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We know we can beat muscle-wasting
conditions more quickly if we work
together. We are uniting skills, knowledge
and resources in the UK and working with
others around the world so we can improve
the quality of life for those affected, and to
bring treatments and cures closer to reality.

individuals, families and carers, scientists,
volunteers and everyone who is close to
us across England, Scotland, Northern
Ireland and Wales. Together we can do so
much more and we can all play a crucial
role in delivering our ambition to beat
muscle wasting conditions.

On the cover: scientists and families at an open day at Newcastle University
Photo © Mike Urwin
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Making every day count
Muscular Dystrophy UK leads the fight against muscle-wasting conditions
that affect over 70,000 children and adults in the UK. There are more than
60 rare and very rare muscle-weakening and muscle-wasting conditions.
Every day we are working to find treatments and cures for all of them.
We have already made great advances that
would have been unthinkable just 10 years
ago, and we are determined to go even further
and faster. We want everyone who is affected
by these conditions to have access to the best
treatments, care and support, and, by removing
barriers in society, to enjoy the best quality of life
and the greatest possible independence.
We know we can beat muscle-wasting
conditions more quickly if we work together, and
our new strategy created by over 300 people
is a testament to that. We’ve brought together
individuals, families and carers, scientists,
health professionals, supporters, volunteers
and everyone who is close to us across England,
Scotland, Northern Ireland and Wales.

Combining skills, knowledge and resources from
across the UK, and working with others around
the world, we can improve the quality of life for
individuals and families, bringing treatments and
cures closer to reality.
We look forward to your involvement in helping
to create a changed world for people affected by
muscle-wasting conditions.
To find out how you can get involved, go to
www.musculardystrophyuk.org/get-involved

Catherine Woodhead, CEO

Together we can work towards delivering our
ambition: to beat muscle-wasting conditions.

Photo © MDUK
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A world with effective treatments and cures for all muscle-wasting conditions and no limits in life for

Delivering change

Sixty years ago, when Muscular Dystrophy UK first started, research into muscle-wasting
conditions was largely neglected. Our continued investment into pioneering research and
development of clinical support made possible by our supporters, partners and donors, has led
to vital progress which, with better care, has improved both quality of life and life-expectancy.
Major highlights of the last five years
 Muscular Dystrophy UK funded the early
research that led Professor Sir Doug Turnbull
and the neuromuscular team at the John
Walton Muscular Dystrophy Research Centre
to develop IVF mitochondrial donation. For
the first time, this technique gives women
with maternal mitochondrial disease the
choice to have a healthy baby.
 With our support, Professor George Dickson
has been able to design, test and refine a gene
therapy for Duchenne muscular dystrophy.
This research has progressed significantly in
recent years and gene therapy is now ready
to be tested in boys with Duchenne muscular
dystrophy. Professor Dickson and a team
of researchers from the UK and France are
setting up a clinical trial called UNITE-DMD.

4

 Muscular Dystrophy UK laid the foundations
for exon skipping with the MDEX consortium
and, thanks to our groundwork, the first exon
skipping drug is now available in the US and
we are pressing for it in the UK.
 Our campaigning has led to:
– Translarna becoming the first drug to be
given approval to treat the genetic cause of
Duchenne muscular dystrophy, outside of a
clinical trial
– babies with SMA Type 1 in Scotland being
given access to Spinraza, the first effective
treatment for the condition; we continue to
press hard to make this treatment available
throughout the UK
– improvements in public transport including
more step-free access to stations, and it is
now illegal for taxi drivers to refuse to take
disabled people or charge them extra.

60 years ago the life expectancy
for people living with Duchenne
muscular dystrophy was around
14 years; today some are living
into their 40s.

 More children and adults are taking part in
clinical trials at leading muscle centres thanks
to our targeted and long-term support.
 Achieving a seven-fold increase in families
being supported by a UK-wide network
of specialist roles, including care advisors,
specialist nurses, OTs, physios and
consultants, bringing the total to 81.
 More people with muscle-wasting conditions
now have greater control over their lives
through our grant funding towards the cost
of vital equipment and assistive technology,
such as ‘eye gaze’.
 Thousands of people are better informed,
supported locally, and more financially secure,
thanks to our expert information, advice and
advocacy support.

Continuing change
At the heart of this progress has been work
by dedicated researchers and clinicians, the
community of health professionals, Muscular
Dystrophy UK, and people with muscle-wasting
conditions.
 We are using research to improve the lives of
as many people as possible who are affected
by muscle-wasting conditions. We want
to ensure they have the opportunity to be
involved in a clinical trial if they wish.
 We continue to work to improve NHS services
and to ensure everyone can access highquality, specialist care.

 We seek to reach everyone affected and make
sure they get the information, support and
care they need so that they can live well and
as independently as possible.
 We campaign to make sure that people with
muscle-wasting conditions are treated as
equal members of society so they can be part
of the workplace, enjoy the sport, leisure and
exercise activities of their choosing, and to
remove the barriers to transport and travel
that stop them from being fully involved in
their communities.

By campaigning, sharing your experience,
giving your time or your money, you can
join us to make change happen.

Claire Chidzey with her son, Ryan, who has Duchenne
muscular dystrophy
Photo © Roger Moody
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Your priorities – our ambitions
The important progress already achieved is heartening, but there is still
so much more to do. Our commitment to find treatments and ultimately
cures through research, and to drive improvements in care and quality of
life, remains as strong today as ever.
Pressing for future change
In addition to our core work, we will work for change in four key areas that people with muscle-wasting
conditions and their families have told us are particularly important to them:

Fast track to treatments
Together, we’ll press hard to get effective
treatments to people faster – because
every day counts.

Mental health matters
We’ll fight for people to get better mental
health support from the point of diagnosis
and at every stage thereafter.

Advances in technology
We will press for new technology to be
affordable and accessible, so people with
even the most complex disabilities can
benefit from opportunities.

Sport, leisure and exercise
We will campaign to remove the barriers that
stop people from using leisure facilities, and
to promote sport, leisure and exercise as they
help improve physical and mental health.
Anjali Solanki (l) and Arti Dasani (r), members of
MDUK’s employability working group
Photo © Chris O’Donovan
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Creating the strategy
To create this strategy, we have worked alongside people directly affected by
muscle-wasting conditions. We are committed to making sure they are involved
in setting our priorities and the approach we take, from board level all the way to
operations on the ground.
We do this by:
 listening to people and gathering evidence
to better understand their experiences and to
ensure the voice of people affected by musclewasting conditions is heard and acted upon
 understanding people’s experience of Muscular
Dystrophy UK, so that we can improve our
provision of information, advice and support
services, both nationally and locally

 ensuring people with muscle-wasting
conditions help set our strategy and drive
our work as board members, being part of
our committees nationally as well as
volunteers locally
 enabling people to have a choice and a voice
in their local communities through actively
supporting inclusion in local decision-making
and community planning.

We are committed to finding cures
and treatments for all conditions.

Sheila Hawkins, MDUK Trustee, with her
granddaughter, Willow
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WHY THIS MATTERS

Transforming lives through research
At Muscular Dystrophy UK, we fund pioneering research for better treatments
to improve people’s lives today, and to transform those of future generations.
Every day scientists are gaining new knowledge of muscle-wasting conditions,
so there are always exciting new treatments on the horizon.
The theme of innovation and partnership
underpins all that we do and enables research to
be given every chance to succeed. By supporting
research across the world, we link researchers and
research projects, accelerating scientific progress
and helping us to improve lives as quickly as
possible.

Many conditions are regarded as ultra-rare, but
research is working towards new treatment
possibilities all the time. For example, scientists
are finding answers that have brought us
much closer to a therapy for conditions such
as Duchenne muscular dystrophy and spinal
muscular atrophy.

Our research priorities centre around four themes:

Harnessing
the power
of genetics

Increasing our
understanding
of the disease
mechanism

Facilitating drug
development

Partnerships and innovation
Supporting excellent researchers
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Improving
quality of life

Investing in the future
Muscular Dystrophy UK will:
• invest more money in high-quality research
to understand the underlying causes of
muscle-wasting conditions, and to develop
potential treatments, always making sure our
investment has maximum impact
• encourage scientists with new ideas and
new technologies to come into this area of
research, building on existing scientific study
to develop a new generation of therapies,
with the ultimate goal of being able to treat
all people, whatever their muscle-wasting
condition
• use seed funding to drive innovation and
influence our partners and others to do the
same.

HOW WE WILL CHANGE LIVES

Our objectives for transforming lives through research
Harnessing the power of genetics

Facilitating drug development

So that:

We will:

• more people receive a confirmed genetic
diagnosis
• we improve our understanding of why some
people with the same condition are affected
differently
• our investment in UNITE-DMD, a four-year
international collaboration of scientists,
will determine the safety of gene therapy
for people living with Duchenne muscular
dystrophy.

• provide crucial information, through natural
history studies, on how a condition progresses
with time and how it affects people, through
funding the world’s largest natural history
study in Duchenne muscular dystrophy
known as the NorthStar programme
• work across the research community to
support collaboration and develop a cohesive
structure for research into muscle-wasting
conditions.

Increasing our understanding of the
disease mechanism

Improving quality of life

By:
• researching new model systems to assess the
potential of new drugs
• developing our understanding of what happens
to the body systems, such as the brain or the
gut, when specific genetic mutations occur, so
that effective therapies can be developed
• working in partnership with other funders to
better understand disease mechanisms.

We will:
• develop evidence-based interventions that
improve the quality of life of people affected
by muscle-wasting conditions, putting the
knowledge and experiences of people at the
heart of the research agenda
• research the benefits of exercise and develop
a suite of materials to support children and
adults to understand which exercises and
stretches are helpful to their condition
• better understand the psychological impact
for people with muscle-wasting conditions
• research the management of fatigue and pain.

MDUK funds world-class research into
treatments and cures
Photo © Graeme Hart
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WHY THIS MATTERS

Driving change
Together we are making change happen, both nationally and
locally, and galvanising those who want to drive change to join us.

Fast track to treatments

Improving access to NHS specialist support

Every day is precious for those living with
muscle-wasting conditions but it can take years
for drugs to get from the lab bench to the person
who needs it. We are determined to speed up
the process so that people can access potential
treatments much sooner.

A late diagnosis has implications for the
individual and their families. People need to
be referred for a more formal diagnosis of their
condition more quickly.

Although there are more potential treatments
on the horizon than ever before, researchers and
clinicians are warning us that current systems
and structures are not adequately prepared
to meet the demand generated by the rise
in trials and treatments. As a consequence,
neuromuscular centres face having new trials
turned down owing to lack of capacity.
Supporting professionals
Better trained and better supported staff will
provide improved care and ensure more people
affected by muscle-wasting conditions receive
the support they need.
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Multi-disciplinary care brings together the
expertise of professionals from a wide range
of disciplines in one location to provide coordinated, patient-centered care. Individuals
and families want to access a specialist multidisciplinary team to help manage their condition,
regardless of where they live in the UK.
It is vital that paramedics called to help anyone
with a muscle-wasting condition have the
essential knowledge at times of crisis. The
‘Ambulance Action’ scheme allows paramedics
to prioritise them effectively as soon as a 999
or 111 call is received.
Emma Vogelmann, MDUK Employability Officer
Photo © Chris O’Donovan

HOW WE WILL DELIVER CHANGE

Our objectives for driving change
Fast track to treatments

Supporting professionals

We will:

We will:

• help meet the growing demand for clinical
trials through our investment in the MDUK
Oxford University Neuromuscular Centre,
which promotes the translation of scientific
research into clinical trials; improve the
clinical trials infrastructure for neuromuscular
conditions; press for more staff at other
neuromuscular centres UK-wide to grow
capacity to deliver trials and treatments
• ensure that clinical trials are designed robustly
and take into account measures that are
important to people with muscle-wasting
conditions; work to ensure that individuals and
families affected have the opportunity to take
part in clinical trials wherever they live in UK
• ensure a more effective, open drug approval
process for rare diseases, by pressing regulation
and reimbursement bodies throughout the
UK to improve their approach to assessing
and delivering rare disease treatments so that
treatments will be available to all people who
will benefit from them
• harness the skills and expertise of volunteers
to provide support and information to families
on clinical trials.

• work in partnership to ensure that health
professionals better understand muscle-wasting
conditions and their impact on people’s lives
• work with GPs and community health
professionals to better understand musclewasting conditions and the importance of
early referral
• improve access to support from a
neuromuscular care advisor, specialist nurse
and physiotherapist, as close as possible to
where people live.

Improving access to NHS specialist
support
We will:
• continue to drive improvement in specialist
neuromuscular care across the UK and press
for at least one additional neuromuscular
complex care centre
• work with all NHS Ambulance Trusts
throughout the UK to implement an
Ambulance Action ‘flagging scheme’
• use our influence to improve NHS psychology
services for people affected by musclewasting conditions.

Specialist support at Royal Bristol Children’s Hospital
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WHY THIS MATTERS

Living well with muscle-wasting conditions
Muscular Dystrophy UK is here for all people and their families affected by a muscle-wasting condition –
whether awaiting a diagnosis, recently diagnosed or living with a condition.

Mental health matters
Being diagnosed with a muscle-wasting
condition means adjusting to a new and
unexpected reality. Muscle-wasting conditions
can affect every aspect of life and many people
tell us they feel isolated because of their
condition. Others tell us of their anxiety or
depression as they adjust to their diagnosis. The
impact goes beyond those who have a musclewasting condition; families and carers also live
with its effects. We want to see better support for
people’s psychological needs from the point of
diagnosis and at every stage thereafter.
Supporting independent living
We help people to live well with their condition
by providing information, practical advice,
advocacy and support on the phone, online,
through our specialist information and advocacy
officers, and through our local Muscle Groups.
We know that there are big challenges ahead
as local authority budgets are squeezed and
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the changes to welfare make it more difficult to
access the benefits to which people are entitled.
We will ensure that people get the support
they need and help fight on their behalf where
necessary, seeking to overturn unfair decisions.
Access to the right technology
Access to the right technology is important
for people with limited mobility, and we know
that it can help people manage their condition
and improve both their quality of life and
their independence. People want affordable
technology that will enable them to take up
employment and education opportunities and
engage in their local communities to live their
lives to the fullest.
Using digital technologies across apps and all
online platforms, we will significantly increase
our reach and support of people with musclewasting conditions. For those who are not able
to travel to our events and groups, our online
forum can be a valuable way to connect with

others, share experiences and talk about the
things that matter to them, improving mental
health and reducing isolation.
Changing communities
We support those who want to take action to
change the communities around them so that
the barriers they face to living independently
are removed. Through Trailblazers, our young
people’s campaigning group, we press the rail
companies to ensure disabled people can travel
when and where they want to, we urge bus
companies to ensure wheelchair users can travel
safely, and we encourage the aviation industry to
take accessibility seriously.
Sport, leisure and exercise
We will work to remove the barriers that people
face so they can enjoy the activities that they
love and that help them live healthier and more
independent lives.

HOW WE WILL SUPPORT PEOPLE TO LIVE WELL

Our objectives for living well with muscle-wasting conditions
Mental health matters

Supporting independent living

Access to the right technology

We will:

We will:

We will:

• launch a new campaign to improve access
to NHS psychology services, based on the
findings of the parliamentary inquiry, and
use our influence to boost funding towards
these services being a key part of the multidisciplinary team at muscle centres
• improve our direct support to people affected
by muscle-wasting conditions, including
their families and carers, by launching a new
virtual clinical psychology service for parents
and carers of children with muscle-wasting
conditions, as part of a two-year pilot and
training our helpline team to respond more
effectively to relevant mental health issues
• work with health professionals so they are
trained to understand the mental health
needs of people living with muscle-wasting
conditions
• reach out to people through awareness
campaigns to make sure that everyone
affected by a muscle-wasting condition
knows that they are not alone and can turn to
Muscular Dystrophy UK for help and support.

• support people to live well in their
communities by linking them up with
our local group and support network and
training volunteers who will drive Muscular
Dystrophy’s UK’s local support services
• have high-quality accessible support for
everyone affected by muscle-wasting
conditions, on the phone, online and face-toface, so that through our signposting, training,
advocacy and co-ordination, they will be able
to access wider health, housing, education
and care services.

• use technology to further research and
improve health outcomes for people living
with muscle-wasting conditions
• develop strategic partnerships with
companies at the forefront of assistive
technology, and explore wearable devices
that will assist research and condition
management
• help people buy specialist equipment and
assistive technology that will make life easier
and help them stay independent.
• grow our online interactive forum as the
place to go to for information, support and
advice, where users will be able to download
information, search for local services that can
help them manage their condition, and talk to
others about the things that matter to them.
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HOW WE WILL SUPPORT PEOPLE TO LIVE WELL

Changing communities

Sport, leisure and exercise

We will:

We will:

• seek to close the disability employment gap
and continue to provide work experience
opportunities both at Muscular Dystrophy UK
and in other organisations
• continue – in partnership with the Changing
Places consortium – to press for more fullyequipped Changing Places toilet facilities
so that people affected by muscle-wasting
conditions, and their families, can get out and
about without worrying about the location of
the nearest facility.

• build our understanding of what individuals
and families affected by muscle-wasting
conditions say are the benefits that sport,
leisure and exercise offer them, and how
these activities help them live healthier and
more inclusive lives, so we can identify where
Muscular Dystrophy UK can make an impact
and what we can do in partnership with
others
• look for enterprising partnerships to increase
access to sport, leisure and exercise, and
remove the barriers that prevent people from
using sport and leisure facilities so they can
get involved in the activities of their choice
• provide evidence-based advice on the most
suitable exercises for people living with a
specific muscle-wasting condition
• promote access to the increasingly popular
sport of Powerchair football, in partnership
with the Wheelchair Football Association and
the Scottish Powerchair Football Association.
MDUK is a key supporter of Powerchair football, the
fastest growing disability team sport in the UK
Photo © Roger Moody
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Raising money for better lives
We will raise more money than ever before to ensure more people with musclewasting conditions can enjoy better lives every day. Not only will we be charity
leaders in fundraising innovation, we will also raise funds in a way that builds
public trust in what charities do and how they do it.
We will encourage and support those who want
to join us, using their generous offer of time,
talent and money, in the most effective way
possible. We will make sure that everyone who
wants to support us, including volunteers and
campaigners, can do so alongside those who
want to change their communities.
Above all, we will ensure all those who support
us have a good experience , and know how
grateful we are – because, without you, we
couldn’t do what we do.

Without you, we couldn’t do
what we do.
Thank you.

#TeamOrange runners
Photo © Kii Photography
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Helpline: 0800 652 6352 (Mon-Fri, 8.30am-6pm)
Research Line: 020 7803 4813
Head Office: 020 7803 4800
Fundraising hotline: 0300 012 0172
info@musculardystrophyuk.org
www.musculardystrophyuk.org
@MDUK_News

@musculardystrophyuk

/musculardystrophyUK

Our work relies on voluntary donations from individuals, groups, companies and
grant-making bodies. We receive no statutory funding.
Registered Charity No: 205395 and Scottish Registered Charity No: SC039445
Registered office: Muscular Dystrophy UK, 61a Great Suffolk Street, London, SE1 0BU

Information is correct at the time of going to print: October 2018
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