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About Rare Disease UK
Rare Disease UK (RDUK) is the national alliance 

for people with rare diseases and all who 

support them. RDUK was developed in response 

to the unmet healthcare needs of the millions 

of people in the UK living with a rare disease 

who currently struggle to access integrated 

care and support. Membership is open to all 

and includes patients and family members 

living with a rare disease, patient organisations, 

clinicians, researchers, academics, and industry. 

RDUK provides a unified voice for the rare 

disease community, capturing the experiences of 

patients and families and raising the profile of 

rare diseases across the UK. 

RDUK was established by Genetic Alliance 
UK, the national charity of over 140 
patient organisations supporting all 
those affected by genetic conditions, in 
conjunction with other stakeholders in 
November 2008 following the European 
Commission’s Communication on Rare 
Diseases: Europe’s Challenges. In 2009, 
RDUK successfully campaigned for the 
UK’s adoption of the Council of the 
European Union’s Recommendation on an 
action in the field of rare diseases which 
calls on all EU member states to develop 
national plans or strategies for rare 
diseases by 2013. Since then RDUK has 
been instrumental in campaigning for the 
development and implementation of an 
effective plan for rare diseases in the UK. 
A cohesive, well-implemented strategy for 
rare diseases would improve the health 
and quality of life of those living with a 
rare condition, as well as ensuring the 
most effective use of NHS resources.
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A message  
from the Chair
This year we have seen remarkable progress made in promoting 

the objective for which Rare Disease UK was established. Our survey 

capturing the experiences of almost 600 families with rare diseases was 

probably the largest one of its kind ever undertaken in the UK, and its 

findings sent out a powerful message to politicians, health departments, 

and the media across the nation. 

This was followed by the launch of our report ‘Improving Lives, Optimising Resources: A Vision for the UK 
Rare Disease Strategy’ which brings together the expertise of many different communities of interest into 
a single, coherent and realistic set of over 85 targeted recommendations which will, if implemented and 
resourced adequately, bring about a significant improvement to the lives of families living with rare diseases 
in the UK today. 

Launching our report, and presenting it to the four parliaments of the UK, is not the end of the story. In 
many ways this was the easy bit. The challenge now is to get it implemented, so that all rare disease patients 
and their families can receive high quality care and support from the NHS and other agencies, and to ensure 
that the contribution that the UK can make to home grown and international efforts in rare disease research 
is recognised, promoted and sustainably supported. 

RDUK is engaging constructively with all who can help us achieve this goal and will continue to do so. We 
look forward to building on the many partnerships we have created, hopefully accelerating our rate of 
progress and moving closer to our ultimate aim.

Alastair Kent OBE

Chair of Rare Disease UK
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Executive Summary 
RDUK this year stepped up our campaign for the development of an 

effective strategy for rare diseases across the UK in accordance with 

the Council of the European Union’s Recommendation on an action 

in the field of rare diseases. We seized the opportunity to maintain 

the momentum on this work to ensure it received the necessary 

attention and consideration from the UK government and devolved 

administrations.  

Our main activity this year was the further development and publication of RDUK’s landmark report 
‘Improving Lives, Optimising Resources: A Vision for the UK Rare Disease Strategy’1 (further information on 
page 8). Much of our activity throughout the year centred on evidence-gathering to inform this report. This 
included:

 • further discussions of our five multi-stakeholder working groups to inform the evidence-based report,

 • a public consultation outlining the initial findings of these groups which received over 90 written 

responses from individuals and organisations from a wide range of backgrounds, 

 • a survey of the experiences of patients and families living with rare diseases resulting in the publication 

‘Experiences of Rare Diseases: an Insight from Patients and Families’2 (more information on page 6),

 • the EUROPLAN conference which focussed on discussions around different areas that a strategy needs to 

address (see page 12),

 • a joint workshop with the Association of Medical Research Charities on research into rare diseases, 

 • focus groups in the devolved nations to identify any specific issues for Scotland, Wales and Northern 

Ireland.

1 February 2011 – available at: http://www.raredisease.org.uk/documents/RD-UK-Strategy-Report.pdf
2 December 2010 - available at: http://www.raredisease.org.uk/documents/RDUK-Family-Report.pdf

The final report, which outlines 
comprehensive recommendations 
to inform a rare disease strategy, 
was launched on Rare Disease 
Day 2011. In recognition of this, 
we held parliamentary receptions 
in all four home nations which 
were well attended by politicians 
following our contact campaign 
prior to the launch (further details 
on page 10). Representatives from 
the Scottish, Northern Irish and 
English health departments were 
present at their respective events 
to accept the report and gave 
much encouraging feedback. Earl 
Howe, the Parliamentary Under 
Secretary of State for Quality at 

the Department of Health (DH), 
praised the ‘financial realism’ of 
the report and confirmed that 
the health departments would be 
considering the recommendations 
in the development of a 
strategy in response to the EU 
Recommendation. 

We have been continuing to 
build on key relationships with 
representatives from the four 
health departments, politicians 
and relevant organisations to 
garner further support for a 
strategy for rare diseases and 
continue to raise awareness of 
the issues affecting patients and 
families. 

Over the course of the year we 
have begun to see promises to 
develop a strategy translated into 
action. We now have confirmation 
that a public consultation on a 
draft strategy for rare diseases, 
which has been developed in 
partnership between each of the 
UK’s health departments, will be 
launched shortly. We will play 
an active role in scrutinising and 
responding to this consultation in 
partnership with our members.
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Consultation responses made

Department of Health: Equity 
and Excellence – Liberating the 
NHS (October 2010)

Department of Health: A new 
value-based approach to the 
pricing of banded medicines 
(March 2011)

Department of Health, 
Social Services and Public 
Safety: Living with Long-
Term Conditions – A Policy 
Framework (June 2011)

Department of Health: 
Liberating the NHS – 
Commissioning for Patients 
(October 2010)

Quality 2020: A 10-year Quality 
Strategy for health and social 
care in Northern Ireland (April 
2011)

Department of Health: 
Liberating the NHS – An 
Information Revolution 
(January 2011)

General Medical Council: Good 
practice in prescribing and 
managing medicine and devices 
(June 2011)

Looking forward to the year ahead, our main 

aims will be to ensure a united and strong 

response to the consultation on a rare disease 

strategy. We will be working to engage with 

our members and wider stakeholders to inform 

and assist them in responding. We will also 

be responding in depth ourselves to ensure 

that our recommendations are incorporated 

into an effective strategy. Once the strategy 

is launched, we will continue to work with 

health departments across the UK to ensure 

the effective implementation of a strategy in 

practice.  

In the past year 
our membership 

increased from 
approximately 
500 members 

to over 900 
members 
including 

172 patient 
organisations.

We have been successful in keeping a strategy for rare diseases on the political agenda during a tumultuous 
year with regards to the reorganisation of the NHS in England. RDUK has been scrutinising the effect this 
will have on the people we represent and have ensured that their views are represented in our responses to 
relevant consultations.



6 July 2010 – June 2011|

R
ar

e 
D

is
ea

se
 U

K
 - 

A
n

n
u

al
 R

ep
o

rt

Experiences  
of Rare Diseases:  
An Insight from Patients 
and Families
 
Over the summer of 2010 we conducted a survey to capture the experiences of patients and families living 
with a rare disease. The survey looked at a wide range of areas and issues including obtaining a diagnosis of 
a rare disease, participation in and access to information on research into a patient’s condition, and access 
to services, information, support and treatment. We were delighted to receive almost 600 responses from 
people representing 119 different rare conditions, or combinations of rare conditions from across the UK. 

The results of the survey captured the sometimes shocking stories we hear time and time again from patients 
and their families. Often, the issues experienced by patients and families are the same, regardless of the 
specific condition they are affected by.  These include problems in access to a timely diagnosis, good quality 
information and appropriate care and support. 

The respondents also 
highlighted areas of good 
practice in terms of service 
provision or support. This 
highlights the inequalities 
that currently exist in services 
received by patients with 
different rare diseases, or 
between those with the same 
condition living in different 
areas of the country. It is vital 
that the examples of good 
practice are used as a basis on 
which to model new services 
and become the norm rather 
than the exception to ensure 
that all rare disease patients 
receive high quality care and 
support regardless of their 
condition or where they live. 
An effective strategy for rare 
diseases should help achieve 
this.

Jo Grey (centre), with mother 
Janet and son Cameron.  
All are affected by multiple 
endocrine neoplasia 2a

After analysing the results, we 
produced a report of our findings 
– ‘Experiences of Rare Diseases: An 
Insight from Patients and Families’ 
which we launched in December 
2010. 

“Excellent work – what 
a shocking read” 
Richard West, Secretary of the 
Behcet’s Syndrome Society

“This is a great document 
- quite unique in what it 
achieves, and visually it’s 
excellent too.”  
Laura Gilbert, Freelance Policy and 
Communications Professional

We were able to generate 
broad media coverage around 
the launch of this report 
to raise awareness of the 
issues affecting patients and 
families. We secured articles in 
The Telegraph, The Scotsman, 
the Guardian Online, Wales 
Online, BBC Health Online, 
Chemist and Druggist and 
local newspapers.

Since its publication, the 
results of this survey have 
helped raise awareness of the 
issues experienced by patients 
and families living with a rare 
condition. The results have 
not only attracted interest in 
the UK, but we have also had 
interest in the report from 
across the world. The findings 
add weight to calls for a rare 
disease strategy to target 
some of the problems that 
patients too frequently have 
to face. 
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RDUK are grateful to all those 
who responded to the survey 
and to the patients and families 
who featured as case studies in 
the report. The full report can be 
found on our website3.

3 http://www.raredisease.org.uk/
documents/RDUK-Family-Report.pdf

Anna Pickering has Ehlers-Danlos 
syndrome, postural orthostatic 
tachycardia syndrome and 
Raynaud’s syndrome.

46% of patients had to wait 
over a year for a diagnosis 
following the onset of 
symptoms. 12% had waited 
over ten years.

Only 29% of patients felt they 
received sufficient support 
with their psychological needs. 
Only 24% felt they received 
sufficient financial support and 
only 33% received adequate 
support with their social needs. 

52% of patients and families 
did not feel they were provided 
with sufficient information 
on their condition following 
diagnosis. Many were left 
to research the condition 
themselves.

Patients often experienced 
poorly coordinated care with 
75% not having a designated 
care coordinator to assist in 
communication between all 
involved in their care.

Only 33% of patients or 
families feel they are given 
enough information on 
research into their condition. 

 

Gillian and Nick Thomas.  
Nick had multiple myeloma

Craig and Gemma Mitchell with 
their daughters Ella and Holly.  

Ella has a rare chromosomal 
disorder, a 6p25 deletion

“As chairman of  the BPA, 
I appreciate all that you 
at Rare Diseases UK are 
doing. Your comments very 
much line up with what our 
members report.” 
John Chamberlayne,  
Chair, British Porphyria Association

“As chairman of  the BPA, 
I appreciate all that you 
at Rare Diseases UK are 
doing. Your comments very 
much line up with what our 
members report.” 
John Chamberlayne,  
Chair, British Porphyria Association

“...I must say [Rare 
Disease UK] have done an 
amazing job. I was filling 
up with tears reading it 
as everything was us! The 
booklets will be a great 
success.” 
Carlee Gilbert, chILD Lung 
Foundation
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Improving Lives, 
Optimising Resources: 
A Vision for the UK Rare 
Disease Strategy
Rare Disease Day saw the launch of our landmark report ‘Improving 

Lives, Optimising Resources: A Vision for the UK Rare Disease Strategy’ 

which outlines our recommendations for a UK strategy for rare diseases.

Lesley Greene, Co-Chair of the Patient Care, Information and 
Support Working Group presents her MP, Edward Timpson, with a 
copy of the report

Developing the report had 
been our main focus of work 
for the previous 18 months 
and over 1000 individuals and 
organisations including patients, 
patient organisations, academics, 
healthcare professionals, 
commissioners and pharmaceutical 
industry representatives 
contributed to its development. 
We believe this to be the most 

comprehensive and wide-ranging 
review of services for patients with 
rare diseases ever undertaken in 
the UK. 

The report outlines 27 broad 
recommendations and over 85 
specific recommendations to 
inform a strategy for rare diseases. 
These are grouped into five areas 
which we believe an effective 

strategy needs to address. These 
are:

 • Coordination of Research

 • Prevention and Diagnosis

 • Commissioning and Planning

 • Patient Care, Information  

and Support

 • Delivering Coordinated Care.

Our multi-stakeholder working 
groups continued to meet over 
the past year. These groups had 
been established in each of the 
above areas to highlight the issues 
and to develop recommendations 
which, if implemented, would 
improve the current situation 
for rare disease patients and 
those working in the field of 
rare diseases. In October we 
released the initial findings and 
recommendations of the working 
groups for public consultation. 
We received a total of 92 
written responses from patient 
organisations, pharmaceutical 
companies, patients and family 
members, clinicians and healthcare 
professionals, professional bodies 
and networks, researchers and 
academics. All responses were 
used to inform the final report. 

The working groups included 
representation from each of the 
four home nations, but in order 
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to ensure that the report would 
be fully relevant in each home 
nation we held additional multi-
stakeholder focus groups in Wales, 
Scotland and Northern Ireland in 
November 2010. The focus groups 
reviewed the recommendations 
in the consultation document, 
highlighting specific 
considerations or differences 
relevant to their own national 
structures and organisations 
where appropriate. 

Delegates discuss the report with 
Jeff Cuthbert AM  
at the launch in Cardiff

In addition, a significant amount 
of additional evidence-gathering 
work was conducted to inform the 
development of the report. This 
included the information collected 
at our EUROPLAN conference (see 
page 12), a one-day joint workshop 
with the Association of Medical 
Research Charities on rare disease 
research, meetings with key 
individuals and extensive desk 
research.

Following the launch of our report 
we have been developing our own 
internal strategy to ensure that 
each of our recommendations is 
acted upon. While many of the 
recommendations in our report 
can be implemented easily and 
effectively, others may take longer 
but this should not be seen as 
an excuse to avoid addressing 
the issues.  A strategy for rare 
diseases should outline a clear 
course of action accompanied by 
a timescale for implementation. 
There may of course be actions or 
organisations other than the ones 
we put forward better suited to 
implement the recommendations, 
and we welcome further ideas and 
discussions. Alastair Kent presents the report to Dr Miriam McCarthy, representing 

the DHSSPS in Northern Ireland.

“I’ve just been reading 
through the Rare Disease 
UK report that you 
launched at Rare Disease 
Day. It’s a gold mine of  
information. Please pass 
on my congratulations to 
everyone who worked on 
it.” 
Nick Sireau, AKU Society

“...it was good to see 
this excellent publication 
after so much hard 
work...the team are to 
be congratulated on 
pulling together so much 
disparate information 
into a comprehensive and 
eloquent whole.”
Lesley Greene, Climb and Eurordis

All four health departments have 
signalled their willingness to take 
on board our recommendations in 
the development of their strategy, 
and we now look forward to 
continued collaboration with 
them and the release of the 
public consultation. For further 
information on the launch of 
the ‘Improving Lives, Optimising 
Resources’ report, please see the 
article on Rare Disease Day 2011 
on page 10.

The full ‘Improving Lives, 
Optimising Resources: A Vision for 
the UK Rare Disease Strategy’ can 
be downloaded on our website4. 

4 http://www.raredisease.org.uk/
documents/RD-UK-Strategy-Report.pdf

Alastair Kent introduces the 
report at the Westminster 
reception.
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Rare Disease Day 2011
February 28th marked the fourth international Rare Disease Day, an 
annual event which aims to raise awareness of rare diseases, bring 
together all those with an interest in the field, and highlight rare 
diseases as a health priority. This year’s theme was ‘Rare but Equal’ and 
emphasised the right for rare disease patients to have equitable access 
to diagnosis, services, information and support as those patients with 
more common conditions. 

Rare Disease Day 2011 was particularly significant for RDUK as it also 
saw the launch of our report ‘Improving Lives, Optimising Resources: A 
Vision for the UK Rare Disease Strategy’ (more information on this on 
page 8). To mark the event, we held parliamentary receptions in each of 
the four home nations. 

Alastair Kent presents the RDUK report to Earl Howe at Westminster

We were delighted to welcome a total of over 450 guests to Holyrood, 
Westminster, Stormont and Cardiff Bay. These guests were from a 
wide range of backgrounds and included patients and their families, 
healthcare professionals, researchers, commissioners, representatives 
of patient organisations and members of industry. We were also 
pleased to see over 50 politicians in attendance across the events, 
many of whom had been previously contacted by members of their 
constituency through RDUK’s contact campaign. The days provided an 
excellent opportunity for constituents to meet with their parliamentary 
representatives to inform them of the issues associated with rare 
diseases and the need for a strategy to address these issues. 

Dr Miriam McCarthy representing 
the Department of Health, Social 
Services and Public Safety speaks 
at the event in Northern Ireland.

Representatives from the health 
departments of England, Scotland 
and Northern Ireland were present 
at their respective events to accept 
our ‘Improving Lives’ report and 
praised it for its financial realism 
and the importance of it being 
rooted in patient experience. 
They each provided encouraging 
reports of the work that has 
already commenced in the 
development of a UK strategy and 
highlighted that they view RDUK 
as a key partner to achieving the 
aims of a strategy. 

“Can I congratulate 
you on the success of  
yesterday.  The event was 
well organised and there 
seemed genuine interest 
from those who attended.” 
Richard Lynn, British Paediatric 
Surveillance Unit
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Attendees at the  
Northern Ireland reception

The Scottish Parliamentary reception

In cooperation with Velvet PR and 
Waggener Edstrom, RDUK was 
able to generate media coverage 
around Rare Disease Day and our 
report launch. Articles featured 
in a range of local and national 
media including the Telegraph 
Online, the Daily Mail Online, 
the South Wales Guardian, the 
Newcastle Chronicle, Research 
Fortnight, BBC Radio 5 Live and 
BBC Radio West Midlands. Rare 
Disease Day also saw a 16-page 
colour supplement on rare 
diseases, including a foreword 
by Alastair Kent, Chair of RDUK, 
distributed in The Independent. 

Many of our members also got 
in touch to inform us of activities 
they were holding in recognition 
of Rare Disease Day. These 
included awareness-raising coffee 
mornings and presentations, and 
meetings between patients and 
researchers.

Overall Rare Disease Day 2011 
was a great success in the UK, and 
RDUK was particularly encouraged 
to hear confirmation of the 
work being done by the health 
departments to develop a rare 
disease strategy and the role that 
RDUK has played in influencing 
their thinking.  

Further details of RDUK’s Rare 
Disease Day events can be found 
on our website.

We were treated to some fascinating talks at each of the events which 
gave a great insight into what it is like to live with, or work in the field 
of, rare disease and some of the difficulties this often poses. 

Speakers from the Westminster reception – Alastair Kent, Jayne Hughes, 
Professor Sir John Burn and Julian Huppert MP

“Thank you for hosting the 
Rare Disease event on the 
28th February.  I enjoyed 
it very much and thought 
that you should be proud 
of  your achievements in 
making it such a successful 
day.”  
Pat Roberts, Save Babies Through 
Screening Foundation UK
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EUROPLAN Conference
In November RDUK held the UK’s EUROPLAN Conference in Manchester. 

EUROPLAN is a three year European project which began in April 2008. 

Its main goal is to provide national health authorities of EU member 

states with supporting tools for the development and implementation 

of national plans and strategies for rare diseases. The supporting tools 

include a guidance document for the development and implementation 

of national plans or strategies, a report on current practice in the field 

of rare diseases, and a guidance document for indicators to evaluate the 

implementation of national plans or strategies. 

The aim of the conference in Manchester was to engage the UK rare disease community to gather their ideas 
and opinions on what needs to be included in a UK rare disease strategy.

Conferences were held in 15 European countries to support harmonisation of rare disease strategies 
throughout Europe and to help contribute to the reduction in healthcare inequalities in healthcare services 
for EU citizens with rare diseases.  

Over 80 delegates attended the UK EUROPLAN conference, including both patients and professionals. 
Workshops were held in five areas:

 • governance of a UK strategy,

 • definition, codification and inventorying of rare diseases,

 • standards of care/centres of expertise,

 • research,

 • patient empowerment.

In each session attendees were asked to discuss a series of set questions. We were able to collate responses 
which helped in gathering evidence to inform our recommendations for a UK rare disease strategy.   The 
report on our EUROPLAN conference is available on our website5. For further details on EUROPLAN and the 
conclusions of the project please see www.europlanproject.eu.

5 Available at http://www.raredisease.org.uk/documents/final-report-europlan-15-national-conferences.pdf
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RDUK in Scotland, Wales 
and Northern Ireland
Wales
Activities in Wales focussed on 
working with families, healthcare 
professionals and academic 
researchers to join the campaign 
for a rare disease strategy and to 
work together to raise awareness 
of the issues important to them.

The highlight of this work was 
the Rare Disease Day event at 
the National Assembly for Wales 
in Cardiff Bay in March 2011. 
Over 90 supporters joined us 
at the reception to meet with 
each other and their elected 
representatives. Nineteen 
Assembly Members attended the 
event, receiving the ‘Improving 
Lives’ report and meeting with 
their constituents.  Darren Millar 
AM hosted the event and our 
speakers included Sarah Graves 
who told us about her experience 
of living with Behçet’s syndrome 
and Professor Anne Rosser from 
Cardiff University and Chair of the 
European Huntington’s Disease 
Network.

In preparation for the Welsh 
Assembly elections in May 2011, 
we worked with families to 
contact their Assembly candidates 
and talk to them about the issues 
around rare diseases and to ask 
them to pledge their support for 
a strategy for rare diseases. We 
received many pledges and eight 
of those candidates were returned 
to Cardiff Bay. We look forward 
to working with them as our 
campaign progresses.

Scotland 
As with Wales, this year’s activities 
in Scotland focussed on gaining 
support for a strategy for rare 
diseases and identification of 
particular issues pertinent to 
Scotland. 

Rare Disease Day was marked in 
Scotland on the 22nd February 
when over 110 delegates gathered 
at the Scottish Parliament. 
Jackie Baillie MSP, Shadow 
Cabinet Secretary for Health and 
Wellbeing, hosted the event 
which also included presentations 
from Karen Ferguson, founder 
of Confer (the Scottish Charity 
for neurofibromatosis) and 
Lindsay Mitchell, a haematologist 
who discussed the situation 
facing patients with paroxysmal 
nocturnal haemoglobinuria in 
Scotland. The ‘Improving Lives’ 
report was warmly received by 
Will Scott, head of the Long Term 
Conditions Unit at the Scottish 
Government.

In March, we were encouraged 
by the Deputy First Minister and 
Cabinet Minister for Health and 
Wellbeing Nicola Sturgeon MSP’s 
response to a Parliamentary 
Question, in which she said: “We 
have given a commitment to work 
with Rare Disease UK on taking 
forward in Scotland the strategy 
‘Improving lives, Optimising 
Resources: A Vision for the UK 
Rare Disease Strategy’”. 

In the lead up to the Scottish 
Parliament elections in May 2011, 
RDUK had asked supporters in 
Scotland to write to their MSPs 
encouraging them to sign pledges 
of support for a rare disease 
strategy in Scotland. Twenty-seven 
candidates from various parties 
signed and returned pledges of 
support ahead of the election, 
of which sixteen were elected to 
Parliament.   

In June 2011, RDUK hosted a 
discussion group with the Scottish 
Medicines Consortium (SMC). The 
aims of the event were:

 • To build a dialogue between 

different stakeholders from 

the rare disease community 

and the SMC.

 • To gain clarity about the 

assessment process for access 

to medicines for rare diseases.

 • To explore how we can 

proceed in a constructive 

partnership with the SMC.

We hope this event will mark the 
start of a constructive relationship 
between RDUK and the SMC 
and we look forward to this 
developing. 
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Northern Ireland
Over the past year there have 
been positive developments in 
Northern Ireland. We have been 
delighted to be involved in the 
establishment of a new Northern 
Ireland Rare Disease Partnership. 
This group aims to bring 
together patients, carers, patient 
organisations, clinicians and 
industry members to tackle the 
practical problems facing those 
living with rare conditions in 
Northern Ireland. Over time, the 
group hopes to evolve to become 
a powerful voice for rare diseases.

The group has identified 
working to achieve a strategy 
for rare diseases in Northern 

Ireland, based on RDUK’s 
recommendations, as one of 
its primary aims. RDUK will 
be working closely with the 
Partnership around this. In 
addition, the Partnership will 
be looking at education of 
professionals, improving access 
to specialists, coordination of 
services, and support to families. 

With the help of our members, 
RDUK has sought to engage MLAs 
in the issues affecting patients 
and families with rare diseases. 
This has been particularly so in the 
run up to Rare Disease Day 2011. 
We also conducted a campaign to 
get prospective MLAs to pledge 

their support for a strategy for 
rare diseases in the run-up to the 
election in May 2011, and since 
the election we have sought 
to strengthen relationships 
with returning MLAs and build 
relationships with newcomers. 

During the year we have 
successfully strengthened 
relationships with the Department 
of Health, Social Services and 
Public Safety and the Health and 
Social Care Board and we look 
forward to working in partnership 
with them, both through RDUK 
and the Northern Ireland Rare 
Disease Partnership over the year 
ahead. 
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Financial Information
July 1st 2010 – June 30th 2011 

Income

Donations/ Membership fees £95,056

Total Income £95,056

Expenditure

Salaries (inc. NI & pensions) £65,324

Expenditure £32,369

Total expenditure £97,693

Overheads £18,085

Total balance -£20,722

The overspend during this period was covered by Genetic Alliance UK.

Rare Disease UK’s accounts are independently audited as part of Genetic Alliance UK’s accounts running from 
1st April 2010 – 31st March 2011.

Funding
RDUK is funded by an unrestricted educational grant from our industry members. This funding comes from 
a grant from the Orphan Medicines Industry Group (OMIG) in the Association of the British Pharmaceutical 
Industry (ABPI) and through individual subscriptions from other non-OMIG member companies, who we 
informally term OMIG Partnership. This funding enables us to offer free membership to our other members. 

For the year running January 1st to December 31st 2010 we received a block grant from OMIG. OMIGP 
members each paid a subscription of £7000. We successfully increased the number of OMIGP members from 
four to six over the past year and RDUK now has 15 industry members in total.

A representative from OMIG and a representative of OMIGP both sit on the RDUK Management Committee. 

We are very grateful to the following companies for their support: 

 • Bayer

 • BioMarin

 • CSL Behring

 • Genzyme Therapeutics Ltd

 • Shire

 • Sigma-Tau Pharma Ltd

OMIG members:

 • Actelion Pharmaceuticals Ltd

 • Alexion Pharmaceuticals

 • Amgen

 • Celgene Corporation

 • GlaxoSmithKline

 • Merck Sharp & Dohme

 • Pfizer

 • Takeda UK Ltd

 • UCB
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Since the launch of our ‘Improving Lives, Optimising Resources’ report in February, we have  met with 
representatives from the UK health departments and will continue to maintain and build on these 
relationships over the coming year to ensure the momentum behind a strategy for rare diseases is 
maintained. 

We look forward to reviewing and having the opportunity to comment on the public consultations on a 
strategy. As well as responding in detail ourselves, we will be engaging with our members to assist and 
encourage them in responding to the consultations. We will work to ensure that our response covers issues 
relevant to each of the four home nations.  

Once the final UK strategy is launched, RDUK will be scrutinising the implementation of the actions and 
working with others to ensure their effective delivery. We will be pushing hard to ensure that a strategy 
is accompanied by specific actions, outcome measures and timelines for delivery in each of the four home 
nations. We have already started work on actions to try and ensure that each of our recommendations for a 
strategy for rare diseases is acted upon.

RDUK will also continue to scrutinise the reorganisation of the NHS in England and the effect that this will 
have on rare disease patients. We will, of course, continue to respond to other relevant policy initiatives 
across all four home nations to ensure that the views of the rare disease community are heard and 
considered. 

Having achieved so much to date to affirm rare 
diseases as an issue of vital importance to the health 

service, we look forward to embarking on the next 
stage of our work to see this translated into real 

beneficial changes for patients and their families.

Looking Ahead  
July 2011 - June 2012
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