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MDI Board Member Grace Greene pictured with Irish Wolfhounds player
Casey Dunne at a photo shoot to create awareness for MDI (more on page 7)
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Research & Information News & Updates

SMA Research Review
SMA research is at a critical and exciting stage as
remarkable advances have been made in recent
years. According to the SMA Trust (UK), with clinical trials now under way for new therapies and biomarkers in France and the US, there is real hope
that SMA may become one of the first inherited
neurological diseases to be successfully treated.
Clinical-stage gene therapy company AveXis recently announced that it has concluded the
dosage of their phase 1 clinical trial for the first human gene treatment in the world for pediatric spinal muscular atrophy (SMA). ChariSMA is being
developed by the Dallas-based company, and the
trial, which started patient enrolment in April, is
being
conducted
in
collaboration
with
the Nationwide Children’s Hospital in Columbus,
Ohio.
The non-randomized study is meant to evaluate
both the safety and efficacy of the intravenous
therapy, and the company expects to be able to
improve survival rate and motor function of the
dosed patients. ChariSMA provides functional
SMN genes through self-complementary AAV9,
which has already been demonstrated effective in
preclinical studies in crossing the blood-brainbarrier in delivering it to motor neurons.
The company is also planning on altering the design of the trial in order to add a third cohort at a
mid-range dose, instead of continuing with two cohorts as initially designed. “We are also on track to
start our intrathecal trial in the first half of 2015 and
very serious thought is being given to opening a
trial to treat Type 2 patients in 2015. Right now, we
are looking at patient recruitment as a gating issue,” explained the Chief Scientific Officer of
AveXis, Allan Kaspar.

As the end of the phase 1 clinical trial is coming to
a close, Avexis is set to begin its Contact All Neurologists Program, an initiative meant to raise
awareness about the investigational treatment
among physicians, as well as inform them about
how to help patients enroll further SMA trials. The
company’s
plans
also
include
contacting foundations and patient advocacy groups, both
in the U.S.A and internationally, to talk about the
trials regarding the treatment, which was recently
granted orphan drug designation by the U.S. Food
and Drug Administration.
A number of other drugs are also currently in the
pipeline for SMA. Trophos’ have just completed
Phase 3 of their Olesoxime trial in France. This
drug works by protecting nerve cells under stress.
Olesoxime has shown a beneficial effect on the
maintenance of motor function in SMA. This study
was conducted in 7 European countries in 165
type II and non-ambulatory type III SMA Patients,
ranging in age from 3 to 25 years old. Patients either received 10 mg/Kg olesoxime dosed daily as
a liquid oral suspension or matching placebo. The
primary outcome measure was the change in motor function at 2 years using a standardized neuromuscular disease-specific functional scale. The
secondary outcome measure included an additional scale, the Hammersmith Functional Motor Scale
for Spinal Muscular Atrophy, as well as electromyography measures, pulmonary function, patientreported outcomes, quality of life measures, typical
SMA complications and product safety. The results
showed a progressive loss of motor function in the
placebo arm. This was prevented for 2 years in
olesoxime-treated patients with fewer diseaserelated adverse events. Olesoxime has the potential to be the first treatment specifically developed
for SMA. Its discovery and development was mainly supported by AFM-Telethon, the French myopathy association.
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Pfizer/ Repligen’s are also currently in phase 1 of a
trial of Quinazoline in the USA. This drug increases the SMN protein levels produced by the “backup” gene SMN2.
ISIS’ are also conducting phase 2 trials of SMNRX,
this drug increases the SMN protein levels pro-
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duced by the “back-up” gene SMN2. An update on
the results obtained for both the infant and children
trials was given at the American Academy of Neurology in Philadelphia. ISIS is expecting to start
Phase 3 later this year. The image below shows a
the current drugs in development for SMA.

MDI Supporting Research
The Collagen VI Alliance

Muscular Dystrophy Ireland are delighted to have teamed up with Muscular Dystrophy Campaign
(UK), Cure CMD (USA), AFM Telethon (France) and the Swiss Foundation for Research on
Muscle Disease to create the Collagen VI alliance. The Collagen VI alliance will fund research
into Collagen VI deficiencies (Ullrich’s and Bethlem Myopathy).
An international call has gone out to researchers to submit proposals for funding.
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Duchenne Drugs Update

M

uscle and Nerve, a peer reviewed
scientific journal has published the
results of the phase IIb clinical trial of
ataluren in boys with Duchenne muscular dystrophy caused by a nonsense mutation. The trial compared two doses of ataluren to
placebo and monitored the progression of the condition over 48 weeks. Both doses of the drug were
found to be safe and well-tolerated. The drug was
recently granted conditional approval by the European commission, with one of the conditions being
that PTC therapeutics must complete their large,
ongoing phase III trial of the drug to confirm the
encouraging results observed in the phase IIb
study. PTC Therapeutics are currently applying to
the HSE who will decide whether it should be offered to patients in Ireland. We will keep you updated on this process as we find out more.
Prosensa has announced that they have started
the process of applying for a licence for Drisapersen in the USA. Drisapersen is a molecular patch
that skips exon 51 of the dystrophin gene The potential drug was granted "Breakthrough Therapy"
status in June 2013. The status can be awarded
by the Food and Drug Administration - the drug
regulator in the USA - to potential therapies which
show encouraging results in clinical trials. It means
that the company will benefit from increased sup-

port from the FDA to ensure that drug development, and clinical trials can be handled as quickly
and efficiently as possible.
Drisapersen has also received "Fast Track status"
from the FDA. This will give Prosensa access to
"Rolling Review" - a process where the FDA assesses each part of a licencing application as the
company submits it instead of waiting for the entire
document to be submitted and carrying out a single assessment of the whole application.
Prosensa hope that the application will be fully
submitted by early next year. The FDA would then
complete its assessment of the application and
decide whether or not to give approval to the drug.
Importantly, if a licence is granted by the FDA it
will only be valid in the USA. For the drug to be
licenced in Europe, Prosensa would need to apply
to the European Medicines Agency separately.
Meanwhile Sarepta have experienced delays in
their application for eteplirsen. The company said
it's likely to file for approval of its muscular dystrophy drug in mid-2015, pushing back from previous
plans to file by the end of this year. The delay
comes as the Food and Drug Administration (FDA)
seeks more information on eteplirsen.
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World Duchenne Awareness Day
The 7th of September 2014
was the first ever World
Duchenne Awareness Day.
This event was run by the
United Parent Project MD
in collaboration with patient organisations from 39 different countries
worldwide. The aim of the day was to create awareness of Duchenne
Muscular Dystrophy and it is hoped that it is the first of many to come.
MDI marked the occasion by planting
a tree in our head office to mark the
occasion. We were honoured to have
Cllr Paul Hand in attendance representing the Lord Mayor of Dublin. Cllr
Hand planted a beautiful Japanese
Maple tree on the grounds of MDI
house. Cllr Hand said:
“Thank you very much for inviting
me here today to plant a beautiful
Japanese maple tree on this prem-

ises to highlight and mark the day which demonstrates
that MDI is here to support and provide information to
individuals and families living with the condition”
As well as this, MDI staff release balloons in solidarity
to mark the occasion. MDI also used Social Media on
this day to share information about Duchenne Muscular
Dystrophy.

MDI National
Awareness Day 2015
As you are probably aware by now, MDI’s National Awareness
Campaign takes place on Valentine’s Day each year. In previous
years MDI sold chocolates nationwide, however in 2014 a limited
amount of chocolates were pre-ordered to avoid wastage and surplus stock. Therefore as in 2014, we will once again be ordering a
limited amount of chocolates for 2015. If you think you can sell one
or two boxes locally and would like to order same, please contact
MDI Head Office on (01) 6236415 or email info@mdi.ie.
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Muscular Dystrophy Ireland

Information Activities
It has been a busy few months for MDI’s information services. One of the aims, as
well as providing practical information for members, is to create awareness of
Muscular Dystrophy in the general public. As part of South Dublin County Council’s Health and Wellbeing Week, MDI took a stand at the Tallaght Health Fair.
The Information and Research Officer, Clair and Family Support Worker, Joanne
attended the fair and had a very positive day creating awareness of muscular dystrophy and promoting MDI. The event was attended by the mayor of SDCC Fintan
Warfield. MDI also took up a stand at the Westmeath Community Development
Disability Information and Services Day in
the Mullingar Park Hotel.
MDI have also been working with other
stakeholders to try to create awareness of
Muscular Dystrophy. The Information and
Research Officer gave a presentation to a
group of final year Clinical Measurement Students in Dublin Institute of Technology in September. These students are the future
cardiac and respiratory scientists and the presentation was very
well received. MDI have also been invited to talk to students in IT
Carlow as part of Science Week this November.
Family Support Worker Joanne
Hoban and Information and
Research Officer Clair Kelly at
the Tallaght Health Fair.

The Information and Research Officer was also delighted to meet
with Mito Families Ireland and speak at their annual meeting. An
interesting and informative talk by Dr Alexander Galkin started
the day and afterwards Clair gave a talk on MDI Services. Mito
Families Ireland is a support group for families living with Mitochondrial Disorders.

On Monday 10th November, MDI’s
Fundraising & PR Coordinator Amy
Bramley gave a presentation about the
supports and services which Muscular
Dystrophy Ireland provides, to the
LCVP class in St Fergals Secondary
School, Rathdowney Co Laois. The
students were very appreciative to learn
about MDI and asked some great questions. MDI would like to thank everyone
at St Fergals Secondary School for
showing great interest in the work we
do and helping to spread awareness of
muscular dystrophy.
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Rugby League Ireland
Supports Muscular
Dystrophy Ireland

M

uscular Dystrophy Ireland (MDI) were delighted to have Rugby League Ireland
(RLI) choose MDI as their charity of the
year for 2014. On the 18th of October, the
Irish Wolfhounds played France in the European
Rugby League Cup in Tallaght Stadium.
MDI members Dylan McLoughlin, Ciaran McCaw and
Liam Pentony were chosen as mascots for the game.
The boys met both teams and got a tour of the stadium. They were then presented with RLI jerseys,
jackets and baseball caps and got the chance to lead

the teams out onto the pitch for the national anthems.
A great day was had by all, especially as the Irish
team beat the French 22-12 in the opening game of
the cup.
MDI would like to take this opportunity to thank Irish
players Bob Beswick, Casey Dunne and Liam Finn
(pictured below with MDI members and staff), Conor
Kelly and Richard Egan for all their support in helping
to create awareness of muscular dystrophy and supporting us in our work. Much appreciated guys!
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“Home from Home”
Apartment Receives
Four Star Award
Muscular Dystrophy Ireland
(MDI) is proud to announce that,
our “Home from Home” SelfCatering Apartment in Chapelizod, Dublin was once again
awarded (for the 2nd year running) the Fáilte Ireland 4 STARS
for Individual Self Catering.

service. Receiving this award
again from Failte Ireland is testament to MDI’s ongoing commitment to ensure that the highest possible standards are
achieved and we will endeavour
to ensure that this remains the
case.

The annual review process of
the MDI “Home from Home”
Apartment was completed to
ensure that MDI continues to
comply with the statutory regulations for Failte Ireland’s registration and current classification.

By working in partnership with
Failte Ireland, MDI also has access to easily identifiable symbols and standards of service
that our guests know they can
trust. The MDI “Home from
Home” Apartment is also listed
in the accessible section of the
Discover Ireland website, both
domestically and internationally,
which is seen by over 40 million

It is MDI’s aims to provide
guests in our apartment with an
excellent standard of accessible
accommodation and customer

Pictured at the entrance to the “Home from Home” Apartment, is Joe Mooney,
Sandra O'Donoghue, Jimmy Murray and Amy Bramley.

users each year. See: http://
www.discoverireland.ie/WhereTo-Stay/mdi-house/89561
The ‘Home from Home’ Apartment is located above our offices in Chapelizod, Dublin 20. It
is a self contained, fully wheelchair
accessible
apartment
which is available for short term
stays for people with a physical
disability. The apartment consists of 4 bedrooms, a kitchen
and a lounge area. Free Wi-Fi is
available throughout the apartment.
To make a booking or for more
information phone (01) 6236414
or visit: http://www.mdi.ie/homefrom-home.html
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realised that MDI was a
Bosnian Wheelchair Donation hevoluntary
organisation and

E

arlier this year, I received a request from
my Personal Assistant (Mihajlo) about the
possibility of MDI donating an electric
wheelchair to a young boy with muscular
dystrophy from Bosnia. Nemanja Dukic is a teenager from the same part of Bosnia as Mihajlo and
has Duchenne muscular dystrophy. He had been
using a manual wheelchair for the past few years
and was totally dependent on others to move
around. When I approached Joe (MDI’s CEO)
about Mihajlo’s request it was granted without hesitation. More or less immediately a suitable wheelchair was identified, which happened to have been
owned by a member of MDI who originally came
from Bosnia and sadly passed away in 2013.
The wheelchair, an Invacare Storm Three Electric
Wheelchair (pictured left)
was subsequently refurbished with new batteries
and seating etc. and then
the practicalities of how to
get this wheelchair
shipped to Bosnia began.
Mihajlo informed me that
if I could get the wheelchair delivered to London,
then he could arrange to
have it collected from
there. So after some
research on the Internet, I found a company called
“VK Removals & Storage” from Cookstown, Co
Tyrone who initially agreed a price with me to ship
the wheelchair to my brother’s address in London.
An agreed date for collection from the MDI offices
was arranged and Vincent from VK Removals arrived as planned to collect the wheelchair. When

that the wheelchair was for
a young boy in Bosnia, he immediately waved all
fees and delivered the wheelchair to London for
free. A few days later the wheelchair was subsequently collected from London and delivered to
Nemanja in Bosnia.
I would like to thank the following for their support
with this project:
• Muscular Dystrophy Ireland: for donating the
wheelchair and supplying new batteries and a
battery charger.
• Central Remedial Clinic: for retro-fitting the
wheelchair with a new seat and back-rest for
free.
• VK Removals & Storage: For shipping the
wheelchair to London for free.
• Bernard McCormack: For storage space in
London and liaising with contacts in London re
collecting the wheelchair from there.
My Personal Assistant Mihajlo, has since visited
Bosnia and has said that Nemanja was extremely
excited about receiving this wheelchair. Nemanja’s
family have also asked him to thank everyone involved for their generosity and kindness. They are
very grateful.
Hubert McCormack
Editor
Nemanja in his
new wheelchair
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Greyhound Night Raises Over €4,000 for MDI
Thank you to everyone who supported the 9th MDI Benefit Annual Greyhound Race Night which took place at Shelbourne Park, Dublin on Saturday 18th September last. A great night was had by all who attended and this event
raised the substantial amount of €4,017. The money raised will be used towards funding MDI’s Respite Support
Services which supports 685 members nationwide. MDI would like to thank our sponsors of this event (listed below):

Thanks You to the Race Sponsors
BHP Insurance Ltd., Unit 16, Fonthill Business
Park, Dublin and Parfit, Old Schoolhouse
Works, Cloghran, Swords, Co Dublin.

Adverts & Sponsors
Dove Cross Construction
EMS Associates
Liam Caulfield Glass
Paul Bolger Print

Dublin Bus
Irish Life
Kirwan Insurance
Taylor Engineering

Thank you for your continued support

Thanks also to the businesses, companies and individuals
who placed adverts in the racing booklet and to those who
kindly assisted with financial contributions and donated
prizes for the draw and raffle. A special word of thanks to
Liam Caulfield from Dublin who sponsored the beautiful
trophy for the event. And finally, thanks to everyone who
purchased / sold tickets, your support is really appreciated
and without this the night would not be possible.

National Draw Winners

Winning ticket being pulled by Catherine
Loughrey in the presence of MDI’s Amy
Bramley.

Thank you to everyone who bought tickets for the MDI Annual
Draw which took place at the Greyhound Race Night. The results
were as follows:
1st Prize: 2 night stay for 2 in the City North Hotel and one evening meal. Winner: Kate Jezierska, Dublin
2nd Prize: 1 night stay in Buswells Hotel. Winner: Maria Welton.
3rd Prize: Mobile Phone Winner: Lucy Brew, Co. Meath

Members and friends of MDI pictured at the Greyhound Race Night in Shelbourne Park, Dublin
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Eoin’s Skydive: Total
Exceeds €25,000
You may have read in the last issue of our newsletter
about 16 year old MDI Cork member, Eoin Fenton’s fabulous achievement on the 21st of June last, when he undertook an adventurous 30 second free fall, followed by
two minutes of gliding from the daunting height of 13,000
feet - and all for MDI. Well, since then, Eoin has increased the total amount raised for MDI by way of receiving further donations towards his sky dive and the final Eoin’s family & friends pictured after his skydive
total amount now raised by Eoin and his family has now
reached a staggering €25,171.00. On behalf of MDI, we would like to take this opportunity to thank Eoin
and his family and friends for all their fundraising efforts and for raising such a fabulous amount of funds
for MDI. Well done and congratulations to all involved. Your support is very much appreciated.

Music and Fundraising Night Raises €2,600

T

hank you to everyone who
came along and supported a
“Music and Fundraising
Night” which took place in
Kavanaghs Pub in Portlaoise, Co
Laois on Friday 3rd of October. A
special thanks to Pearse and Carmel
Mc Nicholl, Carmel and Damien
O’Sullivan and their friends for supporting this event. A great night was
had by all and both money and
awareness was raised for Muscular
Dystrophy Ireland. A total of €2,600
was raised from ticket sales and raffle
on the night.
Many thanks to the organisers Mags,
Pat and Katie Roe (Members of MDI
from Laois) who organised this event.
We would like to acknowledge your
support in helping to raise funds and
awareness for Muscular Dystrophy
Ireland. Much appreciated.

Birthday Donation for MD
Muscular Dystrophy Ireland (MDI) would like to thank John (Dory)
Duffy (pictured below) for presenting a cheque for €1,533.00 to
Bernie Crowley and Imelda Quinn from the Donegal branch of
MDI. The money raised will go to the Donegal Branch of MDI
and Duchenne Ireland. John raised this money at his 60th birthday celebrations and donated all the proceeds to both MDI and
Duchenne Ireland. Many thanks John for supporting muscular
dystrophy and belated Happy Birthday from all at MDI.
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Trim Golf Classic Raises Over €5,000 for MDI

M

uscular Dystrophy Ireland
(MDI) would like to take
this opportunity to
acknowledge sincere
thanks and much appreciation to Niall
Winters (MDI member) and Paul Harris from Trim for their continued support with fundraising and organising
the Annual Trim Golf Classic in aid of
MDI. This year with great effort from
both Niall and Paul, the Golf Classic
raised the tremendous amount of
€5,174.09.

Niall Winters (left) and Paul Harris presenting the proceeds from this year’s Trim
Golf Classic to Amy Bramley from MDI.

MDI would also like to thank RTE
Sports Presenter and Commentator
Darragh Maloney for generously giving
his time for free and for supporting this
year’s event which once again took
place in the South Meath Golf Club,
Trim. Co Meath.
As in previous years, the golf classic
was a huge success due to the kind
support of the people of Trim. Thirty
one teams participated and the event
received continued support and generosity from local shops, businesses and
individuals in Trim and surrounding
areas. The presentations and raffle
was held on the night in the Malt Bar
which saw RTE's Darragh Maloney
taking to the stage and giving a great
speech and presenting the winners
with their prizes. A very enjoyable
evening was had by all involved.
Music was performed by “Back Beat”
and DJ Christy played tunes into the
early hours!
All funds raised at the Golf Classic will
go towards funding the respite support
services which provides a break for
both carers and members living in Co
Meath. An example of respite support
can be a short term care package
which can help a family avail of a well
earned break and change of environment from the daily caring routines associated with living with muscular dystrophy. Thank you again to everyone
for all your ongoing support – it is very
much appreciated by all at MDI

RTE’s Sports Presenter and Commentator Darragh
Maloney making presentations and officiating with
Niall Winters at the Trim Golf Classic.

RTE’s Sports Presenter and Commentator Darragh Maloney pictured with Anne
and Tom Winters at the Trim Golf Classic.
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Photos from recent Youth Activities
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Muscular Dystrophy Ireland

Christmas Cards 2014
MDI are pleased to launch our Christmas card collection for 2014
which features 8 beautifully designed, high quality gloss cards

Great Value at only €6.00 per pack (plus postage)
These cards are Irish made and all proceeds go to Muscular Dystrophy Ireland

To order online visit: www.mdi.ie or phone (01) 6236414

Verse on inside of card reads:
Beannachtaí agus Sonas um Nollaig agus athblian faoi mhaise
Happy Christmas and a Peaceful,
Prosperous New Year
Card size: 210mm x 148mm (A5)

Thank you for your continued support

Newsletter of Muscular Dystrophy Ireland - which includes updates on research,
information, fundraising, social activities and details of some upcoming events.
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Muscular Dystrophy Ireland

Please Support
Text MDI to 50300
to donate €2.00

Your donation will be
much appreciated.
100% OF TEXT COST GOES TO
MUSCULAR DYSTROPHY IRELAND
(MDI) across most network providers.
Some providers apply VAT which
means a minimum of €1.63 cent will go
to MDI. Service Provider LIKE
CHARITY Helpline: 01 4433890

Company registered name: Muscular Dystrophy Society of Ireland Ltd.
Company registered office: MDI House, 75 Lucan Road, Chapelizod, Dublin 20
Country of registration:
Ireland
Charity No:
60460
Directors: Garry Toner, Derek Farrell, Helen McDonnell, Florence Dougall, Grace Greene,
Ephraim Purcell, Dan Phelan.

To Contact Us:
Phone: 01 6236414
Fax: 01 6208663
Email: info@mdi.ie Website: www.mdi.ie
Email (for newsletter): newsletter@mdi.ie Editor: Hubert McCormack

MDI QR Code
Scan the image on the left with an
iPhone or an Android mobile
phone using any QR code reader
to also access the MDI website.

