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A message from the Chair 
 
Following the publication of the UK Strategy for Rare Diseases in November 
2013, there was a flurry of activity as each of the four home nations worked 
out how they intended to implement the 51 commitments in the UK 
Strategy and be ready to announce their plans in time for Rare Disease Day 
at the end of February 2014. Since then progress has been patchy, but 
generally positive.  
 
Wales and Scotland published documents outlining how they intend to meet 
the commitments and have set up Implementation Groups to work with the 
relevant agencies and service providers to secure their delivery. Northern 
Ireland held a consultation on their implementation plan, which closed in 
January 2015, and are now analysing the responses.  
 
Despite a promising start, and the publication of a Statement of Intent last 
February, the response from NHS England has been disappointing, and 

momentum has been lost. The discovery of a significant overspend in NHS England's commissioning 
budget led to the establishment of a ‘task force’ to review NHS England’s activities and a subsequent 
clampdown on planning for future development.  
 
It is regrettable that much of the thinking about reforming specialised commissioning by NHS England 
has been characterised by its opacity. This has created considerable unease amongst external 
stakeholders, and a feeling in some quarters that the benefit of national level planning to deliver the 
health related commitments in the UK Strategy are in danger of being lost in the face of short term 
expediency measures.  
 
Given the progress elsewhere in the UK, NHS England's stasis is becoming a matter of increasing concern 
to the UK Rare Disease Forum. Hopefully the appointment of a National Director for Specialised 
Commissioning will get things moving again; but there is much lost ground to be made up, and the 
situation will not be resolved by seeking to turn the clock back and focusing once again on only the very 
rarest conditions at the expense of other patient groups who fall within the scope of the UK Strategy. 
  
The effective delivery of services and support for patients and families with rare diseases is only one 
aspect of the work of RDUK. We also focus heavily on promoting the need for and the opportunity to 
undertake high quality biomedical research and to have the outputs translated into interventions that will 
change patient and family experiences for the better. We have had productive interactions with the 
National Institute for Health Research, which now has rare diseases firmly on its agenda; with Genomics 
England, where rare diseases are one of the three priority areas for the 100,000 genomes project, with 
their counterpart bodies elsewhere in the UK; and with Public Health England in planning the 
establishment of the national rare disease and congenital abnormality register - due to go live in 2015. 
Given the exciting new discoveries emerging from research, and the opportunity that this will create for 
patients and families with rare diseases to experience real health gain, NHS England's inertia is all the 
more disappointing. 
  
Looking ahead, 2015 will see the General Election and all the uncertainty that this entails. RDUK is 
working hard to secure policy continuity for the UK Strategy irrespective of the outcome of the election. 
The UK Strategy carries all party support, but we need to make sure it does not slip down the agenda in 
the light of other issues facing the NHS. The voice of patients will be central to this. An important 
example is our Patient Engagement Group, which gives weight and credibility to the work of the UK Rare 
Disease Forum and makes it a proactive and effective agency for change.  
 
I am confident that RDUK will continue to prove itself as a constructive 
and powerful force for positive progress towards the delivery of the 51 
commitments in the UK Strategy for Rare Diseases. I look forward to 
working with you all to bring this about. 

Alastair Kent OBE,  Chair of Rare Disease UK  
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Executive summary  
 
2014 has been a busy year for Rare Disease UK (RDUK). With our growing membership, we have 
worked tirelessly to ensure implementation of the UK Strategy for Rare Diseases so that it reflects the 
needs of the rare disease community.  
  
We began the year by holding parliamentary receptions across the UK to mark Rare Disease Day 
2014. The events were our most successful to date and we were pleased to welcome over 600 
people across the four events.  
  
At our Westminster reception, the Parliamentary Under Secretary of State for Quality, who holds the 
rare disease brief, Earl Howe, announced that Deputy Chief Medical Officer for England, David 
Walker, would be the new National Lead for Rare Disease in England. Throughout the year David 
Walker has been involved in RDUK’s work and has spoken at a number of our events.  
  
Also in February,  NHS England in conjunction with RDUK launched a Statement of Intent that 
outlined how NHS England would respond to the UK Strategy for Rare Diseases.  
  
We worked closely with the Scottish Government to facilitate two stakeholder workshops which took 
place in May and provided patient groups with an opportunity to feed into the development of the 
Scottish Implementation Plan for Rare Diseases.    
  
In June, we held our second conference as part of the EUROPLAN project. This aims to agree on a 
common standard for the delivery of healthcare services for rare disease patients, and use this to 
inform the development of national rare disease plans across the EU. Almost one hundred guests and 
officials from all four nations attended. A conference report was also published shortly afterwards 
and is available on our website: www.raredisease.org.uk.  
  
We also held our inaugural Patient Empowerment Group 
meeting in June, which brought together members of RDUK 
and Genetic Alliance UK to ensure that the patient voice was 
informed and cohesive in the discussions surrounding the 
implementation of the UK Strategy for Rare Diseases.  
  
We continued to add to the knowledge base of the rare 
disease patient experience and undertook a study looking at 
the issue of transition between healthcare providers, both 
from child to adult care and from adult to older age care. We 
launched the report at our first ever All Party Parliamentary 
Group (APPG) Summit on Rare Diseases, which brought 
together five APPGs with a connection to the rare disease 
field. The event in November also marked the one year 
anniversary of the UK Strategy’s publication and government 
endorsement.  
  
Towards the end of the year, and in preparation for the 
General Election, RDUK mobilised members to write to their 
local MP to raise awareness of rare diseases and the UK 
Strategy. Members asked their local representatives to write 
to their party leaders to reaffirm their commitment to the UK 
Strategy by including provisions in their manifestos.   
  
This year has seen great progress, but much remains to be 
done. We look forward to working with our members to ensure that patients affected by rare 
conditions have access to the right care and treatment through the implementation of the UK 

Lord Walton at our APPG Summit 

on Rare Diseases 
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Implementation of the UK 
Strategy for Rare Diseases 

 
In November 2013, RDUK's sustained efforts resulted in the 
publication of the UK Strategy for Rare Diseases: a 
comprehensive Strategy of 51 commitments detailing how the 
UK governments will improve healthcare for rare diseases by 
2020. This is the first time that the four nations of the UK have 
come together to recognise and respond to the needs of rare 
disease patients with a systematic approach. 

In 2014, there was progress in the devolved nations in 
implementing the UK Strategy.  

In Scotland we worked with the Scottish Government to consult 
with rare disease patient groups to provide input into the final 
Scottish implementation plan. 

Timescales and clear, deliverable actions are missing from the 
document. However, an Implementation Oversight Group has 
been established and our Development Officer, Natalie Frankish 
is a member. 

Our Development Officer in Wales, Emma Hughes, was charged 
with leading the Patient and Family Empowerment section of the 
Welsh Implementation Plan. We were pleased to launch the 
consultation document at our second Rare Disease Day event in 
Cardiff and expect to see a final plan in early 2015.  

In Northern Ireland, the members of the Northern Ireland Rare 
Disease Partnership (NIRDP) have made excellent progress. The 
partnership worked collaboratively through a Stakeholder Group 
to develop the Implementation Plan, which went to consultation 
in November. The document 
also incorporates cross 
border work ing with 
Republic of Ireland. 

In England, RDUK’s Secretariat, Farhana Ali, was seconded to 
NHS England and co-produced the Statement of Intent from NHS 
England. The initial  positive move forward from NHS England 
stalled after the discovery of a large overspend. RDUK has been 
working with members to push for change. 

Our Chair, Alastair Kent, has been charged with monitoring 
the implementation of the UK Strategy for Rare Diseases through 
the UK Rare Diseases Forum, which will report on whether the 
aims of the UK Strategy are being achieved.  
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Patient Empowerment Group   
 

A key tool in monitoring the implementation of the UK Strategy for Rare Diseases is the UK Rare 
Disease Forum, chaired by Alastair Kent OBE. The group was first established in 2012 to help develop 
the UK Strategy for Rare Diseases and works with the four countries of the UK to monitor the 
implementation of the UK Strategy. 

  

The Forum is now responsible for monitoring how the vision and actions outlined in the UK Strategy 
for Rare Diseases are being responded to across the UK. A report on progress is expected every two 
years, with the Forum due to publish its first report in March 2016.  

  

The UK Rare Disease Forum includes representation from all four UK countries but membership has 
been streamlined since the original group was formed. As a result, Genetic Alliance UK is now the 
only patient organisation represented on the Forum. In light of this RDUK established the RDUK 
Patient Empowerment Group.  

  

The Patient Empowerment Group (PEG) consists of patient support groups from RDUK’s and Genetic 
Alliance UK’s membership and includes a wide range of rare conditions. PEG held its inaugural 
meeting in June and is chaired by Nick Meade, Director of Policy at Genetic Alliance UK and the 

patient representative on the UK Rare Disease Forum.  

  

Utilising the Chair of PEG’s position on the UK Rare Disease 
Forum, PEG is able to directly help monitor the 
implementation of the UK Strategy for Rare Diseases and 
provide the patient and carer perspective. The PEG is able to 
consider and investigate issues that are particularly pertinent 
to patients with respect to the UK Strategy’s implementation 
in all four UK nations and actively campaign and lobby on 
issues that members feel are necessary to ensure the patient 
voice is heard.  

  

In September, the group met for the second time. We were 
pleased that David Walker, the Deputy Chief Medical Officer 
in England and also the lead for rare diseases, spoke at the 
meeting. He informed members of his intentions to raise 
awareness of rare diseases, promote the UK as a global hub 
for research into rare diseases and assist PEG in their aim to 
hold the stakeholders responsible for the implementation of 
UK Strategy for Rare Diseases to account.   

David Walker, Deputy Chief Medical 

Officer 

 



Rare Disease UK Report of Activity 1st January 2014 to 31st December 2014 

Page 7 Rare Disease UK 

EUROPLAN II  
 
In June, RDUK hosted the second EUROPLAN National Conference for the UK as part of the EUCERD 
Joint Action. The conference was an opportunity for patients and those working in the field of rare 
diseases to provide their views on the ongoing policy debate regarding the best way to commission, 
organise and coordinate the delivery of services for rare disease patients across the UK.  
  
Over 80 attendees had the opportunity to hear from UK health departments' officials, including 
Robin Herbert, Department of Health, England; Dr Felicity Taylor, NHS England; Dr Chris Riley, Welsh 
Government; Elizabeth Porterfield, Scottish Government; Alastair Campbell, Department for Health, 
Northern Ireland.  
  
The conference focused on two key areas: 
firstly research into rare conditions, where 
attendees heard from representatives of each 
nation on the issues surrounding rare disease 
research, including the value of data registries. 
Secondly, presentations were given on Centres 
of Excellence for rare diseases and attendees 
heard about examples of good practice in the UK and considered the potential impact that new 
technologies may have on the future delivering of healthcare.  

  
A central theme that emerged from the 
day was collaboration. This included 
collaboration in the delivery of patient 
care but also collaboration amongst the 
four home nations in the implementation 
of the UK Strategy. Speakers and 
attendees also noted that the UK should 

not focus solely on the UK but also consider a EU-wide approach, as resources and tools already exist 
to facilitate EU-wide collaboration. 
  
A conference report was published shortly after and outlines the 
issues identified on the day and provides recommendations. 
These include calls for: concrete outcome measures to be in place 
to allow the implementation of the 51 commitments in each 
nation to be effectively monitored; collaborative research 
frameworks to be flexible and support contributions from centres 
outside core partnerships; and, Centres of Excellence to work 
across national borders to ensure the transfer of knowledge and 
expertise.   
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Rare Disease Day 2014  
 

Rare Disease Day provides the rare disease community across 
the world with the opportunity to increase awareness of rare 
diseases and highlight this public health priority to 
government and health departments. It is recognised in 
countries all around the world and this year was held on 28 
February.  

  

Rare Disease Day 2014 focused on carers and the provision 
of care, and encouraged everyone in the rare disease 
community to “Join Together for Better Care”. For the 
patients and families who are living with a rare disease, ‘care’ 
can mean very different things. For patients it may mean access to specialist equipment, expert 
medical consultation or physical therapy. For some, it may mean taking a medicine but for others 

there is no treatment available for their 
condition. For most children and adults living 
with a rare condition, primary care is provided 
by family members and so the ability to offer 
respite may be a central part of the ‘care’ that 
the family needs. 

  

To mark Rare Disease Day, RDUK held events 
across the UK. The first event was held in the 
Welsh Assembly, hosted by Rebecca Evans 
AM. The event focused on the importance of 
the UK Strategy for Rare Diseases and its 
implementation in Wales. 

 

Dr Chris Jones, Deputy Chief Medical Officer 
for Wales, informed attendees of the plans for 
implementation of the UK Strategy in Wales, 
which included looking at co-ordinating care 
in an integrated way and balancing the 

distribution of services across Wales. He 
also stressed that the Welsh plan would 
be a living document that would 
continually evolve to best improve the 
situation for patients, families and 
clinicians. 

 

Our next speaker, Marie Jones, gave a 
moving account on her son’s experiences 
of living with Tubular Sclerosis Complex 
and welcomed the improvements that 
the implementation plan could bring for 
her family. The event was a huge success 
and it was great to see so many people 
attend to mark Rare Disease Day in 
Wales.  

 

Our second parliamentary reception took 
place in the Scottish Parliament and was 
hosted by Bob Doris MSP.  

 

 

From left: Alastair Kent OBE, Chair of RDUK with our 

speakers Marie Jones, trustee of the Tubular Sclerosis 

Association and Dr Chris Jones, the Deputy Chief Medi-

cal Officer for Wales. 

 

From right: Our host Bob Doris MSP , Joan Fletcher, Susan 

Warren., Dan Farthing, Alex Neil MSP, Alastair Kent, and 

Marion and Thomas Ferguson 
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Alex Neil MSP, Cabinet Secretary for Health 
and Wellbeing, spoke at the reception on how 
the Scottish Government intends to implement 
the UK Strategy for Rare Diseases in Scotland. 
He highlighted in particular the Scottish 
Government’s intention to improve the speed 
and accuracy of diagnosis and embrace the 
advances being made in rare disease research. 

  

In England, our reception was hosted by Liz 
Kendall MP in the House of Commons. Around 
140 people attended the event to mark Rare 
Disease Day.  

  

Speakers included Earl Howe, the Parliamentary Under Secretary of State for Quality, who holds the 
rare disease brief. Earl Howe announced that Deputy Chief Medical Officer for England, David 

Walker, would be the new National Lead for Rare 
Diseases in England.  

 

James Palmer, Clinical Director for Specialised 
Services at NHS England, launched NHS England's 
Statement of 
Intent, which 
outlines how 
NHS England 
will implement 
the healthcare 
commitments in 
the UK Strategy 
for Rare 
Diseases. The 

Statement of Intent was written in collaboration with RDUK.   

 

 

 

 

 

 

 

In Northern Ireland, our partners, the Northern 
Ireland Rare Disease Partnership, held an all 
Ireland conference in Belfast. Both Health 
Ministers were in attendance and over 200 
people attended the Joint North South event.  

 

 

 

At the Conference, Edwin Poots MLA, Minister for Health, outlined Northern Ireland’s response to 
the UK Strategy for Rare Diseases. Alex White, Minister for Health in the Republic of Ireland, provided 
attendees with an update on progress towards finalising the Republic’s own Rare Disease Plan. 
Attendees took part in panel discussions which focused on the key steps needed to improve care and 
quality of life for those living with rare conditions and show how “Joining Together for Better care” 
makes a real difference to the lives of parents, children, and all those affected by rare conditions. 

Liz Kendall MP  

Earl Howe, Minister in charge of rare diseases  

Alex White Minister for Health in the Republic of Ireland 
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Transition  

 
The UK Strategy for Rare Diseases contains 51 
commitments to ensure that health and social care systems 
across the four nations provide those living with rare 
conditions with the highest possible quality of evidence-
based care and treatment.  There are, however, few 
provisions for patients with a rare condition who at some 
point in their lives will need to transition between care 
providers. 
  
Advances in science and medicine have led to better health 
outcomes for patients living with a rare condition. Patients 
who previously would not have survived childhood are now 
living on into adulthood, a fact which should be celebrated. 
Better treatments mean that patients affected by rare 
diseases will be requiring a transition plan for the first time 
and the challenge now will be for healthcare systems in the 
four nations to develop age appropriate services for these 
patients. 
  
In light of this, RDUK undertook a study to gain a better understanding of the issues faced by 
patients transitioning both from child to adult care and from adult to older age care. During the 
summer we spoke to patients affected by rare conditions and their families from across the UK about 
their experiences of transition between care providers. This included patients and families with 
experience of transition between paediatric and adult services, as well as a small number of patients 
who have experienced transition from adult into older age care and also from older age into end of 
life care. 
  
The key findings included:  
· Good communication and coordination are essential for successful transition  
· Patients and families feel disconnected from the transition process  
· Age-appropriate services are not always available to patients  
· Medical professionals receive insufficient training in adolescent care and medicine  
· Transition can come as a shock to patients and be too sudden 
· Parents feel anxious and unsupported during transition 
· A patient’s individual circumstances are not always considered during transition 
· Transition is better for those affected by more common conditions. 
 
Our findings showed that the NHS is capable of providing a world-class service to families affected by 
rare conditions, and that many patients are happy with the support they receive. The clinicians we 
spoke to are not just pioneers in the UK but also the world. Unfortunately, this high quality care is 
not universal to all patients with rare conditions going through transition within the NHS.  
  
This report is a call to action for the NHS and for all those other agencies involved in transition, 
public, private and voluntary, to work alongside patients and their families in order to make 
transition as smooth and purposeful as possible. The need for high quality care for patients during 
transition is greater than ever and the demand will only continue to increase as new treatments for 
currently intractable conditions are found.  
  
This report only scratches the surface of the issues that patients and families affected by rare 
conditions can face during transition, and there is much that remains to be identified, understood 
and acted upon. RDUK is committed to undertaking a further, in-depth analysis of transition from 
child to adult care and from adult into older age and end of life care. 
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APPG Summit on Rare Diseases  
 
The transition report was lunched at our first All Party Parliamentary Group (APPG) Summit on Rare 
Diseases. To ensure that the UK Strategy for Rare Diseases remained high on the parliamentary 
agenda, the Summit was held in November to mark the one year anniversary of its publication. 

  
The APPG summit brought together APPGs with an interest in 
the rare disease field and was held in association with: 
Association of Medical Research Charities, Huntington Disease 
Association, Muscular Dystrophy Campaign, National Kidney 
Federation, Sickle Cell Society and UK Thalassaemia Society. 
  
Speakers at the event included: David Walker, Deputy Chief 
Medical Officer for England; Dr Despina Eleftheriou, an expert 
in paediatric and adolescent rheumatology from Great Ormond 
Street Hospital; and, Dr Graham Lipkin, a Consultant Adult 
Nephrologist, University Hospital Birmingham.  

  
The Summit provided an opportunity to discuss the findings of 
the transition report, how we can work together to improve 
transition for patients with rare conditions and establish what 
the next steps are.  

  

The Summit also provided an opportunity to meet with a wide 
range of stakeholders with an interest in rare diseases including 
patients and families affected by rare conditions as well as 
clinicians, health professionals, patient organisation 
representatives, researchers and industry.  

  

We were pleased with the level of engagement from parliamentarians who were keen to address the 
issues currently preventing a smooth transition between care providers for many patients and families 
affected by rare conditions, and to promote and disseminate examples of good practice.   

  

There was enthusiasm 
and eagerness amongst 
patients and patient 
groups to work with 
RDUK to drive forward 
the next stage of the 
transition report, which 
includes holding 
workshops with the aim 
of developing a 
consensus strategy for 
delivering high quality 
transition for all those 
affected by rare 

conditions.  

Our host Diane Abbott MP, Chair of 

All Party Parliamentary Group 

on Sickle Cell and Thalassaemia  

Lord Turnberg and Lord Walton  

Emma Hughes, our development offi-

cer in Wales with speaker Graham 

Lipkin and guest Alan Thomas from 
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Rare Disease UK across the UK  
 
Scotland   
In 2014, RDUK continued to raise awareness of rare diseases amongst MSPs through the Rare 
Diseases Cross Party Group (CPG), for which we provide the secretariat. The CPG is the only group to 
represent rare disease patients in Scotland, that's over 6,000 rare diseases which affect over 300,000 
people. The Group, co-chaired by Malcolm Chisholm MSP and Bob Doris MSP, met four times in 
2014 and discussed topics including the Scottish Plan for Rare Diseases, research into rare diseases in 

Scotland, access to medicines and 
coordination of care. A number of 
high profile speakers were invited 
to the meetings, including 
representatives from the Scottish 
Medicines Consortium, Kathryn 
Ferguson (Head of Medicines at 
the Scottish Government), 
Elizabeth Porterfield (Head of 
Planning at the Scottish 
Government) and Dr Alan McNair 
(Senior research Manager, Chief 
Scientist Office). 
   

In May 2014, we worked closely with the Scottish Government to facilitate two stakeholder 
workshops that provided patient groups with the opportunity to feed into the development of the 
Scottish Implementation Plan for Rare Diseases. The CPG on Rare Diseases also provided the Scottish 
Government with the opportunity to regularly update members on the progress towards producing 
the Plan. 
  
In September, RDUK hosted a focus group looking at research into rare diseases in Scotland in 
conjunction with the Chief Scientist Office (CSO). A written submission was also made to the Chief 
Scientist Office's consultation on the CSO Five Year Health Research Strategy.  
  

Wales  
In Wales, RDUK is a member of the Clinical 
Evidence and Evaluation Group (CEEG) for Rare 
Diseases, set up by the Welsh Health Specialised 
Services Committee (WHSSC) to determine 
commissioning priorities and improve access to 
specialised services and therapies for patients 
with rare conditions.  
  
Our representative in Wales, Emma Hughes, has 
supported the Welsh Government by organising 
a consultation meeting with patients and patient 
groups to feed back on the draft Welsh 
Implementation Plan for Rare Diseases.  
  
RDUK also has been working with the Welsh 
Government to produce the final Implementation 
Plan for Rare Diseases which has been signed off by the Minister for Health and Social Services and is 
due for release imminently. As a member of the Welsh Government Implementation Group set up by 
the Minister for Health and Social Services, RDUK will represent the patient perspective and monitor 
progress in regards to its implementation at a local level.   
 

Cross Party Group on Rare Diseases meeting  

 

 

Attendees at RDUK reception to mark Rare Disease 

Day in Wales  
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Emma continues in her role as a member of the Patient and Public Interest Group (PAPIG), which 
supports the work of the All Wales Medicines Strategy Group, the body which is responsible for 
appraising medicines in Wales), and aims to increase patient and public participation in the appraisal 
process. 

  
Northern Ireland  
  
In Northern Ireland, we are making excellent 
progress to raise the profile of rare diseases 
through our work with the Northern Ireland 
Rare Disease Partnership (NIRDP). Our Executive 
Officer, Farhana Ali, is on the Board of Directors 
for the NIRDP. The partnership has delivered 
significant achievements since it was established with RDUK’s help in March 2011. Since then, the 
NIRDP has forged new relationships with their counterparts in the Republic of Ireland and have held a 
number of all-Ireland conferences to mark Rare Disease Day. A significant achievement.  
  
The NIRDP is the primary organisation representing patients affected by rare conditions in Northern 
Ireland. In 2014 the NIRDP played an instrumental role in drafting the implementation plan for 
Northern Ireland. The plan went to public consultation in November.   
  
 
Communiqué Awards 
 
In July, RDUK received a high commendation for our 
successful campaign to secure a UK Strategy for Rare 
Diseases. Our policy and public affairs work 
prompted the four UK governments to work together 
to produce a single comprehensive strategy. 
 
This is what the judges had to say: 

"This campaign had some highly impressive 
achievements, at a time when everything would 
seem to have been working against them. To have 
engagement and traction with 250 patient groups 
and all four jurisdictions of the NHS is an indication 
that they've got it right and are doing all the right 
things. 2013 saw the culmination of outstanding 
work over a number of years. They thoroughly 
deserve this high commendation." 
 
We are pleased to have received this award, though our work is not yet done. We will continue to 
work alongside the four governments and their respective health services, helping them to deliver the 
51 commitments set out in the UK Strategy for Rare Diseases. We will provide the evidence-based 
knowledge on all aspects of the UK Strategy to help them deliver lasting change that will directly 
improve health outcomes for patients and families.  
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Membership  
Since RDUK was established in 2008, awareness and interest in the field of rare diseases has in-
creased substantially. Through building relationships and increasing the support we offer to individu-
als, groups and organisations we have become the leading voice for the rare disease community in 
the UK. As of December 2014, our membership stands at over 1,600 organisations, of which over 
260 are patient support groups. We are proud of our growing membership and we will continue to 
bring stakeholders together under the RDUK banner in order to ensure that the voice of those con-
cerned with rare diseases is heard.  

  

1,600 members including 260 patient organisations - 
the largest alliance of patient organisations in the UK 

  

Social media  
  

Our presence on social media has strengthened and we now have over 5,000 followers 
on Twitter, that’s 2,000 more than last year, and over1,000 followers on  
Facebook. This has allowed us to build closer ties with our members and to raise the profile of 

rare diseases by reaching a wider audience.    
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 Our social media campaign for Rare Disease Day 

saw hundreds of our members joining our 

Facebook campaign by sharing our Rare Disease 

Day map, which identified the numbers of 

patients affected by rare diseases in cities across 

the UK. 
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Financial information 
 
Funding 
RDUK is funded by a restricted grant from its industry members. This funding enables us to offer free 
membership to all of the other members including individuals, families, groups and organisations.  
 
We are extremely grateful to all of our funders, without which we would not have been able to con-
duct our activities.  
 

From 1
st
 January - 31

st
 December 2014, RDUK received funding directly from industry members. Each 

company paid £8,400, pre-market companies paid £4,200. 2014 industry members are listed below.  
 

Aegerion  
Alexion 
Bio Marin 
Celgene 
CSL Behring 
Genzyme 
GlaxoSmithKline 
Novartis 
Pfizer   
PTC Therapeutics  
Raptor 
Shire 
Sigma Tau   
SOBI 
UCB 
Vertex 
Viropharma 
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Financial statement 

We received an additional grant of £9,000 from Novartis to support our work in Scotland and Wales. 
We received charitable donations totalling £172. 
We will seek to reclaim the cost of the Europlan Conference through a Eurordis grant.  
 
Rare Disease UK's accounts are independently audited as part of Genetic Alliance UK's accounts 
for the years ending 31st March 2014 and 31st March 2015.  

1st January 2014 to 31st December 2014 

            

Surplus at 1st 

January 2014      £2,678 

  

            

Income           

Membership Fees   £139,200     

  

Novartis grant for 

work in Scotland 

and Wales   £9,000     

  

EUROPLAN   £1,256     

  

Total Income     £149,465   
  

            

Expenditure         

  

Salaries (inc NI & 

Pensions)   £88,357     

  

Direct costs        £33,927     
  

EUROPLAN costs   £3,423   
 

Overhead        £21,600     
  

Total Expenditure     £147,307   
  

            

Surplus in year       £2,158 
  

Surplus at 31 

December 2014         £4,836 
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Looking ahead to 2015  
 
With a General Election in May, our focus in 2015 will be to maintain the momentum towards the 
effective implementation of the UK Strategy for Rare Diseases. To ensure that rare diseases remain 
high on the political agenda we will build on our contact campaign to parliamentarians and launch a 
pledge card that prospective parliamentary candidates and incumbent Members of Parliament can 
add their names to.  
  
A lack of progress in implementing the UK Strategy for Rare Diseases in England means we will, in 
particular, work with the Department of Health, NHS England and NIHR to secure an implementation 
plan that reflects the needs of the 3 million people who will, at some point in their lives, be affected 
by a rare disease in England. In Scotland and Wales we will use our position on respective oversight 
groups to monitor implementation. Through our chair, Alastair Kent OBE, in his role as chair of the 
UK Rare Disease Forum, we will ensure effective implementation of the strategy throughout the UK.  
  
RDUK will continue to add to the knowledge base of the rare disease field by undertaking further 
investigations into the effective management of transition from paediatric to adult care and adult 
care to elderly and end of life care for patients with rare conditions. We will work with our members 
and key stakeholders to deliver a comprehensive strategy for managing transition between care 
providers.  
  
After the success of our All Party Parliamentary Group (APPG) Summit on Rare Diseases, we will 
continue to use this model to ensure that parliamentarians are engaged with our work and informed 
of the issues that are facing rare disease patients and their families. We hope that in 2015 we can 
involve more APPGs with a connection to the rare disease field.   
  
We will continue to raise awareness of rare diseases through the Rare Diseases Cross-Party Group 
and increase communications between the Scottish Parliament and the individuals and organisations 
that are involved in research into rare diseases or work to improve the treatment, care and 
prevention of rare conditions. 
 
We will work with the Northern Ireland Rare Disease Partnership and our colleagues in Wales to 
ensure that  implementation plans are delivered in each nation.   
  
In 2014 we have made great progress but much remains to be done. 2015 looks to be another busy 
year for the whole team. We are looking forward to continuing our work with our members, as well 
as forging relationships with new groups and organisations in order to bring about lasting change 
that offers better health and quality of life for individuals and families affected by rare diseases. 
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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. 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, in November 2008, by Genetic Alliance UK, the national charity of over 180 
patient organisations supporting all those affected by genetic conditions, following the European 
Commission’s Communication on Rare Diseases: Europe’s Challenges. 
  
Subsequently RDUK has successfully campaigned for the adoption of the Council of the European 
Union’s Recommendation on an action in the field of rare diseases (June 2009). The 
Recommendation outlines how EU member states should develop and implement plans or strategies 
for rare diseases by the end of 2013. 
  
Since the adoption of the Council of the European Union’s Recommendation a RDUK has worked to 
ensure that the UK’s health departments acted on their obligation to develop a UK Strategy for Rare 
Diseases, and worked to engage with the rare disease community to shape its content. Since the 
publication of the UK Strategy for Rare Disease by the Department of Health in November 2013, 
RDUK is now focused on ensuring that the implementation of the UK Strategy is effective and 
accountable. 
  
RDUK is funded by restricted grants from its industry members, details of this can be found on the 
RDUK website. 
  
Unit 4D, Leroy House 
436 Essex Road 
London, N1 3QP 
  
Telephone: +44 (0)20 7704 3141 
Email: info@raredisease.org.uk 
Website: www.raredisease.org.uk 
Twitter: @rarediseaseuk 
Facebook: facebook.com/rarediseaseuk 
  
Rare Disease UK is an initiative of Genetic Alliance UK. 
  
Registered charity numbers: 1114195 and SC039299 
  
Registered company number: 05772999 


