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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 a campaign of Genetic Alliance UK. 
  
Registered charity numbers: 1114195 and SC039299 
  
Registered company number: 05772999 
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A message from the Chair 
When times are hard and the talk in the media is all about the financial 

pressures facing the NHS it is easy to become downcast, to forget where 

we have come from and how quickly we have travelled. In 2009, when 

the EU Council of Ministers unanimously adopted its Recommendation 

calling on Member States to develop plans for improving services and 

support for rare disease patients and families, it was still possible for 

politicians to shrug off this commitment because ‘we have the NHS’. 

Today there is universal acknowledgement that rare diseases are a 

significant health care issue for the NHS, and that special measures are 

needed to ensure that patients affected by these conditions get access to 

high quality care equal to that provided for any other patient by the NHS. 

While nobody could claim that the job is finished, and rare disease 

patients and families can be confident of speedy access to appropriate 

support, nevertheless there has been progress. 

 

As this report shows, progress has been accomplished through a collaborative approach to 

addressing the issues by all stakeholders. Central to this has been the input from patients and 

families, working alongside colleagues from industry, academia, the NHS and the political 

community. Patients and families have demonstrated time and again this year that they defy the 

stereotype of not being able to see beyond their immediate situation, but are capable of high level 

strategic interaction with politicians and other decision makers to help secure better outcomes and 

more effective use of scarce resources and expertise. 

 

Medical research continues to generate new insights into rare diseases and the mechanisms 

responsible for causing them. Genomics England, the National Institute for Health Research and their 

counterparts from the other nations of the UK have contributed significant insights during the year. 

Rare Disease UK has helped to build bridges between the academic and clinical community and  

other interested parties, helping to ensure that the right questions are asked, and that new 

knowledge leads to speedy progress towards delivering health gain for patients. 

 

Looking ahead, 2016 will see the establishment of an All Party Parliamentary Group on rare, genetic 

and undiagnosed conditions. The first progress report of the UK Rare Disease Forum will be 

published. Elections in Wales, Scotland and Northern Ireland will provide a golden opportunity to 

engage with candidates to help them understand the issues and explore their ideas for addressing 

them. All in all it promises to be a busy year ahead! 

 

Rare Disease UK only exists because our members want us to. As we look forward to 2016 I want to 

publicly acknowledge all those who have been with us in this last year. We are grateful to you all for 

you insight, your expertise, your commitment and for your financial 

help, without which none of this would have been possible. 

Alastair Kent OBE,  Chair of Rare Disease UK  
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Executive summary  
 

Rare Disease UK (RDUK) began 2015 by holding parliamentary receptions across the UK to mark Rare 

Disease Day. The events were our most successful to date and we were pleased to welcome over 600 

people across the four events. Earl Howe, the then minister in charge of rare diseases, described the 

Westminster event as ‘one of the landmark events’ of his year. In Wales, the Deputy Minister for 

Health, Vaughan Gething AM, launched the Welsh Rare Disease Plan. At our Scottish reception 

Shona Robison, Cabinet Secretary for Health Wellbeing and Sport, recognised that ‘quick and timely 

diagnosis is important - allowing patients and their families to access necessary treatment’ and noted 

that the Scottish Government was committed to improve this. 

 

Pledge for Patients was our stand out campaign of the year. We created the pledge card to ensure 

that whoever formed the new government would be committed to ensuring patients affected by 

rare, genetic or undiagnosed conditions get access to the right care and treatment – we were 

pleased that 235 prospective parliamentary candidates signed the pledge. The campaign also helped 

us in our efforts to establish an All Party Parliamentary Group on rare, genetic and undiagnosed 

conditions.  

 

During the summer we carried our largest ever survey to understand the experiences of patients and 

families living with a rare condition. We had over 1,200 responses from across the UK. The report 

will help to provide the evidence base necessary for RDUK to continue our campaign to improve 

diagnosis, care coordination and access to appropriate care and treatment.   

 

In 2015 our social media presence increased substantially and we have utilised this to good effect. 

We facilitated two Twitter engagement sessions; the first was with Ed Jessop from NHS England and 

the second in collaboration with the Houses of Parliament and Greg Mulholland MP. The latter 

reached over a million people. 

 

Through our membership we have brought together and mobilised the rare disease community. We 

sought to empower the rare disease community to secure political support to ensure the 

implementation of the 51 commitments within the UK Strategy for Rare Diseases. Our Patient 

Empowerment Group has been praised at a European level and identified as a best practice example 

in engaging the patient community.  

 

We regularly met with key policymakers and parliamentarians in 2015 including one-to-one 

discussions with UK health ministers such as George Freeman MP, the minister now in charge of rare 

disease. We campaigned for greater collaboration between the health departments of all four home 

nations and also encouraged and facilitated patient engagement. 

 

Towards the end of the year we were delighted to be shortlisted for two awards: The European 

Federation of Pharmaceutical Industries and Associations Health Collaboration Awards and the Public 

Affairs Awards for best campaign in Wales. 

 

We are pleased with the achievements that we have made throughout the year and look forward to 

working with our growing membership, and with key stakeholders, to ensure that those affected by 

rare conditions have access to the right care and treatment. 
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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. 

 

Throughout 2015 there was progress in all home nations in 

implementing the UK Strategy for Rare Diseases.  

 

In February, we were pleased that the Deputy 

Minister for Health, Vaughan Gething AM, 

launched the Welsh Rare Disease Plan at our 

reception to mark Rare Disease Day in the 

Senedd. The plan aims to maximise the benefits 

for all patients and families affected by a rare 

disease in Wales and to improve detection, 

diagnosis, and prevention of rare diseases, whilst 

ensuring targeted use of health care resource.  

 

 

In Scotland our Development Officer, Natalie Frankish attended the very first Rare Disease Oversight 

Implementation Group meeting in February. The group is charged with monitoring the delivery of the 

Implementation Plan for Rare Diseases in Scotland.  

 

In March we met with the Scottish Cabinet Secretary 

for Health and Wellbeing, Shona Robison. She 

affirmed her continued commitment to 

implementing the Scottish Rare Disease Plan, 

working with the other home nations when 

appropriate.  

 

In July we met and briefed George Freeman MP, the 

Minister in charge of rare diseases in the UK. The 

Minister agreed to speak to colleagues in NHS 

England to push for implementation of the UK 

Strategy for Rare Diseases and promised to look into 

areas where the four home nations should work together.  

 

From left: Vaughan Gething AM, Alastair Kent OBE, and Darren 

Miller AM  

Shona Robison, Scottish Cabinet Secretary for Health and 

Wellbeing  
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In England, we worked with colleagues at NHS England and the National Institute for Health 

Research (in particular the Rare Disease Translational Research Collaboration) to drive forward the 

implementation of the UK Strategy. This has resulted in a number of successes, including the 

development of a Rare Disease Annex by NHS England. The annex will ensure that rare disease 

patients receiving specialised health services will have a guaranteed level of care and treatment.  

 

October marked the launch of the Rare Disease Patient 

Network in Wales. The group has been formed to engage 

patients, families and patient organisation representatives in 

the implementation of the Welsh Rare Disease Plan. The 

group is committed to establishing a Rare Diseases Cross 

Party Group in the Welsh Assembly after the May 2016 

elections. 

 

In Northern Ireland, the members of the Northern Ireland 

Rare Disease Partnership (NIRDP) have made excellent 

progress. In October we welcomed the Northern Ireland 

Implementation Plan for Rare Diseases. The Plan identifies a 

range of actions to be taken forward in Northern Ireland in 

order to fulfil the 51 commitments in the UK Strategy. The 

Plan also sets out an additional commitment to work with 

health authorities in the Republic of Ireland.  

The Northern Ireland Health Minister, Simon Hamilton, also announced the development of a 

Northern Ireland Genomics Medicine Centre (NIGMC) that will provide rare disease patients with a 

much earlier and more accurate diagnosis. 

Our Chair, Alastair Kent OBE, has been charged with monitoring the implementation of the UK 

Strategy for Rare Diseases through the UK Rare Disease Forum. The Forum will report in March 2016 

on whether the aims of the UK Strategy are being achieved.  

 

 

 

Chris Dawson, Healthcare Policy Division, Welsh 

Government  presented at the  Rare Disease Pa-

tient Network launch in Wales 
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Patient experiences report  
 

Five years on from our first patient experiences report, in the 

summer of 2015, RDUK conducted an in depth survey to 

ascertain the experience of patients and families affected by 

rare conditions. We were delighted to have received over 

1,200 responses from across the UK – double the number of 

people who responded to the survey in 2010. 

Our study found that rare disease patients continue to 

experience long delays before receiving a final diagnosis; the 

majority of patients also received at least one incorrect 

diagnosis. Patients frequently experience fragmented care and 

are left to coordinate their own care.  Those who do not have 

a diagnosis they are given enough support and information in 

their journey to get a diagnosis. Patients also continue to 

struggle to access treatments where they exist. 

 

Key findings include:  

 Patients and families are given very little information about their condition, both at the time of, 
and after, their first diagnosis. 

 Patients are frequently left to research their condition (with very little help or direction), unless 
they connect with a patient organisation, who are often a vital source of both information and 
support. 

 Patients who become an expert in their own condition are often left to inform and educate the 
medical professionals they encounter. 

 Rare disease affects many aspects of an individual’s life including their social, educational and 
employment opportunities. Increased awareness and understanding, including adjustments 
where needed, can help to reduce this impact. 

 The majority of patients receive at least one incorrect diagnosis, and visit numerous doctors, 
before they receive a final diagnosis. 

 Patients can experience issues in persuading medical professionals to believe their symptoms 
and describe how their condition is initially written off as ‘psychological’ or, parents are 
described as ‘neurotic’. 

 Not having a diagnosis is a significant barrier to accessing coordinated care and appropriate 
treatment. 

 Information is not shared effectively between hospital trusts, or between specialist and local 
services. 

 Most patients would participate in research if given the opportunity. 

 

Sadly very little appears to have changed for rare disease patients in the last 5 years. We are, 

however, hopeful that the situation for patients will begin to improve. Ongoing developments in 

genetic medicine accompanied by a host of policy initiatives including the UK Strategy for Rare 

Diseases, the Accelerated Access Review and the amendment of the Human Fertilisation and 

Embryology Act in 2015 to allow for mitochondrial donation, means that progress is being made. 
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Patient Empowerment Group   
 

Throughout the year, RDUK has worked to ensure that the voice of the rare disease patient 

community has been heard and represented in the implementation of the UK Strategy for Rare 

Diseases. Our Patient Empowerment Group (PEG), which brings together supporters of RDUK and 

members of Genetic Alliance UK, has spearheaded our efforts in this area.  

 

In 2015 PEG established a formal partnership with Public Health England (PHE) to ensure patient 

input and oversight in the development of public and patient information for the National Congenital 

Anomaly and Rare Disease Registration Service (NCARDRS). Through PEG we have given weight and 

credibility to the work of PHE to make it a proactive and effective agent for change. We know that 

databases can help to overcome the problems of generating evidence from small patient 

populations. By coordinating the manner in which data is collected, stored and shared, the necessary 

infrastructure for rare diseases research can be created: patients who are eligible to take part in 

research can be identified and data will be consistent and therefore comparable. 

 

PEG is chaired by Nick Meade, Director of Policy at Genetic Alliance UK and the patient 

representative on the UK Rare Disease Forum. The UK Rare Disease Forum, chaired by Alastair Kent 

OBE, is a key tool in monitoring the implementation of the UK Strategy for Rare Diseases. The Forum 

is due to publish its first report in March 2016 outlining progress in the four nations. PEG has played 

a vital role in providing patient stories to be included in the progress report.  

 

PEG has also collaborated with NHS England, in particular, providing feedback to the Rare Disease 

Annex which will ensure appropriate care and treatment for rare disease patients receiving 

specialised health services commissioned by NHS England. It sets out the standards of care which 

patients with a rare condition can expect, including patients with no diagnosis. It also fulfils a 

number of the healthcare commitments in the UK Strategy for Rare Diseases. We were delighted that 

the Rare Disease Annex was approved by NHS England’s Rare Diseases Advisory Group (RDAG) in 

December 2015.  

 

In 2015 a number of key stakeholders 

working in the field of rare diseases 

attended PEG meetings, including: Dr 

Gina Radford, Deputy Chief Medical 

Officer and champion of rare diseases; 

Fiona Marley, Head of Highly Specialised 

Commissioning at NHS England; Sarah 

Stevens, Public Health Consultant at PHE; 

and Justine Hill, Patient & Public 

Involvement Lead at NIHR.  

 

 

We are pleased that RDUK’s work and leadership with PEG has been commended in The Good 

Practice Report by the European Organisation for Rare Diseases (EURORDIS). 

Dr Gina Radford, Deputy Chief Medical Officer with members of the Patient 

Empowerment Group 
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Rare Disease Day 2015  
 

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 in 2015 was held on 28 

February.  

 

Rare Disease Day was themed around ‘living with a rare 

disease – day-by-day, hand-in-hand’, and emphasises the 

challenges in the daily lives of patients, families and caregivers who are living with a rare disease. It 

was also an opportunity to highlight the importance of implementing the UK Strategy for Rare 

Diseases, which promises a better framework for research into medical treatment and high quality 

services for all patients across the UK. 

 

To mark Rare Disease Day, we held a number of events across 

the UK. The first event was held in the Scottish Parliament and 

hosted by Malcolm Chisholm MSP. Keynote speaker Shona 

Robison, Cabinet Secretary for Health Wellbeing and Sport, 

noted that Scotland was at the 'forefront of implementing the 

UK Strategy for Rare Diseases'. She also recognised that 'quick 

and timely diagnosis is important and allows patients and their 

families to access necessary treatment' and that the Scottish 

Government was committed to improving this. Professor Tim 

Aitman from the Scottish Genomes Partnership also spoke at 

the event alongside James Curry, a patient with primary 

immunodeficiency and Craig MacDonald, father to two twin 

boys with Fragile X. This was also our first event in which our 

patient organisation members were able to display posters and 

raise awareness of specific rare conditions.  

 

 

Our second parliamentary reception was held at 

Westminster and was attended by over 150 

people including 35 MPs and Peers. Earl Howe, 

the then minister in charge of rare diseases, 

described the event as ‘one of the landmark 

events’ of his year. The reception saw our highest 

ever turnout of MPs and Peers, and for the third 

time was hosted by Liz Kendall MP, the then 

Shadow Minister for Care and Older People. She 

confirmed that the Labour Party is ‘absolutely 

committed to continuing, developing and 

implementing the UK Strategy for Rare Diseases’.   

 

 

Guests raise their hands for rare diseases at the Westminster 

Reception  

 

Malcolm Chisholm MSP  
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Our final speaker for the Westminster reception 

was Fiona Marley, Head of Specialised Services 

at NHS England. Fiona outlined a number of 

initiatives through which the NHS in England 

plans to improve rare disease diagnosis and 

patient care. 

 

The event was also an opportunity for Health 

Education England to launch two short films, 

developed in collaboration with RDUK, to 

highlight the potential of genomic technologies 

and to improve the care of millions of patients 

who will be affected by a rare condition at some point in their lives. 

 

Our third and final reception took place at the 

Welsh Assembly and was co-hosted by Darren 

Millar AM, Shadow Health Minister and Kirsty 

Williams AM, Leader of the Welsh Liberal 

Democrats. The Deputy Minister for Health, 

Vaughan Gething AM, launched the Welsh Rare 

Disease Plan which sets out the Welsh 

Government’s expectations of the NHS in Wales to 

treat rare diseases for people of all ages, wherever 

they live and whatever their circumstances. 

 

 

 

Dr Rachel Butler, Head of Laboratories at the All Wales Medical 

Genetics Service spoke about new developments in genomics 

and stratified medicine. Rachael Humphreys, who has the rare 

condition Behcet’s, spoke about her experiences of living with 

this rare disease and the difficulties for patients in accessing 

specialised services.  

 

In Northern Ireland, we worked with the Northern Ireland Rare 

Disease Partnership (NIRDP) to deliver a joint Rare Disease Day 

and Inaugural World Birth Defects Day Conference. The events 

brought together a wide range of stakeholders with an interest 

in rare conditions including ministers, clinicians, health 

professionals, patient organisation representatives, researchers 

and industry representatives. It was also an opportunity for 

patients and families to engage with their elected 

representatives and share their experience of living with a rare 

condition. 

 

Raising hands for Rare Diseases: Earl Howe with Liz Blows from SMS 

Support Group  

Darren Millar AM Shadow Health Minister 

Alan Thomas with Deputy Minister for Health, 

Vaughan Gething AM 
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Pledge for Patients  
 

In March 2015 we launched our Pledge for 

Patients campaign to target MPs and 

prospective parliamentary candidates. We 

created the pledge card to ensure that 

whoever formed the new government 

would be committed to ensuring patients 

affected by rare, genetic or undiagnosed 

conditions get access to the right care and 

treatment – we were pleased that 235 

prospective parliamentary candidates 

signed the pledge. 

 

Of the those that signed the pledge card, approximately 60 candidates were elected. This has 

enabled us to build relationships with future policy makers and opinion formers, raise awareness or 

rare, genetic and undiagnosed conditions and enable our members to get involved in our public 

affairs activity.  

 

Supporters of RDUK contacted their prospective 

parliamentary candidate via letter, email and 

social media. The response via Twitter was 

especially positive.  

 

In 2016 we plan to replicate the success of our Pledge for 

Patients campaign in the May 2016 devolved elections. We 

hope that this will allows us to garner the necessary support to 

establish a Rare Diseases Cross Party Group in Wales, and help 

secure support  to continue our Rare Diseases Cross Party 

Group in Scotland.  

In England the Pledge for Patient Campaign has enabled us to 

hold to account elected members who have committed to the 

pledges. Forging relationships with MPs as this early stage has 

helped us in our efforts to establish an All Party Parliamentary 

Group (APPG) on rare, genetic and undiagnosed conditions. 

 

Visit the dedicated Pledge for Patients campaign website for 

more information: pledgeforpatients.org.uk  

 

 

 
 
 

Lord Turnberg and Lord Walton have both 

agreed to join the APPG  on rare, genetic 

and  undiagnosed conditions  
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All Party Parliamentary Group on rare, genetic and 
undiagnosed conditions  
 

The impetus for an All Party Parliamentary Group (APPG) on rare, 

genetic and undiagnosed conditions came from our patient 

organisation members. They spoke of the need for one all 

encompassing APPG for rare diseases. 

 

Given RDUK’s increased public affairs profile through face-to-

face meetings with key parliamentarians and our successful 

Pledge for Patients campaign, we felt that this was an opportune 

time to establish an APPG. 

 

During the second half of 2015 we worked with our supporters 

to directly contact MPs and ask them to join the APPG; this has 

proved to be a huge success. By the end of the year, almost 40 

parliamentarians had agreed to join the group. 

 

In 2016 we will hold the inaugural APPG meeting to formally elect the Chair and Vice-Chairs, after 

which we can register the group. We are pleased that five parliamentarians will be standing for 

officer positions, including: Cheryl Gillan MP, Baroness Neville-Jones, Lord Patel, Lord Turnberg and 

also Ben Howlett MP who will be standing as chair.  

 

The APPG on rare, genetic and undiagnosed conditions will allow us to:  

 Raise awareness of rare, genetic and undiagnosed conditions.  

 Lobby for change in the interests of the patients we represent and support.  

 React quickly, requesting that parliamentarians ask Parliamentary Questions.  

 Build new relationships with policy makers and opinion formers.  

 Strengthen our existing relationships with both members in the House of Lords and House 

of Commons.  

 Respond to our supporters who have called for us to establish an APPG.  

 

Ben Howlett MP will stand as Chair  
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Rare Disease UK across the UK  
 

Scotland   
 

In 2015, RDUK continued to raise awareness of 

rare diseases amongst MSPs through the Rare 

Diseases Cross Party Group (CPG), which is co-

chaired by Malcolm Chisholm MSP and Bob Doris 

MSP, and 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 CPG has been a vital tool in engaging with 

the Scottish Government on the review of 

specialist nursing. Concerns from patient groups and MSPs alike were raised through CPG letters to 

all NHS Health Boards and the Cabinet Secretary for Health as well as Parliamentary Questions.  

The CPG has gone from strength to strength and at our CPG meeting in June over 20 MSPs were in 

attendance. We were also joined by Kathryn Fergusson, Head of Medicines at Scottish Government, 

who provided an update on the New Medicines Fund.  

During the year we met with the Cabinet Secretary for Health and Wellbeing, Shona Robison, who 

affirmed her continued commitment to implementing the Scottish Rare Disease Plan and to working 

with RDUK. We were also pleased to attend the Rare Disease Oversight Implementation Group which 

has been established to ensure the delivery of the Scottish Rare Disease Plan.  

 

Wales  
 

In 2015 we welcomed the Welsh Implementation 

Plan for Rare Diseases. Our Development Officer, 

Emma Hughes, has been asked to join the Rare 

Disease Implementation Group established by the 

Minister for Health and Social Services, Mark 

Drakeford AM to oversee the implementation of 

the plan.  

 

We launched the Welsh Rare Disease Patient 

Network, which has been formed to engage 

patients, families and patient organisation representatives in the implementation of the Welsh Rare 

Disease Plan.  A key aim for the network is to establish a Cross Party Group after the May elections. 

 

As we look to 2016 we will be working with the Welsh Government to organise an event for Rare 

Disease Day 2016 on 29th February to report on the progress that has been made in implementing 

the Welsh Implementation Plan.  

 

Craig MacDonald with his partner and their two twin boys 

with Fragile X at the  Scottish Parliamentary reception  

Attendees at RDUK reception to mark Rare Disease 

Day in Wales  
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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). Genetic Alliance UK’s Public Affairs Manager, 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. 

  

The NIRDP is the primary organisation representing patients affected by rare conditions in Northern 

Ireland. In 2015 the NIRDP played an instrumental role in ensuring the publication of the Northern 

Ireland Implementation Plan for Rare Diseases; this was a huge achievement given the political 

turmoil during this time.  

  

 

Awards 
 

In October, we were delighted to be shortlisted for the 

European Federation of Pharmaceutical Industries and 

Associations Health Collaboration Awards. The Award, 

the first of its kind, was established to share best 

practice in multi-stakeholder collaborations that benefit 

patients and healthcare systems.  

 

The Award was open to all multi-stakeholder 

collaborative projects benefiting patients across the EU. 

A large number of applications from across Europe 

were received and RDUK was only one of six to be 

shortlisted. This is a major achievement in itself and we 

are pleased to have received this recognition for our 

work.  

 

Only a few weeks later in November RDUK was selected 

as a finalist in the Public Affairs Awards for our  

campaigning work in Wales. Although we did not win 

the award we are pleased to have been shortlisted in a 

competitive category.  

 

We look forward to continuing our work with our 

supporters to ensure the delivery of the 51 

commitments set out in the UK Strategy for Rare 

Diseases, and hope that 2016 will be filled with just as 

much success!  
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Membership  
 
Since RDUK was established in 2008, awareness and interest in the field of rare diseases has 

increased substantially. Through building relationships and increasing the support we offer to 

individuals, groups and organisations we have become the leading voice for the rare disease 

community in the UK. As of December 2015, our membership stands at over 1,800, of which over 

270 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 

concerned with rare diseases is heard.  

 

1,800 members including 270 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 7,000 followers on Twitter, 

that’s 2,000 more than last year, and over 1,700 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.   

 

We facilitated two Twitter engagement sessions. The first was to mark Rare Disease Day and Ed 

Jessop, NHS England, joined the team to answer questions around diagnosis, commissioning and 

access to medicines. Our second was held in collaboration with the Houses of Parliament and Greg 

Mulholland MP ahead of a debate on access to rare disease medicines. The Twitter debate was 

described as ‘historic’ and we were pleased that over a million people were reached. 
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Our social media campaign for Rare Disease Day was our most successful to date. Our 

Rare Disease Day Facebook poster reached almost 60,000 people!  
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Looking ahead to 2016  

In 2016 our focus will be to maintain the momentum towards the effective implementation of the 

UK Strategy for Rare Diseases. We will work alongside government and NHS officials to ensure that 

rare diseases remain high on the political agenda. We will drive forward greater cooperation and 

collaboration across the UK, seeking robust agreements from all four home nations to work together 

to deliver commitments with UK-wide implications. 

 

With elections fast approaching in the devolved nations we will continue our successful Pledge for 

Patients campaign in Scotland and Wales to raise awareness of rare diseases, genetic conditions and 

undiagnosed disorders. We hope this will help us to re-establish our Rare Diseases Cross Party Group 

(CPG) in Scotland, and help us in our efforts to establish a CPG in Wales. We will raise UK-level 

political awareness of rare diseases through an All Party Parliamentary Group for rare, genetic and 

undiagnosed conditions in Westminster.  

 

RDUK will monitor the narrative around the EU referendum, seek to understand the implications for 

our community and engage with stakeholders on the issue.  

 

We will continue to ensure the patient voice is properly informed of, and effectively represented in, 

the discussion and development of the implementation of the UK Strategy for Rare Diseases through 

our RDUK Patient Empowerment Group.  

 

RDUK will add to the knowledge base of the rare disease field by producing a report on the 

experiences of patients with very rare conditions who have recently been diagnosed through genome 

sequencing.  

 

We will mark Rare Disease Day 2016 with a series of parliamentary receptions, bringing together 

RDUK members and supporters with their politicians to understand the issues concerning rare 

diseases. We will work with the European Organisation for Rare Diseases (EURORDIS) to support a 

European rare diseases exhibition to engage the public in science and research. 

In 2015 we have made great progress but much remains to be done. 2016 looks to be another busy 

year for the whole team. We are looking forward to continuing our work with our supporters, 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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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 
conduct our activities.  
 

From 1
st
 January - 31

st
 December 2015, RDUK received funding directly from industry members. 

Companies paid £8,400, pre-market companies paid £4,200. 2015 industry members are listed 
below.  
 

Aegerion  
Alexion 
Bio Marin 
CSL Behring 
Genzyme 
GlaxoSmithKline 
Merck Serono UK  
Novartis 
Pfizer   
PTC Therapeutics 
Raptor 
Shire 
Sigma-Tau Rare Disease  
SOBI 
Synageva 
UCB 
Vertex 
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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 £9,129  
 
Rare Disease UK's accounts are independently audited as part of Genetic Alliance UK's accounts 
for the years ending 31st March 2015 and 31st March 2016.  

1st January 2015 to 31st December 2015 

            

Surplus at 1st 

January 2015      £4,836  

  

            

Income           

Membership Fees   £133,000      

  

Novartis grant for 

work in Scotland 

and Wales   £9,000     

  

Donations for 

policy discussions   £1,128    

 

EUROPLAN (refund 

of previous costs )   £3,648      

  

EUROPLAN (refund  £2,538    

 

Total Income     £149,314    
  

            

Expenditure         

  

Salaries (inc NI & 

pensions)   £91,913      

  

Direct costs        £37,370      
  

Overhead        £22,165      
  

Total Expenditure     £151,448    
  

            

Surplus (deficit) in       - £2,134  

  

Surplus at 31 

December 2015         £2,702  


