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Update on Duchenne
Muscular Dystrophy Treatments

W

ith the large number of treatments
coming on stream for Duchenne
Muscular Dystrophy and the current
advances in research the Food and Drug Administration (FDA) have published new guidance on drug development Following on from
the European Medicine’s agency draft, published in 2014, the FDA have release the draft
in the USA. The guidance drew from the expert
knowledge of the Parent Project Muscular Dystrophy (PPMD).
This guidance is an important step, due to the
large number of drugs, currently in the development stages to potentially treat DMD. In the
US, a drug called CAT-1004 has received Fast
Track designation from the US Food and Drug
Administration (FDA). Fast Track designation
facilitates the development of drugs that treat a
serious or life-threatening condition and fill an
unmet medical need. CAT-1004 is an antiinflammatory drug that blocks a protein called
NF-kB. NF-kB coordinates the cellular response to muscle damage, cell stress and inflammation. Therefore it plays an important
role in muscle health. By blocking the activation of NF-kB, muscle inflammation could be
reduced which could help muscle regeneration.
The drug has previously been shown to reduce
muscle inflammation and degeneration and increase muscle regeneration in animal models
of Duchenne muscular dystrophy and has
been proven to be well tolerated in a phase 1
clinical trial.
Achieving “Fast Track” status means that

drugs like Drisapersen, can be assessed more
quickly. Drisapersen is an exon skipping drug
designed to skip exon 51 in the dystrophin
gene, which could potentially treat 13% of people affected by Duchenne muscular dystrophy.
The company Biomarin submitted a new drug
application to the FDA in April and have now
submitted a Marketing Authorisation Application (MMA) to the European Medicine Agency
in June of this year. Drisapersen has been
tested in different clinical trials on more than
300 participants. The results of these tests
have suggested that early and longer treatment can delay the progression of the condition. Another drug which also induces the exon
skipping of exon 51, eteplirsen is also working
on a new drug application to the FDA in 2015
and aims to be available in the USA by the beginning of 2016.
Coming along the line also, is a new Orphan
drug Rimeporide, which is believed to address
skeletal muscle inflammation fibrosis and cardiomyopathy in a broad population of patients
regardless of their mutational status. This
means that the treatment has the potential to
complement other therapies designed to replace dystrophin and may be suitable for all
boys with DMD. The function of the drug is to
inhibit or stop sodium/proton exchanger 1
(NHE-1). NHE-1 is found in the membrane of
all cells. Its role is to control the pH and sodium
concentration in the cell. It also interacts with
another membrane protein and regulates the
cell’s calcium concentration. Studies on mouse
models have shown that the drug can poten-
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tially improve muscle function, reduce muscle
oedema (swelling), prevent progressive heart
failure, and regulate inflammatory processes
The drug is produced by Esperare, a not-forprofit organisation in Switzerland and has recently received Orphan Drug Status from the
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European Medicines Organisation. EspeRare
is planning to launch a clinical trial in the second half of 2015 to test the safety, tolerability,
pharmacokinetics and pharmacodynamics of
rimeporide in boys with Duchenne muscular
dystrophy.

Recruitment completed
for clinical trial for
Congenital Muscular
Dystrophy

Isis reports
encouraging
results for SMA
Type I

Santhera Pharmaceuticals have announced that they
have completed recruitment for their phase II trial of the
drug Omigapil. 20 participants, aged from five to 16
years old with Ullrich muscular dystrophy or merosindeficient muscular dystrophy (MDC1A) have been recruited and the first participant has received the first
dose.

Isis Pharmaceuticals recently gave
an update on its clinical trial testing
ISIS-SMNRx in children with spinal
muscular atrophy (SMA). The ongoing phase II trial was designed to
test the safety and tolerability of the
gene therapy drug in 20 infants with
SMA Type I aged seven months or
younger. The trial showed that the
muscle and motor function of children treated with ISIS-SMNRx were
increased. The results also indicate
that the drug continues to be well
tolerated and appears to be having
a positive effect on the progression
of the condition.

Congenital muscular dystrophy is a group of rare inherited disorders in which symptoms appear at birth or within
the first six month of life. The compound omigapil interacts with an enzyme that is known to be involved in cell
death. In preclinical trials carried out in animal models for
CMD, it was shown that omigapil prevents loss of muscle
tissue and increases body weight and survival.

New Trial for GNE Myopathy
Ultragenyx pharmaceutical announced that they have enrolled the first participant for their phase
III clinical trial for the treatment of GNE myopathy. GNE myopathy also known as hereditary inclusion body myositis (HIBM) is a rare genetic condition in which the biological pathway that produces sialic acid is affected.The trial will test the safety and efficacy of sialic acid (also called aceneuramic acid).
The study is aiming to recruit 80 participants with GNE myopathy. The participants will be given
either a placebo or six grams of aceneuramic acid extended release (Ace-ER) tablets a day over
a period of 48 weeks.
A previous trial has shown that the upper extremity muscle strength of participants who received
six grams of the drug had improved and that the drug was safe and well tolerated with no serious
side effects.The results of the phase III clinical trial are expected by the second half of 2016. The
company is also planning to file a Marketing Authorisation Application (MAA) with the European
Medicine Agency (EMA) later in the year. A decision from the EMA is expected by the end of
2016.
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Invitation to “Coffee and
Consultation” Evenings

O

ver the coming months
MDI will be working
toward a new strategic
plan for 2016-2021.

The aim of this plan is to identify
our priorities and goals for the
coming years and to set out how
we can achieve these goals as
an organisation. I hope that this
plan will help us to develop a vision for the future and help us to
prioritise the use of our resources.

Dates
for MDI
strategic
planning
consultation
meetings

MDI would like to invite you to
take part in a strategic plan
consultation process. The purpose of this is to hear your views
on how MDI are doing as an organisation and the various ways
in which services could be improved. I am also interested in
finding out what our members
feel we should be prioritising in
the coming years.
For this consultation process a
series of informal coffee evenings will take place around the
country to discuss the strengths
and weakness of the organisa-

Date
Tuesday 13th October 7.30pm
Thursday 15th October 7.30pm
Tuesday 20th October 7.30pm
Thursday 22nd October 7.30pm
Tuesday 27th October 7.30pm
Thursday 29th October 7.30pm
Tuesday 3rd November 7.30pm
Tuesday 10th November 7.30pm
Thursday 12th November 7.30pm

tion and the various opportunities
for development. I would like to
invite you to choose the most
convenient location from the list
below and to attend on the night
to share your point of view.
Please RSVP to Clair Kelly by
phone (01) 623 6414 or email
(clair@mdi.ie) indicating what
meeting you would like to attend.
There will be refreshments
served on the night and I look
forward to meeting you and hearing your opinions.
Joe T. Mooney
CEO / MDI

Location
Tower Hotel, Waterford City, Waterford
Hodson Bay Hotel, Athlone, Westmeath
Oriel House Hotel, Ballincollig, Cork
MDI House, Chapelizod, Dublin 20
Nuremore Hotel, Carrickmacross, Monaghan
Station House Hotel, Letterkenny, Donegal
Fels Point Hotel, Tralee, Kerry
Menlo Park Hotel, Headford Road, Galway
Arklow Bay Hotel, Arklow, Wicklow

Join Our Boys Trust Host DMD Conference in Dublin

O

n the 24th June 2015, the Join Our Boys Trust hosted a conference on Duchenne muscular
Dystrophy. MDI staff attended the conference to listen to the range of speakers including Professor George Dickson, Professor Kate Bushby and Professor Dame Kay Davies. Primarily
aimed at discussing possible solutions for DMD treatment in Ireland, the conference covered a
range of topics including research, service provision and politics. Professor George Dickson, Royal Holloway Hospital, University of London presented his promising research on gene therapy for DMD. Professor Dame Kay Davies Oxford University also presented her research on utrophin upregulation, which is
another potential nonspecific treatment. Professor Kate Bushby, Newcastle University discussed the importance of and the requirements to develop a clinical trial ready site in Ireland. Dr Patrick Murphy Guys
and St. Thomas’s NHS Trust, London gave a presentation on respiratory best practice for boys with DMD
explaining how the NHS manages respiratory illness. A talk from Dr Denise McDonald from Children’s University Hospital, Tallaght, Dublin, discussed the current services available from children in Ireland and
some of the challenges met in developing a single site paediatric neuromuscular service. Following this,
Professor Eileen Treacy, Childrens University Hospital, Temple Street, gave an overview of the rare disease plan in Ireland and the new national office for rare disease. Dr Elin Haf Davies then gave a very interesting and entertaining account of her time rowing across the Atlantic Ocean to raise funds for research.
The final speaker of the day was Professor Peter Nolan, who gave a passionate speech on Politics and
research. Overall the conference touched on a wide range of topics and brought some excellent speakers
together and was a valuable source of information to families and professionals.
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Invitation
Date for your Diary
MDI Members Meet

TD’s and Senators Day
Wednesday 30th September 2015
from 12pm to 4pm
On 30th of September, MDI is facilitating an event to give members the opportunity to meet their TDs
and Senators. This event is an ideal opportunity for you to meet the decision makers and make your
views known. This is a particularly important time as we are coming up to the general election in 2016

•
•
•
•
•

Do you need PA hours but can’t access them?
Are you waiting for necessary aids and adaptations?
Do you need physiotherapy or occupational therapy supports but can’t access them?
Have you had your Medical Card Withdrawn?
Should more resources be devoted to research?

If you answer “yes” to any of the above questions or if you have any other
issues that you would like to raise, we need your help.
MDI will be inviting all TDs and Senators to come along to Buswells Hotel, which is just across the road
from Leinster House, on 30th September 2015. You can help by encouraging your local TDs to attend.
Go along to one of their constituency clinics, give them a call or drop them an email. If anyone requires
assistance identifying your TDs or finding their contact details, this website will help you:
http://www.oireachtas.ie/parliament/tdssenators/tds/. Alternatively, please contact MDI and we will assist you.
The most important thing you can do to help is to come along on the 30th September. From running this type of event before, it is evident that TDs want to speak to people from their own constituencies, to hear directly from people who are affected by these issues. It is very important that you encourage your TDs to come and that you are there on the day to meet them in order to ensure that your
voice is heard.
Please help MDI to advocate for the supports that you need. We cannot do it without you.

For further information or to RSVP, please contact
Clair Kelly, Information and Research Officer at (01) 6236414 or email clair@mdi.ie
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Update on New Storage Facility & Access Ramp
New storage space at MDI

S

ince the last edition of the
Newsletter we have made
considerable progress on our
Access Ramp and Storage
Facility. We are now entering the
final phase of this project and hope to
see the work completed by midSeptember.
The Storage Facility is in the final
stages of plastering and the fittings
will be installed in the coming
weeks.

This will be a great addition to the Equipment Lending Service we provide and as a storage area for all the
equipment we need for our camp activities etc. The Storage Facility is approximately 50 sq. meters and
should enhance the quality and quantity of the equipment we can provide to members in the future. The
products we will be storing are Manual Hoists, Bed Raisers, Profile Beds, Wheelchairs, Scooters, Shower
Chairs etc.
The Access Ramp will lead from the side of the Storage Facility all the way up to the “Home from Home”
apartment, where there will be a small balcony area and a new access door to the lobby area within the
apartment. The Ramp is over 250 meters in length and has a gradual slope of 1/12 gradient which makes it
easy for all wheelchair users to push themselves up this incline. This will enhance the facilities of the
“Home from Home” apartment and will provide an additional access entrance for users.
Guests can however continue to use the lift to the first floor or if they now wish, take the new access ramp
directly up to the front door of the apartment. For those who dislike confined spaces and lifts this is your

New access ramp to the MDI “Home from Home” apartment.
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dream come true! You can
now enjoy your holiday in
the “Home from Home”
apartment without ever
entering a lift if you so wish!

Top of new ramp to the apartment

New first floor wheelchair accessible
entrance to the MDI “Home from
Home” apartment.

We look forward to welcoming our guests over the next
few months and getting feedback on the new access to
“Home from Home” apartment. It certainly looks like
an incredible peace of engineering and I’m sure it will
serve as an example of “good
access” for the foreseeable
future.

Owen Collumb
Facilities Coordinator
Muscular Dystrophy Ireland

Better Together Awards 2015
Help MDI to win €2,000 cash, raise our
public profile, fundraise and recruit
new supporters!
Better Together is a nationwide campaign which aims to make Ireland a better place by building
support for charities, clubs and associations across the country. The Better Together Video
Competition provides an unparalleled opportunity for Irish non-profit organisations, businesses
and aspiring young filmmakers, to show the people of Ireland the part they are playing in making
us all better together.
The 2015 Better Together Video Competition for community and voluntary organisations will
open for entries on Monday 14 September! And from 24 September members of the public will
be invited to vote for their favourite videos. The ten videos with the most votes in each category
will be shortlisted and a winner will be selected. The winners will be announced at the Better Together Awards on 9 December.
As in previous years, Muscular Dystrophy Ireland (MDI) will be submitting a video for this competition and we would appreciate your support which could help us win €2,000.00. All you need to
do is to vote every day our video – more information will be available on the MDI website soon
(www.mdi.ie) but in the meantime check out www.bettertogether.ie for more details.
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MDI Adult Social Club
members visit to the
n Thursday 16th July
last, MDI organised a
day trip for members
of the Dublin MDI
Adult Social Club to visit the Irish
National Stud and Japanese
Gardens in Kildare. The day
started off well with a picnic lunch
on the grounds of this unique
attraction and at 2.00pm we commenced a tour of the National
Stud, home to some of the most
magnificent horses. However the
rain began to fall at 2:05pm and
didn't stop, so basically the Irish
National Stud was a wash out!

O

Despite the weather,
some of us braved the
elements and continued on with
the tour whilst some retreated to
the coffee shop. We left the
National Stud at 4.00pm and then
headed to the Silken Thomas Bar
and Restaurant in Kildare Town
for a nice hot meal and drinks.
This made up for the earlier disappointment of the Stud as we
were served excellent meals, and
a few trouble makers even hit the
wine and hot whiskeys (namely,
Tony, Gerry and James!!). We
all had a nice enjoyable after-

noon here which was very relaxing, before departing for home at
around 6.00pm. Unfortunately the
weather let us down for the earlier part of the day but nonetheless, we all went home happy in
the end! Thank you to the
members of the social club who
participated in this outing.
Liam Broughall.
Family Support Worker
Muscular Dystrophy Ireland

MDI members and staff pictured at the Irish National Stud & Gardens

Opt to receive this newsletter by Email
We at MDI are constantly updating our database of MDI
members contact details as well as trying to reduce the costs
of printing and postage by increasing the use of email contact
as opposed to standard post for corresponding with our members. Therefore going forward, if you would like to receive
this newsletter by email instead of standard post please let us
know by emailing hubert@mdi.ie or by completing the form
on our website at: www.mdi.ie/newsletter-by-email.html
and we will update your contact details. Alternatively, you can
phone Hubert at (01) 6236414. Many thanks.
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Ward Solutions announce
MDI as its Charity of the Year
2015/16

Muscular Dystrophy Ireland (MDI) is delighted to
announce that Ward Solutions, Ireland's largest information security company, has selected MDI as its
inaugural Charity of the Year. The partnership has
got off to a bumper start with an initial cheque
presentation for €2,000 by Ward Solutions towards
MDI's respite and research programmes. Ward
Solutions, which has operations in Dublin, Belfast
and Ennis, chose MDI following a staff nomination
process and will support MDI through its corporate
social responsibility programme in 2015 and early
2016.

supporting people with muscular dystrophy and their
families. "To be chosen by Ward Solutions is a fantastic achievement and recognition of the work of
MDI. We hope that the partnership will help expand
our network and grow the MDI family, raising public
awareness of muscular dystrophy and other-related
conditions, as well as increase support for the services provided by MDI."

As part of the partnership, Ward Solutions will be
undertaking its own staff fundraising activities, as
well as supporting MDI initiatives including the MDI
National Race Night in October, the Tesco ChristAnita Ward, HR Manager from Ward Solutions has mas Appeal in December and MDI's annual awaresaid that in choosing MDI as its charity partner, the ness day in February 2016. Ultimately, we are confiaim is to enable it to make an even bigger differdent that the partnership will yield a lasting benefit
ence. "We are delighted to announce our associa- to people with muscular dystrophy and their families
tion with Muscular Dystrophy Ireland which provides across Ireland."
a wide range of vital supports for
people with muscular dystrophy
and their families. Our staff are
keenly aware of the impact of
muscular dystrophy on the lives
of people with the condition and
we want to help lessen some of
that burden. As part of our charity nomination process we were
inspired to see how a relatively
small organisation can make
such a significant and positive
contribution across Ireland. Now
having made the selection of MDI
as our charity partner, we very
much look forward to enabling it
to make an even bigger impact."
Joe Mooney, Chief Executive Officer of Muscular Dystrophy Ireland, sees the announcement as
a recognition of MDI's work in

Cheque presentation of €2,000 to MDI by Ward Solutions
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to all our
Supporters!
MDI would like to acknowledge the support it
received in recent months from everyone who
organised or supported the various fundraising
events held throughout the country on our behalf, especially the following people:
•

•

•

Elaine Doyle who ran in this year’s Paris
Marathon and raised over €1,300.00 for
MDI (pictured below presenting the proceeds to Joe Mooney and Patrick Flanagan on 9th July last).
The Lyons family of Carrigallen Co. Leitrim, who organised the 4th Carrigallen
10k Run/Walk on July 4th and raised
over €1600.00.
Naglis Montvilas, his friends and family
who held a Motorcycle Poker Run in Balbriggan.

•

•

•
•

•

Claire Crosbie & JC's Supermarket,
Swords. A three day bucket collection
was held in support of MDI July 9th-11th.
Roisin Lyons and the Dublin Rose of Tralee Selection Committee who donated
the proceeds of a raffle held during the
2015 Dublin Rose Selection event.
Granard Community Centre, Longford
who held a 'Whist (see next page).
Jim Kealy and the CIE Golf Society, Waterford who held a Golf tournament at
Williamstown Golf Course on July 25th.
Eileen Gleeson for hosting a number of
fundraising events including a very successful quiz night in the West Wicklow
House, Blessington on 31st July and a
group sky dive in August.
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An honorary Whist Drive
for MDI to celebrate
Anne’s 100th Birthday
n Sunday evening, 26th July, a charity
whist drive took place in Granard Community Centre, Co Longford with all
proceeds going to Muscular Dystrophy
Ireland (MDI). This event was held in honour of
my Aunt, Anne Byrne from Ardagh, Co Longford
who celebrated her 100th birthday on 18th July
last. Anne, who is an avid whist card player, still
plays cards regularly at various whist drive tournaments around the county, as well as in the Granard Community Centre. Given her connection to
muscular dystrophy (through me), Anne had therefore requested that all proceeds from this special
charity event be donated to MDI. Therefore, I attended this whist drive on the night on behalf of
MD and spoke briefly about the work which we do
and thanked everyone for coming out and helping
to raise awareness and funds for Muscular Dystro-

O

phy Ireland. A great night was had by all who attended and €500 was raised for MDI. The proceeds from this event were presented to me at a
cheque presentation evening in Granard Community Centre the following week, on Monday 3rd August (see picture below). I would like to express
my sincere thanks on behalf of Muscular Dystrophy Ireland to my Auntie Anne, my cousins Gerard
Leavy and Una Byrne from Ardagh, Paddy Dowd
(Granard Community Centre), Martin Clynes
(Chairman, Granard Community Centre) and all
from Granard and the surrounding districts who
organised and supported this event. Your support
is very much appreciated. All funds raised will go
towards MDI’s respite support services.
Hubert McCormack
Administrator / Editor
Muscular Dystrophy Ireland
Pictured at the cheque presentation to MDI at Granard
Community Centre are (l-r): Gerard Leavy, Anne Byrne,
Hubert McCormack, Paddy Dowd and Martin Clynes.
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Trim Golf Classic
Muscular Dystrophy Ireland
is seeking support for it’s
6th Trim Golf Classic
Saturday 19th September 2015
South Meath Golf Club, Trim, Co Meath

4 Ball - €100 per team
Time sheet available from 7.30am & the
last tee off at 3pm.

Presentations &
entertainment from
9.00pm.
Venue:
The Malt House,
Trim. Co Meath
Music by:
“Back Beat”
followed by DJ
Christy

Further information
& to register contact:
Niall Winters:
Paul Harris:
Michael O’Flaherty

086 1003307
086 8135272
086 3535980
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MDI Annual Greyhound Race
Night and National Draw
Shelbourne Park Greyhound Stadium
Dublin 4

Tickets €10
which includes:
admission, race
card and entry into
the MDI National
Draw (Children
under 14 admitted
free).

MDI would really
appreciate your
support.
Thank You
For more details contact
Patrick on:
(01) 6236414 or
email: patrick@mdi.ie

Saturday
17th October
Doors Open: 6.00pm
First Race: 7.50pm
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New Family Support Worker for North
Dublin and the North East Region

Hello!
My Name is Glenn Dalton and I am the new
Family Support Worker for North Dublin and
the North East regions (Cavan, Louth, Meath &
Monaghan). I have worked with MDI for the last
3 years as a Personal Assistant. Some of you
may already know me from the respite summer
camps. I am very honoured to be representing
MDI in the community and I look forward to
meeting all MDI members. I am currently mak-

ing contact with all of my members in the North
Dublin and North East regions, however if anyone needs my support in the meantime please
do not hesitate to get in contact.
Best wishes,
Glenn Dalton
Family Support Worker
Tel: 086 3834428
Email: nefsw@mdi.ie

Contact Details for all MDI Family Support Workers
Liam Broughall (South Dublin/East Coast)
Tel: (01) 6236414 or 086 3830966
Email: liam@mdi.ie

Marie Kealy (South East Region)
Tel: 086 6066107
Email: mariek@mdi.ie

Glenn Dalton (North Dublin & North East)
Tel: (01) 6236414 or 086 3834428
Email: nefsw@mdi.ie

Ciara O’Rahilly (Mid-West Region)
Tel: 086 3879159
Email: fswmidwest@mdi.ie

Lisa Fenwick (West / Midlands Region)
Tel: (091) 395497 or 086 6066106
Email: lisa@mdi.ie

Darryl Pearson (Southern Region)
Tel: (021) 4214045 or 086 3899266
Email: darryl.pearson@mdi.ie

Sinead Gillespie (North West Region)
Tel: 086 3899279
Email: sineadnw@mdi.ie

Margaret Goode (FSW / Clinic Coordinator)
Tel: (01) 6236414 or 086 8384426
Email: margaret@mdi.ie
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Above:
MDI Cork member
Jerry Forrest
(right) and his
brother Billy pictured on an MDI
social outing
recently to
Ardmore Pet Farm,
Co Waterford.

Young MDI members, Oisin Pollard, Katie Kelly &
Emer O’Sullivan pictured in Bunratty Folk Park
while on camp in Galway in June.

Pictured right:
Joe Barry and
Caleb Lane
from Cork, at
the top of Cork
County Hall,
checking out the
view on a recent
MDI social outing in Cork.
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Muscular Dystrophy Ireland
MDI members and staff pictured at Bunratty
Castle on a recent MDI holiday organised for
teenaged members.
members

Please Support

Your donation will be
much appreciated.

Text MDI to 50300
to donate €2.00

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, D02 DR77
Country of registration:
Ireland
Charity No:
60460
Directors: Garry Toner, Derek Farrell, Helen McDonnell, Florence Dougall, Grace Greene,
Ephraim Purcell, John Dullaghan.

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.

