
INSPIRATIONS SPRING 2014

A NEW NAME…

50281 JENNTRUST_INSPIR 20PP  02/04/2014  12:04  Page 1



A new name for The Jennifer Trust
An introduction to our new name and logo

The woodland and The Jennifer Macaulay Fund
A new project to remember Jennifer and Anita

The practicalities
Information on the implementation of the name
change within the charity 

Support Services
Find out more about the services we can provide to
support individuals and families

Family views of Outreach
Louise and Gurdeep share their experiences 
of Outreach

A family perspective of Trophos
What is it actually like for those taking part 
in a clinical trial?  Les and Jill share their
experiences of their son, Martin, who took part in
the Trophos trial

Clinical Trial results
The latest research outcomes from the Trophos and
Isis clinical trials

The SMA Patient Registry
Details on the UK SMA Patient Registry which is a
database of genetic and clinical information about
people affected by SMA

SMA Scientist Q & A
An interview with Francesco Muntoni of University
College London; a clinician and scientist who set up
the first SMA clinic in 1995

Current Fundraisers
Find out more about our current fundraisers who
are organising some amazing events in 2014

New Events
An introduction to our brand new events for 2014

Thanks to…
An overview of the fantastic support we have
received over the past 6 months

Please write to:
Inspirations, 
SMA Support UK, 
40 Cygnet Court, 
Timothy’s Bridge Road,
Stratford-upon-Avon, 
CV37 9NW 
or email office@jtsma.org.uk

04
06

07

08

09

12

10

14

15

16

17

18

In this issue

02

Inspirations is Spinal Muscular Atrophy Support
UK’s magazine. We are always interested in your
comments and welcome potential contributions
for future editions. We reserve the right to edit
material prior to publication. The views expressed
in this magazine are not necessarily those of
Spinal Muscular Atrophy Support UK.
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NAIDEX - NEC, Birmingham  
Tuesday 29th April - Thursday 1st May

Naidex is the UK's largest disability, rehabilitation 
and homecare event with over 300 exhibitors
featuring the latest products and services to aid
independent living. Free entry.

See www.naidex.co.uk/national for more information. 

The Big Event - EventCity, Manchester 
Friday 16th May - Saturday 17th May

Motability’s free event provides the opportunity to
see the largest display of vehicles for disabled
people in the UK.

For more information about the Big Event 
and 4 regional ‘One Big Day’ events 
(Bluewater, Exeter, Derby and Harrogate), 
visit www.motability.co.uk/whats-on-and-get-
involved/one-big-day/ 

Families of SMA Conference - Gayford National
Resort & Convention Center, Washington DC 
Thursday June 12th - Sunday June 15th 

The largest conference in the world for individuals
and families affected by SMA, and health and social
care professionals. Conference for SMA researchers
runs in parallel with the family conference.

For full details of the conference programme, 
venue and booking details visit
www.fsma.org/FSMACommunity/Conference/ 

Kidz South - Rivermead Leisure Centre, Reading
Thursday 12th June 2014

Exhibition dedicated to children with disabilities and
special needs, their families, and the professionals
who work with them.  Free entry.

www.disabledliving.co.uk/Kidz/South 
for more information. 

SMA Support UK’s Conference
Ettington Chase Conference Centre, Warwickshire
Saturday 28th June - Sunday 29th June 

Bookings are open for our Saturday 28th June
Conference, a day of information, workshops 
and opportunities to share experiences and 
Sunday 29th June Social Get-Together. 

Early bird discount available for bookings 
received and paid for by April 30th 2014.

All bookings close on 31st May 2014. 

www.jtsma.org.uk/conference2014 
for more information.

Diary Dates  2014

Disability Awareness Day - Warrington
Sunday 13th July

Billed as the world's largest 'not for profit' 
voluntary-led disability exhibition of services and
equipment to enable disabled people to stay
independent; also showcasing the achievements of
disabled people in the fields of arts, entertainment
and sports.

For more information,
www.disabilityawarenessday.org.uk 

Kidz Scotland - Royal Highland Exhibition Centre,
Edinburgh
Thursday 11th September

New venue for the popular Kidz exhibition presented
by Disabled Living. Free entry and accessible parking. 

For more information,
www.disabledliving.co.uk/kidz/scotland
Tel: 0161 6078 200

FUNDRAISING EVENTS
NightRider 2014 - London
Saturday 7th June - Sunday 8th June

Set off from either Crystal Palace or Alexandra Palace
and follow a 100km circular route past over fifty of
London's most famous landmarks, exploring the city
by bicycle at night!

Call the office or visit our website to find out more
www.jtsma.org.uk/event220.html 

Fright Hike 2014
Dates and locations to be confirmed

This event has been re-launched for 2014 to promote
this unique event courtesy of Global Challenges. 
They are a series of 30km treks set in various
locations around the UK with some spooky surprises
along the way! Book before the 31st May to get your
early bird discount and pay only £22 to register!

If this sounds like the event for you then give us a call
at the office or visit our website to find out more
www.jtsma.org.uk/event202.html 

EQUIPMENT GRANTS
We are planning to pilot a small equipment grant
fund in July 2014. Further details will be announced
via our e-news and website in June.
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Why a name change? 

The Jennifer Trust is one of many small charities

operating in a crowded market and fighting for a

limited amount of funds. Like many other charities,

we have closely reviewed how we can best present

ourselves to those who might need to use our

services and to those who might support and fund

us.   The main reason to change the name is to give

greater prominence to the condition, Spinal Muscular
Atrophy.   This is particularly important so that

individuals and families faced with a new diagnosis of

the condition can more easily find us. It is also

important for our fundraising team, who need a name

which at first glance gives as much information about

the charity to potential donors as possible.

Finding a new name

The trustees and staff members have worked for

more than a year with two experts in branding and

communications who gave their time and effort for

free.  They looked at a whole range of names to find

one which would do three things:

- display the name of the condition clearly;

- describe the work done by the Jennifer Trust; 

- give a better sense of the warmth 

and connection currently transmitted in the 

name 'The Jennifer Trust'.  

Everyone agreed that the primary focus of our 

work is support; this support is offered to individuals

and families, the health and social care communities

through information and support services and also 

to the research community through our funding 

and collaboration, which we offer across the whole 

of the UK.  

When the best two names which fulfilled these goals

were agreed, we consulted our members (people

who have signed up as voting members of the

organisation) and a cross section of other people

who support us and people we support. We asked

them to vote on which should be the new name, 

with the overwhelming majority choosing 'Spinal
Muscular Atrophy Support UK' which was also the

preferred choice of the staff and trustees.  

We believe the new name describes the condition

and the main focus of the work we do while making

it clear that wherever you are in the UK, we are there

for you.   It was agreed that the existing 'Help for
Today, Hope for Tomorrow' strap-line should remain

as it complements the name very effectively. 

Our new look

Once the name was agreed,

our volunteer consultants

found designers to come up

with a variety of logos to

consider.  Again, trustees

and staff were consulted and we finally agreed on the

logo you see on the cover. The curves represent

supportive hands or arms - the ‘help for today’; the

unfurling wave represents the new work and research -

the ‘hope for tomorrow’. We believe it is a warm and

welcoming image for all those whose lives are affected

by SMA, whatever, their specific diagnosis, their age 

or their connection.  But it is also strong and

distinctive, and in combination with the new name 

and the continuation of the previous strapline, it will

ensure our charity makes a visible 

and lasting impression.

We will have two versions 

of the new logo: blue for

support services, research and

our corporate side; magenta 

for fundraising.

'The Jennifer Trust for Spinal Muscular Atrophy' is changing its name to 
'Spinal Muscular Atrophy Support UK’.  The decision has been made after a long
period of research and consultation.  We will continue with the same work, but will
be transferring across to our new name between now and our conference in June.
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Remembering where we have come from

The trustees and staff have been

clear throughout the process, and

this was reinforced from the feedback

provided during the voting process,

that despite a change of name we

wanted to ensure that we did not

forget Jennifer and the commitment of her mother

Anita Macaulay who started the Jennifer Trust 28

years ago after her daughter died of Spinal Muscular

Atrophy Type 1.   Those closest to Anita have told the

trustees that they are sure she would have supported

the change of name.  Her son, Stuart, wrote:

I came to the conclusion that this 

was a question of reaching out; 

that JTSMA could reach more families

and obtain more funding under a

different name. I remembered how important the

charity’s support-role was to my Mum and why she

set the charity up: because there was no support

group for her to turn to. I thought of the people who

might not be reached by the charity under its current

name, and how the charity could gain more money

to provide more support to those it is already in

contact with and increase awareness of

the charity... I have no doubt my Mum

would have supported the change of

name in the charity."

The staff and trustees have discussed how best to

remember Anita's drive and vision in establishing and

developing the charity.  We are planning to set up a

website area dedicated to Anita and Jennifer and to

create ‘The Jennifer Macaulay Fund’ to support

specific areas of our work. 

We also have plans in place to dedicate a piece 

of woodland and name it ‘Jennifer’s Wood’.  

At the centre there will be a wooden carved notice

board outlining the history of the charity and Anita’s

role. It will also acknowledge other key people who

have supported the charity over the years. 

The staff and trustees are excited

about the new name and logo.

The chairman of trustees,

Jonathan Griffith, says

The decision to

change the name

of the Jennifer Trust which is so well

respected and we are all so fond of 

and familiar with was never going to be easy.

Nevertheless I believe we need to put ourselves in

the best position to raise awareness and support for

those impacted by the Spinal Muscular Atrophy

condition. Our new name Spinal Muscular Atrophy

Support UK I believe will allow us to do just that, 

and expand and build on all the

excellent and successful work we 

have achieved over the past 28 years.
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This fund has been set

up in memory of

Jennifer who died of

SMA Type 1 in 1985 and

her mother Anita who

founded the Jennifer

Trust. It will be open for

donations from 8th

April 2014. It will be

administered by Stuart

Macaulay and the Chair

of the Spinal Muscular

Atrophy Support UK

Board of Trustees, or

delegated trustee, and

another trust member.

At regular intervals, the Managing Director of Spinal

Muscular Atrophy Support UK will present the Fund

administrators with a range of possible projects.

These may be about research, services or, for

example, equipment grants which we plan to 

pilot later this year. The Jennifer Macaulay Fund

administrators will allocate the funds. A report of 

the allocation will be available to fund donors.

Along with the woodland we wish to leave a lasting

legacy of Jennifer & Anita and we feel that this fund

will do this. This fund will be built into the website to

allow online donations.

Introducing the NEW Jennifer Macaulay Fund

With all the changes we are making with regards to

our brand we feel it is essential that we a have unique

reminder of why Anita started the charity in the first

place. With this in mind we have secured two acres

of accessible woodland in the Stratford upon Avon

area courtesy of The Heart of England Forest Project.

We have named this plot ‘Jennifer’s Wood’ as a

lasting land based memory that people can visit at

any time. 

We are now in the process of commissioning a

handmade, locally sourced wooden notice board

with matching benches and partial shelter. This will

leave a lasting legacy so that the first 28 years are

never forgotten and so that we do not forget how 

we came to be.

The land has been secured as a donation and is 

part of 1000+ hectares of woodlands across

Warwickshire that has been safeguarded for future

generations. The work being carried out to create 

the bespoke commemoration structure will use ring

fenced funds specifically generated to complete 

this very specialist task.

The map shows the location of the woodland, access

and the likely location of the structure.

The grid reference is: 52°15'49.6"N 1°51'38.9"W

Jennifer’s Wood
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Our name change will take place between April 

and June 2014. We hope to have it completed by

Conference on June 28th 2014. We will start to use

our new name when we answer the phone from April.

We have run down all our stocks of information

brochures. We will start to use ones with our new

name from April. For the first six months they will all

say ‘formerly The Jennifer Trust’ so that people can

see the link.

The website will change over to the new name by

June. People will find us whichever name they look

up. Both names are already linked and will continue

to be for a minimum of one year. This will mean that

people will be automatically forwarded to our

updated website.

The Practicalities

Some Key Milestones

If you have completed a Gift Aid form, all your

contact details will be carried across. We will not 

be changing our bank or account details. So if you

are a committed giver, an Angel or Inspirations Fund

holder or are signed up to the Weather Lottery, 

you won’t need to do anything. Any donations will

still come through to us. In due course we will ask

people to change the name of the organisation on

any future documents.

If you have Collection Tins we will send you new

labels to replace the old ones. We will do this in April.  

We will be using a new email set up from mid-April

but don’t worry, if you use the old version it will

redirect you to the new one.

1986

1987

1988

1989

1991

1997

2006

2009

2011

2012

2013

The Contact Family
Network established

(now The Peer 
Support Network)

First National
Family Conference

First Contact Family Co-
Ordinator appointed thanks to
funding from Children in Need

JTSMA website established

Heather Brown, 
now General

Manager, retires after 27 years
of dedicated volunteering 

and work for the Trust

Route Map for 
SMA Type 1 published

Accredited to the 
Information Standard

Heather Brown
appointed as first

staff member

Outreach Project awarded
the National Lottery

Award for Best Health Project

Two Outreach
Workers appointed
thanks to funding
from The Lottery -
Community Fund

New Q&A Peer
Support Service
introduced, with

web-based training
for volunteers

First Edition 
of ‘Holding Hands’ 
(became Inspirations 

in 2007)

First European SMA
Groups Conference

hosted by the JTSMA

Appointment of Research
Correspondent

Funding of the 
SMA Patient Registry
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Each year around 100 new families, young people or

adults with the condition contact us for information

and support. Another 150 who have been in touch in

previous years also ask for further support. Additionally

we are contacted by their relatives and friends and the

health, social and education professionals who support

them in their local communities. 

Our small experienced and qualified

support services team

offers free:

• information

• emotional support

• practical advice 

and guidance

This may be by phone or email.  We can also 

home visit when someone is newly diagnosed or is

facing a particular issue that is better talked through

face to face.

Although no two people with SMA are the same,

people we support tell us that contact with others

who understand the emotional and physical impact

of receiving a diagnosis of SMA or SMARD, or who

have themselves tackled a specific issue such as tube

feeding, housing adaptations or access to work, can

be very helpful. That’s why our nationwide team of

Peer Support Volunteers is available to support

others. Our Peer Support Coordinator can post

questions to them or put people in contact by phone

or email. Each of our Peer Support Volunteers is

affected by SMA in some way, be it themselves or a

family member.

We also have an area of the website called SMA

Voices where people share their experiences. 

www.jtsma.org.uk/SMAvoices.html

The Trust is accredited to the

Information Standard, an NHS

England programme for all

organisations producing health

and social care information for the public. This means

that information we produce has to be clear,

accurate, balanced, evidence-based and up to date.

The team is constantly reviewing and improving our

information publications, all of which can be

accessed via our website. 

www.jtsma.org.uk/aboutsma.html

The team sends out toy packs for babies who are

newly diagnosed with SMA Type 1 or SMARD, and

can also access the Trust’s Flexible Response Fund

for items of equipment such as car seats that cannot

be provided by health funds. They organise social

events so that people can meet up and information

opportunities such as this year’s Conference.

We post details of any current campaigns that people

may wish to support on our home page noticeboard

and put people in touch with organisations wanting

to consult the SMA community.

We do not provide a medical service or medical advice

- this must come from people’s own medical team.

The team can be contacted on 01789 267520 or at

supportservices@jtsma.org.uk

In the UK, approximately 100 children are born with SMA each year. At any one time
there are thought to be up to 1500 children and adults with SMA. We are in touch
with around 1000 living with the condition and some 500 families who are bereaved.  

What do we do?

www.smasupportuk.org.uk
@SMASupportUK

We can send you Inspirations by email. If you would like to go

green and help us cut costs, please send your email address 

to office@jtsma.org.uk and receive an electronic copy.

Support Services
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Louise is mother to Charlie who 
has SMA Type 1

Louise Johnston’s view

Focus on Outreach

It was at our initial

diagnosis appointment,

when we were told

Charlie has SMA Type 1,

that we were given

information about 

The Jennifer Trust. 

Our paediatrician told

us how the Outreach

Service could help 

us learn more about

our child's condition

and how it supports

families just like ours. 

Our first visit from the Outreach Worker was

extremely useful. It was all so new for us and such a

troubling, confusing and daunting time. She made us

feel so much more at ease and explained in detail

about SMA Type 1, how The Jennifer Trust could

support us and, most importantly, made us feel that

we weren't alone in all of this. 

What was particularly useful was the amount of

information and help she gave us regarding

equipment, activities we could do with our son, and

basically advice on what it's like caring for a child

with SMA Type 1. Even more, it was nice to be able to

talk about what we were going through to someone

with total understanding regarding the condition.

The comfort of not feeling like you're alone in all of

this was amazing. The amount of help and advice has

helped get us through those dark moments and for

that we will forever be truly grateful. 

Generously funded by 
the Big Lottery Fund

www.smasupportuk.org.uk
@SMASupportUK

We can send you Inspirations by email. If you would like to go

green and help us cut costs, please send your email address 

to office@jtsma.org.uk and receive an electronic copy.

Gurdeep Kasba lives in his own home
and has SMA Type 2

Gurdeep Kasba’s view

I have known about the Jennifer

Trust for Spinal Muscular Atrophy

for many years and it has been a

place where I have had really

good support and advice over the

telephone. It’s only recently that I

heard that, if I needed, one of the

Outreach Workers will visit. 

This has been really helpful for me. It makes such a

difference to have face to face contact with someone who

understands about SMA and has experience of meeting

other people with SMA. Although I have contact with lots

of professionals, often they haven’t come across anyone

else with the condition.

I have had good support from a local Social Worker

but once an issue has been dealt with, such as support

to set up direct payments, your case is closed. If I then

need more support, I have to be referred again and I’ll

probably be given a completely different person. I can

contact the Jennifer Trust and the Outreach Service

any time. Although I may not speak to exactly the

same worker, it’s a small team and they all know about

SMA and what information and support might help.

I have had such good support from the staff in the Trust’s

Support Services Team. They helped with a supporting

letter for funders for a new powered wheelchair and have

also given me information about the “bedroom tax”.

When the Outreach Worker visited, she arranged a

conversation with my local Council which helped me to

understand the bedroom tax even more. As a result, we

had a meeting with me, the council and the local landlord

and I hope the charges will be reduced!

When my current wheelchair (which is now quite

old) broke down it was sent away for repair. 

The Trust’s team spoke to the wheelchair company.

They explained about SMA and made the repairer

understand how urgent it was.  That made it easier

for me to communicate directly with the repairer.

The Trust also helped me to plan with my carers how

to meet my care needs when I didn’t have my chair.  
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How did you hear about the trial? And how did you
make the decision for Martin to take part?

Information about the trial first came to us from the

Patient Registry – nearly three years ago now.  

It looked interesting so we talked to Martin about it.

We saw that Great Ormond Street Hospital (GOSH)

was one of the centres for the trial and this is where

Martin was due to go to in about 3 weeks time for 

his regular SMA clinic.  So we rang the people

organising the trial and they arranged to come and

speak to us, with Martin’s consultant present during

that appointment.  Martin’s consultant agreed that he

should be suitable for the trial so they both talked to

us about how the trial would work.  If he decided to

go ahead, Martin would be one of a ‘team’ of over

150 children and young people taking part in the trial

at different centres across Europe. 

They gave us lots of written information to take

home and read.  There were pages and pages,

including lots about the possible risks.  Because the

drug had already been used for people with some

other conditions, it went into detail about how some

people had reacted badly to the drug – but we could

see this was in different situations and for much

bigger doses than they were going to use in this trial.

Martin was keen to help find a new treatment, so we

all agreed to go on to the next stage.

Our next meeting was at the Somers Clinical

Research Facility at GOSH.  The trial co-ordinator

told us that the aim of the trial was to see if the

medicine had any effect on the nerve cells.  She

explained to Martin that the medicine wouldn’t cure

SMA.  If nerve cells were already ‘dead’, then the

drug wouldn’t do anything. However, they wanted to

see if the drug could help preserve ‘healthy’ nerve

cells and / or make ‘sick’ nerve cells stronger.  

The trial would run for 2 years, so if he took part

Martin would have to take a teaspoon of medicine 

or placebo dissolved in sesame oil, every day, 

for 2 years.  It was a double blind trial, so none of us

(not even anyone at the centre) would know if Martin

was taking the drug or the placebo until the end of

the study.  They reassured us, though, that if they

were worried about the safety of the drug at any

time they would tell us immediately.  Also, Martin

could leave the trial at any time, for any reason, but

they would still need to follow him up for a while.

They explained that they’d do a series of medical

tests (including muscle function, lung function, heart

function, blood pressure, infection control swabs,

temperature) to check it was safe for Martin to take

part and to get a baseline, then we’d need to come

back every 3 months and repeat these.  The only one

that caused a problem was the blood test - Martin

hadn’t had one before and wasn’t at all keen!  The

physio sessions were more fun and they measured

motor function by tests like picking up coins, lifting

weights and tracing round shape outlines.

Les and Jill contacted us to let us know that their son, Martin, had taken part in the
Trophos trial (see page 12) and generously agreed to share their experiences with
us.  Martin has SMA Type 2 and was 11 years old when the trial started.
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You say that the trial lasted 2 years and you had to
go back every 3 months during that time.  How did
you find that sort of commitment? 

Each appointment meant us catching a 6.30am train

so that we were in time to spend 2 - 3 hours of the

morning at GOSH.  Martin wasn’t too happy that he

had to be starved the night before, but once the

blood test was done he could have a sandwich.  

The 3 monthly schedule wasn’t as bad as it sounds.

Martin didn’t miss that many days of school - a lot of

the time it fell in the holidays and it didn’t have to 

be the same day each time, as there was the 

flexibility to choose dates within a 2 - 3 week

window.  Workwise we managed with flexi-

arrangements.  We weren’t out of pocket as the drug

company paid our travel expenses (train and taxi) to

the trial appointments.   

We got away on holiday too. When we went abroad

the drug company arranged the extra health

insurance we needed and made sure we had a list of

contacts for any emergency or concerns.  The drug

was in liquid form so we had to put it in our suitcase.

We also had to carry a letter from the doctor

because it was an unlicensed drug and we didn’t

actually know what was in it.  We’re not sure what

we’d have done if they’d taken it for testing.

One of the hardest things was remembering to

record everything.  If Martin took anything at home,

like aspirin or antibiotics, we had to record the date,

time and dose to feed back.  We also had to note if

Martin ever forgot to take the medicine, if there was

any change in his well-being, if he was lethargic or if

he had any coughs or colds - and report all this back

at our next session. 

Fifteen months into the trial, Martin’s appointment

for spinal surgery came through.  He had to stop

taking the trial medicine a month prior to surgery.

Unfortunately the surgery was then postponed, so he

ended up not being on the trial medication for 4

months.  The anaesthetist needed to know that he’d

possibly been on the drug, in case of potential

interactions.  If they had predicted that Martin would

have needed spinal surgery within 6 months of

starting the trial, he would not have been eligible, but

as it happened, it was ok to take the break.  

Now that the trial has finished and the results have
been reported, how do you feel about the process?

Overall it’s been a positive experience for all of us.

We always took the opportunity to make a day out of

it in London on the afternoon of the appointments, so

we’ve done lots of sight-seeing.  We’ve been on the

cable car and seen the Olympic rings near Tower

Bridge, visited the museums and Covent Garden and

seen shows like ‘We Will Rock You’.  

Martin finished taking the medicine last August, but

because others were signed up to the trial over a

staggered time, we couldn’t be told whether he was

on the drug or not until all the results were in.  We

found out just today that Martin was actually taking

the drug rather than the placebo and he’ll be pleased

about that - as he said himself, “I can eat cooking oil

and flour at home if I want, without all the extra

hassle!” but he did understand that some people had

to be on the placebo.  

It’s hard to say whether

we’ve noticed any major

changes in Martin from 

a day-to-day point of

view - it’s difficult to

judge when you’re with

him all the time and

other major events like

the spinal surgery have

come into it.  It would 

be interesting to see the

details of the muscle

function and other tests.

We do feel that while

Martin’s been on the trial,

he’s been under excellent observation and care and

we had instant access to a dedicated team if there

had been any problems at all.  It’s also got him over

his fear of needles - he just takes blood tests in his

stride now.  Taking part in the trial was also one of

the reasons he was nominated for, and won, the Child

of Courage 2013 at the Pride of Essex Awards.  We

didn’t get to meet any other SMA patients on the

trial, but Martin hopes this trial will help others in the

future and we definitely all feel proud that he’s

contributed to this research. 
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The French pharmaceutical company
Trophos has announced positive
results from a two year-long Phase II
clinical trial of the drug Olesoxime in
SMA patients.

Specifically developed as a potential treatment for
SMA, Olesoxime has been shown to protect nerve
cells from damage in cell culture, while improving
neuronal growth and function, indicating that it may
be beneficial to patients with SMA.

Results from a small-scale Phase I trial and early Phase II
safety testing indicated that the drug was safe and well
tolerated in both healthy volunteers and SMA patients.

The latest results show that Olesoxime provided a
beneficial effect on motor function in SMA patients
compared to the placebo-treated group. Patients
receiving the placebo displayed a progressive loss of
muscle function typical of the disease, as assessed by
the Motor Function Measure (MFM) functional scale.
However, patients treated with 10 mg/kg Olesoxime

ISIS Pharmaceuticals has provided this update on
interim results from Phase II trials of their gene therapy
drug ISIS-SMNRx. The two trials, one in infants with
SMA Type I and the other in children with SMA Types II
and III, are both open-label studies designed to test
multiple different doses of the treatment.

ISIS-SMNRx is an antisense oligonucleotide that
targets the SMN2 “backup” gene, encouraging it to
produce more survival motor neuron (SMN) protein
in order to replace at least some of what is missing in
SMA. Mouse models of the disease have shown great
improvements in motor function and survival when
given the drug, suggesting that ISIS-SMNRx has
considerable potential as a treatment for SMA.

In the Phase II trial in SMA Type I patients, doses of
either 6 or 12 mg are being administered into the 
spinal fluid. All four infants given the 6 mg treatment
(three administrations) have not required permanent
respiratory care during the testing period. These
infants are now eligible to receive a fourth dose of 
12 mg, six months after their final 6 mg dose. The four
infants range from about nine to 16 months of age with
an average age of just over one year, and have been
participating in the study for over six months. Nine
additional infants are currently in the 12 mg cohort and
have received at least their first dose.

In the second trial, children with
Type II and III SMA have received multiple doses of 3, 6, or
9 mg of ISIS-SMNRx, with a higher dose group of 12 mg
having recently been incorporated into the study. Those
who were given one of the three lower doses are now also
eligible for an additional 12 mg treatment in an extension
study. Dosing of the 3, 6, and 9 mg groups is now
complete, and the first 12 mg treatments have started.

The interim report suggests that ISIS-SMNRx is able
to increase muscle function on the motor function
scale, the Hammersmith Functional Motor Scale-
Expanded (HFMSE). Importantly, the observed
improvements were both time-dependent and dose-
dependent, meaning that the longer a child was
treated with the drug and the higher the drug dose,
the better the HFMSE score. Additionally, the levels of
the SMN protein measured in the cerebrospinal fluid
were also shown to correlate with time and dose.

The data collected from these trials so far indicate
that ISIS-SMNRx is safe and well tolerated at all
tested doses, and that the drug may positively affect
the course of the disease. Dependent upon the final
outcome of these Phase II studies, Phase III clinical
trials are planned for later this year.

For further information go to
www.jtsma.org.uk/article1211.html

Isis Pharmaceuticals Announces Interim Results 
of ISIS-SMNRx Phase II Trials 

Trophos Announces Positive Olesoxime Phase II Trial Results

showed little decline and fewer disease-related
complications over the 24-month trial.

Additional outcome measures were recorded as secondary
indicators of therapeutic benefit, the results of which were
consistent with the MFM scores and Olesoxime providing a
positive effect on disease progression.

The Phase II double-blind trial of Olesoxime included
165 Type II and non-ambulatory Type III SMA patients
aged 3-25, and was performed across 22 centres in
seven different European countries. Olesoxime was
administered daily in liquid form, facilitating oral
delivery to young children, and patients were
assessed every three months during the study.

These results are promising, and provide sufficient
evidence for further testing of Olesoxime as a
potential treatment for SMA, something that Trophos
has reported it is currently pursuing.

For further information go to
www.jtsma.org.uk/article1212.html
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Research led by Thomas Gillingwater (University of
Edinburgh) has identified an important and
potentially treatable consequence of reduced levels
of the survival motor neuron (SMN) protein.

SMA is caused by mutations in the SMN1 gene, which
results in the low levels of SMN protein seen in SMA
patients; however, scientists have been unable to
pinpoint the exact downstream events that
ultimately lead to the loss of lower motor neurons
observed in the disease.

Using a number of different animal models, this latest
study coming from the Gillingwater Laboratory
highlights an important cellular process as being
impaired in SMA-affected animals.

Different cells and tissues require very precise subsets
of molecules (including proteins) at distinct stages in
order to carry out their specific functions. Once
produced, these molecules must be constantly recycled
and degraded to ensure that unwanted substances do
not accumulate and that cells can function at their best.

A protein vital for this “housekeeping”
process of molecule degradation was
consistently reduced in SMA models. This resulted in a
build up of a second molecule called beta-catenin,
which was determined to be at least partly responsible
for some of the neuromuscular symptoms reported in
the disease models.

The researchers then went on to show that a plant-
derived chemical called quercetin, which targets and
reduces beta-catenin levels, was able to improve nervous
system-specific defects in all of the animal models tested.

Unfortunately, quercetin did not halt disease progression in
all of the inspected tissues, which was likely due to a lack of
beta-catenin build up outside of the nervous system.

Nevertheless, this work identifies an important
regulator of pathology in SMA, and highlights
quercetin as having potential to treat the
neuromuscular symptoms in SMA patients.

For further information go to
www.jtsma.org.uk/article1213.html

New therapeutic target for SMA identified

Antisense Oligonucleotide
Short piece of DNA or RNA with a
precise sequence of nucleotides
(DNA/RNA building blocks) that can
specifically bind to messenger RNA
(mRNA) of choice, which can in turn
affect the expression of the gene from
which the mRNA was produced.

Cell Culture
The process of growing cells obtained
from a multicellular organism (including
humans) in Petri dishes under
controlled conditions in the laboratory.
Cells can be manipulated to study
mechanisms and processes involved in
disease and test potential therapies.

Cerebrospinal Fluid (CSF)
A clear, colourless liquid produced by
the brain that acts to protect the brain
against mechanical and immunological
insults. The concentration of
administered drugs can be assessed in
the CSF, like in blood plasma.

Double-Blind Clinical Trial
A clinical trial in which neither the
participants nor the researchers /
clinicians are aware of which treatment
is being administered.

Gene (Replacement) Therapy
A method for altering, removing or
adding genetic material (DNA) to

correct particular defective genes that
are responsible for the development of
genetic disorders. Viruses are often
used as delivery vessels.

Motor Function
The ability to coordinate and carry out
successful movement.

Motor Function Scale
Sets of outcome measures that are
used to assess physical ability, and thus
monitor changes in disease progression
over time. An example motor function
scale is the Hammersmith Functional
Motor Scale.

Mouse Model
Strain/breed of mouse used to model
and investigate human disease. Model
mice are inbred so as to have the same
genetic background in which to study
the effects of mutations in genes
known to cause disease in humans.
SMA mice are used to learn more about
the molecular and cellular processes
underlying disease symptoms and to
test potential therapeutics before
translation in to human clinical trials.

Open-Label Clinical Trial
A clinical trial in which both the
participants and the researchers /
clinicians know which treatment is
being administered.

Outcome Measure
A gauge of physical ability along a
numerical scale that can be used to
determine patient improvement or
decline over time.

Placebo
An inactive substance often used in
clinical trials to rule out any benefits the
drug being trialled might exhibit simply
due to the recipients believing that they
are taking an effective treatment. 

Survival Motor Neuron 2 (SMN2)
The gene that can modulate the severity
of SMA due to it being able to produce
a small amount of functional SMN
protein. The more copies of SMN2 that
someone has, the more functional SMN
protein they can produce. Patients with
more severe forms of SMA (Type I/II)
usually have fewer copies of the SMN2
gene than patients with Type III SMA.

Survival Motor Neuron (SMN) Protein
Produced from both the SMN1 and
SMN2 genes, the SMN protein is
required for the survival of lower motor
neurons. Complete absence of SMN is
deadly to all different types of cell, but
at low levels, the lower motor neurons
appear to be the most severely affected
cell type.

Glossary of Research Terms
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Research

Agata Robertson is

the new curator for

the UK SMA Patient

Registry funded by

Spinal Muscular

Atrophy Support UK.

She works in

Newcastle with the

TREAT-NMD team. Agata is responsible for making

sure all of the data in the registry is accurate and up 

to date. She is your point of contact for everything 

to do with the registry so please don’t hesitate to 

get in touch with her if you have any questions 

about the registry. You can contact her via 

email: registry@treat-nmd.org.uk or call her on 

0191 241 8617.

The UK SMA Patient Registry is a database of

genetic and clinical information about people

affected by SMA caused by mutation in the SMN1

gene. Promising new treatments for SMA are being

developed and they need to be tested in clinical

trials. When planning a clinical trial, it is very

important that suitable participants can be identified

and contacted quickly. The registry makes this

process easier and faster, it provides all the

information that researchers will need.  

If you register, you will be told about clinical trials

and other studies which you may want to, but don’t

have to, join.  Also, you will receive newsletters with

information relevant to SMA, about latest research

developments and about TREAT-NMD activities.  

The registry also helps doctors and researchers 

learn more about the condition and how many

people are affected by SMA. This information can

help to develop and improve standards of care for

people with SMA. 

You can register online at www.treat-

nmd.org.uk/registry and create an account so that

you can view and update your information at any

time. If a person with SMA is under 16, a parent or

guardian must create an account on their behalf.  

The UK SMA Patient Registry has already been very

valuable for SMA research.  For example, it has

contributed to the planning and recruitment for the

Trophos clinical trial (see page 12) and to the study

looking at the care standards of over 5000 patients

in 24 countries across the world.

If you would like to find out more about the study

looking at the SMA care standards in different

countries across the world you can go to:

www.treat-nmd.eu/resources/patient-
registries/publications/sma/

The SMA Patient Registry
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When and why did you first
decide you wanted to be a
scientist/clinician? 
During my medical degree I got
quite involved in basic research;

I decided, however, that I wanted to apply
information and knowledge to my clinical training, so
right from the beginning I thought a clinician
scientist career was the most interesting for me.

How did you come to work on SMA?
My original neuromuscular mentor, Prof. Victor Dubowitz
(at the Hammersmith Hospital, Imperial College,
London), had a lot of expertise on clinical aspects of
SMA. When I began to work with him I started to enjoy
the clinical exposure to SMA kids (In 1995, I established
for the first time an SMA-dedicated clinic). With the
identification of the survival motor neuron (SMN)
genetic defect, and in collaboration with colleagues with
expertise on RNA, I also started to work on specific
genetic aspects of the disorder in the early 2000s.

What would you be if you weren’t a scientist/clinician?
I really like sailing, whether this would have given me
a living…

If you are not in the lab or seeing patients you are…
At an airport or attending a scientific meeting.

Describe yourself in three words. 
Hard-worker, demanding, fair

What has been the most important moment of 
your career so far? 
The move from Italy to UK in 1993, followed by the
recent move to University College London in 2007

What is your most memorable finding relating to SMA?
Along with other laboratories, demonstrating the effect
that some of the antisense oligonucleotides have in
improving survival and symptoms in severe SMA mouse
models, it is simply astonishing.

What is your favourite conference location? 
I never thought about that! I prefer either very small
(20-30 people) brainstorming workshops (such as
the ones organized by the European Neuromuscular
Centre near Amsterdam) or medium size conferences
(300-500 participants) that meet in a relatively
secluded place to maximise the possibility to interact
with your colleagues. The World Muscle Society
organises this type of annual meeting, with the most
memorable meetings for me probably in Kruger Park
(South Africa) and Iguassu Falls (Brazil).

What is the best scientific advice you ever received? 
To consider using my clinical competencies in child
neurology and in genetics to concentrate on
childhood neuromuscular diseases.

If you could start your career all over again, 
are there things you would do differently?
Not really.

In your opinion, what makes a good scientist?
Be receptive to criticism, as others may see what you
do not. And study, study, study and work, work, work…

Where do you see the SMA research field in the
next 10 years? 
I think the hope that there will be at least some
partially effective therapeutic intervention is now
becoming tangible, so the translational research in
SMA, now at the beginning, is likely to become an
avalanche in the years to come. In parallel, we will
much better understand the function of the SMN
protein, and know more about other genes and
proteins that modify the severity of the condition.
This, in turn, might provide clues for additional
therapeutic interventions, so all in all, I think the next
10 years will be very interesting and rewarding.

Francesco Muntoni of University College London is both a clinician and a scientist. He
set up the first SMA-dedicated clinic in 1995, the year that mutations in the survival
motor neuron 1 (SMN1) gene were identified as playing a causative role in SMA.

Francesco Muntoni Q & A
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In May 2014 Tori is setting off on the trip of a lifetime!

Over 4000 miles she will be visiting 15 countries in 

3 and a half weeks with her electric wheelchair and

adapted vehicle! This is an inspirational challenge 

for everyone and Tori will be raising awareness and

fundraising for us, so please show your support by

donating and following her blog!! 

Donate at: www.justgiving.com/ourSMAlladventure

Follow the trip at:

www.oursmalladventure.blogspot.co.uk/
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Get inspiration from some of our Current Fundraisers and their exciting plans…

Tori Elliott

After losing their son Daniel in

2013, Tony and Sam Popham are organising a series

of events throughout 2014 to raise awareness of SMA

and money for us and Children’s Hospice South West

who both supported them throughout.

There are 9 events to represent the 9 special weeks that

Daniel was with them and they would really appreciate

your support by  participating in events and raising

funds. Even better, why not get a team together? For

info contact Tony at tonypopham77@gmail.com

Tony Popham

Edward James Luckett sadly lost

his fight with SMA on the 14

august last year (2013). His mum

Rachel together with friends and family are hoping

to raise £5000 by September 2014 as 20th would

have been Edward’s 2nd birthday. They have been

extremely busy with cake sales, a ladies pamper

night, junior bake off, and his sister’s school have

held a cake sale and a sponsored silence! Thanks to

Rachel, we have also had support and widened our

network; Lord Williams Upper School in Thame had a

cake sale and memorial walk and raised £50.02

Good luck with the rest of the year Rachel 
and thank you so much!

Rachel Luckett

LOOK
OUT…
For information on what we will 
be doing for SMA Awareness 
month (August) on our website,
Facebook and Twitter…
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We still have places in all 
of our other events

Milton Keynes
Marathon
5th May 2014
With 4.500 acres of woodland,
lakesides, parks and landscaped
areas within the city boundary,
Milton Keynes is the ideal venue
for a Green Marathon.

NightRider
7th & 8th June 2014
See the sights by bike and at a
‘relatively’ peaceful time of the
night! A great team challenge.

British London 10k
14th June 2014
Take in the sights of the vibrant
capital, supported by fantastic
crowds along the whole route.

Big Fun Run series
Various dates and locations
Fun for all the family; a series of 
5k runs to choose from across 
18 UK locations

Bupa Great
Birmingham Run
19th October 2014
Another road race from the 
Great Run series; it is our first
time in this one, so please show
your support and contact us 
for a place!

17

Fundraising

We have introduced some new fundraising events this year to give you even more
fun ways to raise money for SMA Support UK! We would be extremely grateful if
you could participate in one of our events to help raise money so we continue to
provide our services for people affected by SMA. Or spread the word and
encourage friends and family to take on the challenge! 

Introducing our NEW events for 2014!

For more information please visit our website www.smasupportuk.org.uk, 
email the fundraising team at fundraising@jtsma.org.uk or call the office 01789 267520

Garmin Eton
SuperSprint Sunday
Sunday 18th May
Take on this increasingly popular
triathlon event that takes place at
the fantastic Dorney Lake!

Financial Times 
Eton Swim
Bank Holiday Mon 26th May
Don your swimming hat and wet suit
and take to the water at the stunning
2012 Olympics swimming venue.

Wiggle Etape Cymru
Sunday 14th Sept
Wiggle Etape Cymru is one of the most
challenging closed road tests in the UK
which takes you on an epic cycle through
the stunning North Wales scenery.

WildMan
November 2014 (Date TBC)
This is our first off road series
offering the opportunity to take
part in a run or duathlon, set on an
army testing ground!

Lidl BananaMan Triathlon
Saturday 5th July
Go multisport Bananas and take
part in this triathlon with distances
to suit every triathlete!

www.smasupportuk.org.uk
@SMASupportUK

We can send you Inspirations by email. If you would like to go
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to office@jtsma.org.uk and receive an electronic copy.
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Well done to Kelly Fletcher
who organised the first annual
superhero walk in Langley Park in
memory of Lily-Mae, with people
pledging to raise a grand total of
just over £4,000.

A huge thank you to Claire
Headland-Painter for collecting
£439 in sponsorship money from
cycling from London to Brighton.

Thank you to Nottinghamshire Amateur Swimming
Association who have raised money in memory of
Max and Leo Archer

Thank you to St George's Parochial Church Council,
who through their introduction of a Bride’s Charity,
donated £34.89 to the Bride’s choice of charity at
the wedding of Kenneth Whitelaw and Kelly Liddle.

Thank you to Brandon Hire who held a dress down
day and raised money to the value of £179.68

To all the runners who took part in the Big Fun Runs
across the country: Bob Mellor who collected
£66.56, Justine Curry who collected £1,334.13, 
Lisa Bird who collected £24.58, Stacey Young who
collected £103.35 and Sarah Lee who collected £40
as well as the other participants Cody Mannion and
Ethan Nixon.

Well done to Alessia’s Angel Fund who have been
raising money through a raffle at the Top Hat Dance
School to the sum of £400 and thank you to
Santander UK who matched that amount to make a
grand total of £800.

A huge thank you to Nita and Denis Bastock for all
their ongoing fundraising events.

A huge thank you to Trish Sirmen for taking part in
the Birmingham Half Marathon and raising £165 for
the Alessia Wilding Angel Fund. 

Thank you to Paula
Skalycz and her sister Clare
Campbell for taking to the
skies and jumping out of a
plane in a sky dive! They
also went on to collaborate
with Sacred Heart Catholic
College to organise a balloon
release; all in memory of Nicole Skalycz.

A big thank you to Anne-Marie Rodgers and
Valerie Bruce who took on the Glasgow 10k this
October, whilst Anne-Marie's husband Rory took 
part in the Glasgow Half Marathon. All three of them
successfully completed their runs, raising a fantastic
£1,620 in sponsorship all in memory of Anya Rodgers.

Many thanks to Matt Larner who took part in
Movember in memory of Poppy Larner.

Thank you to Vicky Lineton who took
part in the Great Birmingham Run and
raised £250.

A huge thank you to Rebecca Ward
for running the Reading Half Marathon
and raising over £900 so far with
more on its way!

A massive thank you to Alison Holmes who raised a
grand total of £1,292.50 by taking part in a Fright Hike!

To Sinead Trearty for
organising and taking part in
Orla’s Memorial Walk

To the Kenilworth and
Stratford Lions Clubs for
their continued support with
fundraising.

A big thank you to two Asda Stores in Essex who
have donated a total of £400 through their green
token fundraising initiative in memory of Reggie
Marshall.

To Robert Nash who has raised £610 at a fundraiser
at The Red Lion in Lenham.

A huge thank you to all the Great North Runners;
David Elkington, Peter Robson, Nicola Hall and
Nickie Graham who raised £988.91, £635, £324.83
and £107.59 respectively!

A massive thank you to Paul Webdale for taking part
in the Great Yorkshire Run, and all those who have
collected and ‘donated’ stamps!
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Thank You!  

We have been overwhelmed by everyone’s fundraising efforts over the last six
months and would like to take this opportunity to recognise some of the people
who have organised or participated in an event for us. Your support allows us to
continue with our valuable work and also helps to raise awareness of SMA. 

www.smasupportuk.org.uk
@SMASupportUK

We can send you Inspirations by email. If you would like to go

green and help us cut costs, please send your email address 

to office@jtsma.org.uk and receive an electronic copy.
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A huge thank you to all
of this year’s Santa
Runners, Phillippa
Newton who raised
£55.53, Angelina and Nick
Wilding who raised £325,
Tina Williams, Filomena
and Caterina Fontana,
Michael Newton and Joe

McKeever for the Alessia Wilding Angel Fund.

A huge thank you to Mary Fenton for her continued
support fundraising in various different ways
including car park collections and the Santa Run
raising £273.38. 

Thank you to Sam Garland who raised £287.57 by
organising a Halloween fundraiser.

To Craig Adams who took part in Hell Runner and
raised £115 for Oscars Rainbow

A huge thank you to Rebecca Moore and Debbie
Bates who took part in the ‘Back to the trenches’ Mud
Run and raised £837.74 and £149.68 respectively.

A big thank you
to Lisa Griffin
who organised
a fete and
raised
£185.44

A big thank you to Angus
Logan who completed the Nice Triathlon on our

behalf and raised £625

To Emma Clarke-Coxon who ran the Bournemouth
Marathon and raised £288.86.

A huge thank you to Jenny Hall and Maria Prosser
who ran the Cardiff Half Marathon for Freddie and
raised a massive £3,165.31 between them.

To Chloe Anning who completed a sponsored silence
and raised £122.21

Thank you to Ricky Steadman who took part in the
Glasgow to Edinburgh 47 mile cycle and raised £331.22

To Rachel Sykes who ran the Cardiff Half Marathon
and raised £40

To Abigail’s Army (Inspiration fund) who have
organised a variety of different fundraising events,
including Rowan’s head shave which brings their
total to over £3,000 with more events still planned!

A massive thank you to Tony Popham who has
organised and is taking part in nine events this year
to raise funds and awareness!

Thank you to Lindale Methodist Church for raising
£260 by holding a Quiz Evening.

Thank you to
Georgina
Wealleans and
Katie Alderton
for running the
Bath Half Marathon in 2 hours
and 29 minutes and raising a
grand total of £431 in memory
of Zoe Palmer.

A huge thank you to Tori Elliot who is taking part in her
SMA II Adventure to help raise funds and awareness!

A massive thank you to staff and pupils at St Olave’s
and St Saviour’s School Foundation in London for
raising £4,300 from their latest fundraising activity.

To Moulton School and Science College who raised
£2,254.26 by organising charity football matches.

Thank you to all of the other schools that have supported
us over the last few months; Courthouse Junior School,
Creech St Michael Primary School and Lord Williams
Upper School.

To Duff and Phelps Ltd who held a charity raffle and
raised £550.

Thank you to Torvill Dent for your donation of £700
which was for the Millie Sutcliffe Angel Fund.

Thank you to Sellafield for their kind donation of
£500 for our equipment fund.

A huge thank you to DMGT for their
donation of £10,000 to help fund our
information and support services department.

A huge thank you to the Outdoor Sports Company
for their Christmas Festivities which raised a grand
total of £682.

Thank you to Practicus for their
fancy dress day which managed to raise £305.60.

Also, a big thank you to all of our other 
corporate donors for your generous support and
fundraising efforts throughout the last six months -
Bellway, Robert Lugg and Co., Paragon Group and
Renishaw PLC.

Thank You!  
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Contact and Support

SMA Support UK
40 Cygnet Court, Timothy’s Bridge Rd, Stratford upon Avon, Warwickshire, CV37 9NW
Phone 01789 267520   supportservices@jtsma.org.uk   www.smasupportuk.org.uk20

Gift Aid means that for every pound you donate, we
receive an extra 25p from the Inland Revenue, helping
your gift go even further. To be eligible you must be a
UK tax payer. Please tick below to confirm this.

o I agree that all donations I make in the future are eligible for Gift Aid

Please return to:
SMA Support UK, FREEPOST, 
RSKR-XECJ-TSLB, Stratford-upon-Avon, CV37 0BR

Tilly Smiles – The Story So Far:
This book was written by Tilly Griffiths
to inspire all children and families
affected by SMA.

Smasheroo: An uplifting story that
highlights that everyone is different 
and special in their own way, written 
by Hania Myers.

To purchase our books, 
please visit out online shop:
www.jtsma.org.uk/shop

I would like to support the work of SMA Support UK
Name:

Address:

Tel:

Email:

I have enclosed a cheque made payable 
to ‘SMA Support UK’ o

Amount enclosed: 

or Please debit my account o

Mastercard / VISA / SWITCH / DELTA / JCB / SOLO

(please delete as appropriate)

Unfortunately we are unable to accept 

American Express, Electron or Diners cards.

Card number:

Start date:

Expiry date:

Issue number: (Switch cards)

Last 3 digits on the reverse of your card:

Name on card:

Amount to be debited:

Signature:

Date:

If you would prefer to make a donation over the phone,

please call the fundraising department on 01789 267520

www.smasupportuk.org.uk
@SMASupportUK

More about SMA Support UK…
Information and Support
Our small experienced and qualified support 
services team offers emotional support, practical
advice and guidance.

Outreach Services – our Outreach Workers visit
families and offer personalised support and
information on all aspects of living with SMA.

Peer Support Network – our nationwide network of
volunteers all have direct experience of living with
SMA and are available to support others.

Information – we publish a wide range of information
on many aspects of SMA. We can also signpost to
other sources of advice.

Route Map – this comprehensive online resource for
individuals, families and the professionals supporting
them, plays a key role in personalised planning for
people living with SMA.

Multi-sensory toy packs – provide play opportunities
for families with babies newly diagnosed with SMA
Type 1 and are sent out immediately as a request
comes through.

Social Activities – we organise Summer and
Christmas events throughout the UK giving families
and individuals an opportunity to meet informally
and enjoy time with each other.

Research
We draw on our unique position of being connected
with both families and researchers, and work
collaboratively with other organisations that are
furthering research into SMA.

UK SMA Patient Registry – our funding ensures
researchers, medical practitioners, pharmaceutical
companies and families can work together,
particularly where there are clinical drug trials.

Research updates and news – our Research
Correspondent keeps families and the wider 
SMA community up-to-date with latest news 
and developments.

Research Projects – we support the research
community in its widest sense, responding to new
initiatives and opportunities in what is a rapidly
changing environment.

For more information see our contact details.
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