per QALY between £20,000 
and £30,000 SMC might accept this if the medicine gives significant benefits 
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over existing treatments.” There are no existing treatments for Pompe 
disease, other than supportive care or, sadly, palliative care if a patient does 
not receive Myozyme.  
 
What is the decision-making process for determining what modifiers will 
be used? 
When a decision has been taken to use modifiers, can you provide more 
detail as to how they are used and the methodology used to factor them 
into the appraisal process? 
 
From the SMC response: “These modifiers include (but are not limited to (see 
below)): 

1. Evidence of a substantial improvement in life expectancy 
(with sufficient quality of life to make the extra survival 
desirable).  Substantial improvement in life expectancy would 
normally be a median gain of 3 months but the SMC 
assesses the particular clinical context in reaching its 
decision;   

2. Evidence of a substantial improvement in quality of life (with 
or without survival benefit); 

3. Evidence that a sub-group of patients may derive specific or 
extra benefit and that the medicine in question can, in 
practice, be targeted at this sub-group; 

4. Absence of other therapeutic options of proven benefit for the 
disease in question and provided by the NHS; 

5. Possible bridging to another definitive therapy (eg bone 
marrow transplantation or curative surgery) in a defined 
proportion of patients; 

6. Emergence of a licensed alternative to an unlicensed therapy 
which is established in clinical practice in NHS Scotland as 
the only therapeutic option for a specific indication. 

…and these will be considered in assessing both the level of uncertainty and 
cost per QALY which is acceptable.” 
 
The AGSD-UK suggests that modifiers 1, 2, 4 and 6 would apply to Myozyme 
for the treatment of Pompe disease. To talk about “cost per QALY which is 
acceptable” when there is no other treatment option is unacceptable. 
 
Enzyme Replacement Therapy may be regarded as a “bridging therapy” as 
research is advancing rapidly towards an effective gene therapy for this 
disease. Adult clinical trials are expected to begin within the next twelve 
months. 
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Appraising orphan medicines 
 
“The Committee notes the information already provided to the Public Petitions 
Committee concerning the appraisal process for orphan medicines.  It also 
notes the views expressed by the SMC and the Scottish Government 
concerning the term “ultra orphan medicine”.  
 
The AGSD-UK still suggests that due consideration is given to the 
approaches taken by AGNSS in England and the AWMSG policy whereby 
“Ultra-orphan drugs are orphan drugs that are licensed for the treatment of 
diseases with a UK prevalence of less than 1 in 50,000”. 
 
What is the SMC’s view of the petitioners’ argument that the process is 
particularly weighted against ultra orphan medicines i.e. a disease 
affecting fewer than one in 50,000 people in the general population? 
What is the SMC’s view of the proposal that a separate body assess 
orphan medicines in Scotland as is the case in England? 
 
“In England, therefore, there may be three different approaches to orphan 
medicines; AGNSS, NICE or no assessment. SMC considers this a less 
equitable position than currently exists in Scotland. “ 
 
The AGSD-UK fundamentally disagrees with this statement because England 
identifies ultra-orphan products which all go to AGNSS for approval or 
rejection; therefore there is no inequity of access to treatment between 
patients suffering from Pompe disease in England. The same cannot be said 
for Scotland as some NHS Boards approve Myozyme via the IPTR process 
whereas other NHS Boards do not – even when patients are clinically similar. 
This leads to postcode prescribing in Scotland. 
 
The SMC state: “AGNSS has not issued guidance on any medicines to 
date…” 
 
The AGSD-UK would like to point out that there are Guidelines for the use of 
Myozyme in Pompe disease, published by the AGNSS Centres of excellence, 
which have been adopted by all of the AGNSS centres in England (see 
below). Dr Edmund Jessop, who was the Medical Adviser to the NCG and is 
currently the Medical Adviser to AGNSS helped to prepare these guidelines. A 
copy of these guidelines may be downloaded from the Internet here: 
www.specialisedservices.nhs.uk/library/23/Guidelines_for_Late_Onset_Pomp
e_Disease.pdf 
 
Guidelines for the Investigation and Management of Late Onset Acid 
Maltase Deficiency (Type II Glycogen Storage Disease / Pompe Disease) 
(Document author (to notify corrections etc) – Dr Patrick Deegan, 
patrick.deegan@addenbrookes.nhs.uk 
These guidelines have been prepared by a multidisciplinary group consisting 
of: 
Dr. P.B. Deegan, Addenbrooke’s Hospital, Cambridge 
Professor T.M. Cox, University of Cambridge 

http://www.specialisedservices.nhs.uk/library/23/Guidelines_for_Late_Onset_Pompe_Disease.pdf
http://www.specialisedservices.nhs.uk/library/23/Guidelines_for_Late_Onset_Pompe_Disease.pdf
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Dr. S Waldek, Hope Hospital, Salford 
Dr. R Lachmann, National Hospital for Neurological Diseases, London 
Dr Uma Ramaswami, Consultant Paediatrician, Addenbrooke’s, Hospital 
Cambridge 
Dr. Edmund Jessop, Medical Adviser, NCG. 
The clinicians from Cambridge, London and Manchester are involved in on-
going studies into the treatment and management of lysosomal storage 
disease and have extensive experience of enzyme replacement therapy for 
lysosomal storage disorders (LSDs). These centres have an on-going 
commitment to managing patients in dedicated outpatient and inpatient 
facilities and are all designated NSCAG centres for the diagnosis and 
management of LSDs. 
 
The SMC state: “The principle of trying to ensure that NHS resources are 
used most effectively, having regard to the premise that the NHS has limited 
resources which can only be spent once, underpins all our assessments.” 
 
The Healthcare Quality Strategy gives three Quality Ambitions which are not 
currently being met for patients with Pompe disease as their access to 
therapy is not Person-centred, Safe, Effective, Efficient, Equitable and Timely 
as stated “There will be no avoidable injury or harm to people from healthcare 
they receive…” and also “The most appropriate treatments, interventions, 
support and services will be provided at the right time to everyone who will 
benefit….” 
 
 
Association for Glycogen Storage Disease (UK) Ltd 
6 June 2012 
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Consideration of Petitions PE1398, PE1399 and PE1401 

Correspondence from Rare Disease UK Petition PE:1398 

Rare Disease UK (RDUK) is grateful to the Health and Sport Committee for taking 
forward PE1398 „Access to therapy for orphan diseases‟ and welcomes the 
opportunity to comment on the responses from the Scottish Government, National 
Services Division and the Scottish Medicines Consortium.  

RDUK has listed comments by topic below:  

The Scottish Medicines Consortium’s appraisal process for orphan medicines 

RDUK welcomes the response of the Scottish Medicines Consortium and is pleased 
that the “SMC is always willing to consider how we might evolve our process to 
improve patient access to clinically and cost-effective new medicines.”  

RDUK recognises that there must be an effective system in place for assessing new 
medicines in Scotland and whilst there are many positive elements of the way the 
SMC conducts it‟s appraisals, RDUK remains fundamentally concerned that the 
process currently used cannot adequately appraise orphan drugs equitably.  

The SMC response states, “As the clinical efficacy data in an orphan drug 
submission is often limited, SMC will accept a greater level of uncertainty in the 
economic case. In the event that the clinical and economic case for a medicine is 
robust but the cost per QALY is beyond the level that would normally be considered 
acceptable, or for an orphan where there is a high level of uncertainty, the Chair will 
ask the membership to discuss whether the modifying factors should be considered. 
The Chair will remind the committee of the stated modifiers (e.g. 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 e.g. organ transplant) and these will be considered in assessing 
both the level of uncertainty and cost per QALY which is acceptable”. However, 
since the introduction of modifiers in 2007, there has been no significant difference in 
the distribution of decisions before and after (61% were „not recommended‟ in the 
period 2003-2007 and 63% in the period 2008-2011).  

RDUK believes that a patient with a rare disease should have an equitable chance of 
accessing an effective treatment as a patient with a common condition, but current 
appraisal processes, including the policy on modifiers, employed by the SMC do not 
enable an equitable judgement to be made. Rather than a cost per QALY appraisal 
which then employs modifiers, RDUK would like to see a process designed to 
capture the specific characteristics of orphan medicines in order to appraise orphan 
medicines effectively and equitably.  

RDUK suggests that the Health and Sport Committee recommend that the SMC 
appraisal process for orphan medicines be subject to an open and transparent public 
review and that the expertise of the Commissie Farmaceutische Hulp (Netherlands) 
and the Advisory Group for National Specialised Services (England) be 
acknowledged when considering appropriate appraisal processes for orphan 
medicines.  

http://www.scottish.parliament.uk/parliamentarybusiness/CurrentCommittees/41723.aspx
http://www.scottish.parliament.uk/parliamentarybusiness/CurrentCommittees/41681.aspx
http://www.scottish.parliament.uk/parliamentarybusiness/CurrentCommittees/41722.aspx
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RDUK would like to highlight that as OMPs are specifically licensed to treat rare 
disease there is a considerably lower level of usage compared to non-orphan 
medicines, resulting in high costs per patient. However, the overall budget impact of 
OMP‟s is low, with orphan medicines accounting for 1.0% of the total drug spending 
in the UK in 2007. In Scotland, based on European Commission estimates of 
prevalence, over 300,000 people will be affected by a rare disease at some point in 
their lives. However, there are only licensed treatments for an extremely small 
proportion of rare diseases and so it is highly unlikely that the SMC will be 
overwhelmed by submissions for orphan medicines. Neither is RDUK arguing that all 
orphan medicines should be approved, only that the process for making the decision 
should be transparent and fair.  

RDUK agrees with the SMC view that “The perspective of patients and the general 
public in Scotland on willingness to pay for orphan medicines is not known and SMC 
believes that the views of the general public should be sought” and are also 
supportive of discussions taking place to harness the views of the general public in 
Scotland.  

Individual Patient Treatment Requests (IPTRs)  

As demonstrated above, the SMC appraisal process does not adequately capture 
the unique nature of medicines for rare diseases. When an orphan medicine does 
not receive a „recommended‟ appraisal from SMC, the only way it can be accessed 
by a patient is through the Individual Patient Treatment Request process. The 
difficulties in accessing orphan medicines are further exacerbated by the IPTR 
referral criteria which is difficult to satisfy (for orphan therapies) and is more likely to 
result in rare disease patients with the greatest clinical need being refused access to 
potentially life changing/saving treatments. Moreover, in the absence of a 
recommendation from the SMC, the reliance on the IPTR process leads to a 
postcode lottery in access in Scotland, as demonstrated by petitions PE1399 and 
1401.  

In their response, the Scottish Government assert that the “The IPTR process is not 
about showing exceptionality but is designed to provide an opportunity for clinicians 
to pursue, on a case by case basis for individual patients, treatment with a medicine 
that has not been accepted by the Scottish Medicines Consortium (SMC) or 
Healthcare Improvement Scotland (HIS) following their appraisal on clinical and cost-
effectiveness.” RDUK would contest that the criteria described in SGHD/CMO 
(2011)3 continues to rely on the principle that the patient is in some way „exceptional‟ 
from the general population where the drug is used, even though the term 
“exceptional” is no longer explicitly used. The criteria that must be met as part of this 
process are proving to be a particular challenge for patients with rare diseases. 
CMO(2012)1 „Guidance to further strengthen the safe and effective use of medicines 
across the NHS in Scotland‟ fails to address this issue for orphan medicines and 
RDUK continue to be concerned that the current criteria for accessing orphan 
medicines through an IPTR is too onerous for patients with rare diseases.  

The criteria states:  

“The patient‟s clinical circumstances (conditions and characteristics) are significantly 
different from either :  
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 The general population of patients covered by the medicines license; or  

 The population of patients included in the clinical trials for the medicine‟s 
licensed indication as appraised”  

In rare diseases it is extremely difficult to demonstrate the above criteria. The small 
patient numbers who make up the clinical trial population are those patients with 
greatest clinical need for the treatment and therefore the license will be based on this 
group of patients. It is therefore extremely difficult to show that a patient with a 
genuine clinical need will be „more likely to benefit from the medicine than might be 
expected for other patients with the condition‟. The patients who are likely to have 
the greatest clinical need for the treatment will be the same as those patients within 
the clinical trials upon whom the license is based. Unlike in some of the more 
common conditions where there is often more than one licensed treatment available, 
in the majority of rare diseases there is likely to be only one licensed treatment 
available, apart from supportive or palliative care.  

In orphan diseases the IPTR criteria are therefore more difficult to satisfy and are 
more likely to lead to those patients with the greatest clinical need being refused 
access to potentially life changing and/or life saving treatments.  

RDUK is pleased that the „Scottish Government is also keen to look at the outcome 
of the Health and Sport Committee discussions when these are available and are 
also open to suggestions for further improvement” 

To ensure rare disease patients have equitable access to medicines in Scotland, 
RDUK asks the Health and Sport Committee of the Scottish Parliament to 
recommend that the Scottish Government undertakes a thorough review of the 
current IPTR referral criteria, as outlined in CMO(2011)3, to assess whether or not 
this criteria is appropriate for orphan medicines.. A review should involve all relevant 
stakeholders including, patient organisations, health boards, clinicians and industry.  

Summary  

 The Scottish Medicines Consortium (SMC) appraisal process does not 
adequately capture the unique nature of rare diseases.  

RDUK suggests that the Health and Sport Committee recommend that the 
SMC appraisal process for orphan medicines be subject to an open and 
transparent public review.  

 The current criteria for accessing orphan medicines through Individual Patient 
Treatment Requests are too onerous for patients with rare diseases.  

RDUK asks the Health and Sport Committee of the Scottish Parliament to 
recommend that the Scottish Government undertake a thorough review of the 
current IPTR referral criteria, as outlined in CMO(2011)3, to assess whether 
or not this criteria is appropriate for orphan medicines.. A review should 
involve all relevant stakeholders including, patient organisations, health 
boards, clinicians and industry. 
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Work Programme 
Purpose 

1. This paper invites the Committee to confirm plans for inquiry work in 
September. 

Background 

2. At its meeting on 15 May 2012, the Committee agreed in principle that it 
would devote three meetings in September to a community sport-related 
inquiry and a single meeting to discussion of access to newly licensed 
medicines. 

Inquiry work – September 2012 

Access to newly licensed medicines 
3. The Committee has been considering three petitions on access to 
treatment for rare diseases. This scrutiny has raised more general issues 
regarding the approval process for newly licensed medicines and the system 
of Individual Patient Treatment Requests (IPTRs).  

4. It is suggested that the meeting on 18 September 2012 be devoted to 
this topic. In order to allow a wide-ranging discussion, formal consideration of 
issues specific to the petitions would be left to a subsequent meeting. 

5. The Committee is invited to agree to invite the following organisations to 
give evidence in round-table format at that meeting— 

 Scottish Medicines Consortium (SMC);  

 Association of British Pharmaceutical Industry (ABPI); and  

 Consultants (via the Royal College of Physicians) 

 up to three NHS Boards. 

6. The Committee is also invited to agree to publicise the session and invite 
written submissions from interested individuals and organisations. 

Community sport 
7. Members of the Committee have expressed a strong interest in 
conducting a sport-related inquiry. Two possible options for such an inquiry 
were suggested at the meeting on 15 May— 

 Support for community sport 

 Preparations for the 2014 Commonwealth Games. 

8. Discussion of these options suggested a leaning towards the former, 
though of course this does not preclude the Committee from addressing the 
preparations for the Games at a later date. Members will also have the 
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opportunity to visit and see for themselves two of the venues when the 
Committee visits Glasgow for its Business Planning Day on 28 August. 

9. The work programme paper that the Committee considered on 15 May 
outlined a possible inquiry into supporting community sport as follows— 

 Community sports facilities (community sports hubs, use of school 
sport halls – the issue where buildings are not entirely school-owned – 
PFI and so on); and/or 

 Evidence of the benefits of public funding of sport in Scotland (clubs 
and coaching). 

10. Following informal soundings of the key bodies in the field and 
developing further the themes in the preceding paragraph, it is suggested that 
the inquiry could be framed on the following areas— 

 The contribution of people – focusing on the role of volunteers – and 
looking at how to ensure they have the opportunities and support 
necessary to best contribute to sport at a local level (touching on such 
matters as quality of coaching, fostering a culture of volunteer-ism, and 
all aspects of support, including employer attitudes); 

 The benefit of local sports clubs both to (i) the preventative health 
agenda and (ii) their communities; 

and 

 The  importance of places for sport, in terms of availability, 
accessibility, affordability, and the quality of facilities;  

11. The focused questions to address those themes through an inquiry could 
be along the lines of— 

People 

 What is being done to support volunteers in community sport?  
 

 What are the barriers facing volunteers? 
 

 What examples are there of good practice to encourage and maintain 
volunteers in community sport? 

 
Places 

 How can the contribution of local sports clubs be quantified for: (i) the 
preventative health agenda and (ii) communities?  

 What roles do, or should, Community Sports Hubs play in encouraging 
sport in local communities? 
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 Given reducing public expenditure, what examples of innovative joint 
working between clubs and public bodies exist to make the most out of 
funding? 

 What are the three most important issues regarding sporting facilities at 
a local level?  

12. The Committee has three meetings in September to carry out its inquiry. 
It may wish to structure that time as follows— 

 

Date Business 

4 September Panel 1 – National bodies 

 sportscotland 

 Scottish Sport Association 

 NHS Health Scotland 

 COSLA 

11 September Panel 2 – Grass roots bodies 

 A selection of sports associations, local groups 
/projects identified as showing good practice, and 
witnesses identified from written evidence as 
having something to say 

Week 
beginning 17 
September 

Chamber debate 
There is a slot for a Committee debate that week and 
members may consider there is merit, following the 
evidence from the first two panels and in advance of 
taking evidence from the Minister, in seeking input 
from the wider Parliament. 

25 September Panel  3 – Scottish Government 

 Minister for Commonwealth Games and Sport 

 Chief Medical Officer 

 Dr Andrew Murray, Scottish Government’s 
Physical Activity Champion 

 
Fact-finding visits 
13. In order to get outwith the Parliament and for members to see some 
clubs/facilities/projects in person, the programme could also include one or 
two Monday visits. To overcome the logistical and resource issues of taking 
the whole Committee ―on the road‖, this might best be approached by having 
three or four members attend and then report back to the whole Committee. 

14. The call for written evidence would be issued before the summer recess 
and the input could help inform the make-up of the second panel. 
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For decision 

15. Following consideration, the Committee is invited to agree: 

Access to newly licensed medicines 

 to devote its meeting on 18 September 2012 to consideration of the 
approval process for newly licensed medicines and the system of 
Individual Patient Treatment Requests (IPTRs) in Scotland; 

o confirm witnesses for the meeting;  

o agree to publicise the session and invite written submissions from 
interested individuals and organisations;  

Community Sport 

 the themes of its inquiry (paragraph 10), questions to be issued in its call 
for written evidence (paragraph 11), the programme of oral evidence 
(paragraph 12), and up to two fact-finding visits. 

Work after mid-November 2012 

16. Members may also wish to propose possible options for future inquiry 
work for the period from mid-November to the end of the year.  

 

 

Dougie Wands 

Clerk to the Committee 
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