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Research Update
are safety trials and that will have no
therapeutic benefit. They insisted that they
would have no problem with Irish participants
being involved in further Trials and
encouraged that we set up a DMD/BMD
database registry and recommended the model
which PPUK have in place.

MDEX Update
A meeting of the MDEX Consortium took
place at the Muscular Dystrophy Campaign
offices in London on Tuesday 12th June 2007
at 12 noon.

The database in the U.K. is used to recruit
clients for upcoming trials by researchers
involved in other studies as well as MDEX.
I presented a cheque for £25,000stg being the
third installment of the funding granted by
MDI. This £25,000 will be used by Dr.
Matthew Woods and Prof. George Dickson
who are refining the chemistry of the AOs.

In attendance were the following: Dr. Ian
Graham, Prof. George Dickson, Dr. Matthew
Wood, Prof. Dominic Wells, Prof. Katie
Bushby, Dr. Jenny Morgan, Jenny Versnell,
Prof. Francesco Muntoni, Emma Heslop
Treat-NMD, Dr. K. Ganeshaguru Project
Manager for MDEX and myself Jimmy
Mooney (MDI).

MDEX suggested that if MDI would prefer
they could do a teleconference with them to
avoid the necessity of travelling to London for
updates.
Jimmy Mooney
MDI Member

Dr. Ganeshaguru is the Project Manager
appointed by the consortium and he shall be
responsible for dealing with any enquiries
MDI may have in the future.
My main question for the consortium was
why had Phase I of the
Trials not commenced
yet. They answered by
explaining that the
reasons were purely
bureaucratic and on a
par
with
those
experienced by other
Trials by Prosensa,
Myodur etc. The group
were
confident that
Phase I shall be
underway by the end of
June.
There are no Irish
participants
recruited
for this first phase as
they feel that it would
be unfair to expect
people to travel to the
U.K. for studies which

MDI member from Donegal, Jimmy Mooney presents Prof George Dickson from the
MDEX Consortium with a cheque for £25,000stg as the third instalment of funding
granted by MDI.
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Summary of Research Presentations at the MDI AGM
28th April 2007
Dr. Matthew Wood, University of Oxford
Exon Skipping: A New Therapy for Duchenne Muscular Dystrophy
Please note, background information to this research (eg what exon skipping is) has been given in previous
editions of the MDI newsletter. If you did not see this or would like any further information, please contact
Karen at 01 8721501 or email Karen@mdi.ie and I will forward it on to you.
MDEX Consortium Research:
• A phase I clinical trial of intramuscular delivery of antisense oligonucleotides (AOs) will take place in 2007.
• Systemic delivery of AOs is being developed.
• A phase I/II clinical trial of systemic delivery should be underway in 2008/2009.
Steps Toward Phase I Clinical Trial:
1. Select and optimise skipping of human dystrophin exons.
2. Optimise AO chemistry.
3. Methods to improve systemic delivery and muscle targeting.
4. Patient selection and preparation.
1.

Select Exons
• Selected exon 51 first as it is the most common area of deletion (around 17% of boys with DMD).
• Different AOs were tested to find the best one.
• Some members of the Consortium are moving on to screen other exons: 53, 45 and 46 at the moment.
2. Optimise AO Chemistry
• Choice of AO chemistry important to enhance efficacy, improve stability and duration of effect, and
minimise toxicity.
• Morpholinos (3rd generation AOs) work well – give prolonged dystrophin correction; predictable
metabolism (eliminated intact via the kidneys); low toxicity in animals; multiple drug delivery options (intra
muscular, systemically, orally).
• Aim is to find a drug that works well at the lowest possible dose. AO peptide conjugates enhance delivery.
Many peptides have been screened but arginine rich is very promising, almost twice as efficient.
3. Improve Systemic Delivery and Muscle Targeting
• “IV Delivery of Morpholino AO” Alter et al, Nature Medicine, 2006. Study found that 7 weekly injections
in mice at very high doses reduced CK levels but had no effect in the heart. Need to improve exon skipping
effects in the heart.
• New research taking place into the use of low power ultrasound together with micro bubbles as a physical
enhancer of morpholino delivery.
Phase I Clinical Trial
• Will involve a single intra muscular injection of AOs into a relatively unimportant muscle on the upper surface
of the foot.
• Participants have mutations that would benefit from skipping exon 51.
• Participants have to be old enough to consent to treatment. There will be no therapeutic effect.
• The muscle must be intact – confirmed by MRI scan.
Phase I Clinical Trial Endpoints
• Primary endpoint is safety.
• Secondary endpoint is restoration of dystrophin.
• Muscles monitored by MRI and biopsy.
• Will use histology to detect dystrophin.
• Will document revertant fibres (the body can naturally overcome some problems and produce a little dystrophin)
and new dystrophin.
Dutch Clinical Trial
• 3 participants, targeting a different sequence of exon 51.
• Different AOs used with an older chemistry.
• Intra muscular injections into a different muscle in the foot.
• Some positive results were presented at a closed meeting in February 2007.
Present Status of the MDEX Research
• Targeting exon 51.
• Morpholino AOs are being supplied by AVI Biopharma, USA.
• Clinical trial protocol has been approved.
• Trial is due to begin in July 2007.
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Summary of Research Presentations at the MDI AGM
(continued)
Prof. Kay Ohlendieck
Proteomic Profiling of Heart and Muscle Fibres
Muscle proteomic research is an ideal analytical tool to determine secondary changes leading to
muscle pathologies which may lead to the identification of novel therapeutic or diagnostic targets.
The sites of potential therapeutic intervention are:

Proteomic profiling of heart and muscle fibres in MD involves:

This study has only begun so updates will be given as and when they are available.
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The Assessment Officer is responsible for
issuing your child’s assessment report.
The assessment is independent, based solely
on your child’s disability needs, and is carried
out regardless of the cost or availability of
services. All assessments will be carried out
in line with the standards developed by the
Health Information and Quality Authority.
You will be encouraged to take part in your
child’s assessment.

Assessment of Need
under the Disability
Act 2005
On 1 st June 2007, Part 2 of the Disability Act
2005 became law for children under 5 years
of age. This means that children under 5 with
disabilities now have a right to:

Where do I apply?
•

•
•
•

an independent assessment of their health
and educational needs arising from their
disability
an assessment report
a statement of the services they will
receive
make a complaint if they are not happy
with any part of the process.

Applications must be made in writing on a
standard form which is available from your
Local Health Office. Call the HSE infoline
1850 24 1850 or check www.hse.ie for a list
of Local Health Offices in Ireland.

How long will it take?
Your child’s assessment must start within 3
months of the completed form being accepted
by the HSE. It must be completed within a
further 3 months of the date of the assessment
commencing. In exceptional circumstances
the assessment may take longer than 3 months
but it must be completed as soon as possible.

Who can apply for an assessment?
Any parent who feels that their child aged
under 5 may have a disability can apply for an
assessment.
An application can also be
made by a guardian or a personal advocate
assigned by the Citizens Information Board
(call 1890 777 121 or check the website:
www.citizensinformation.ie).

What happens next?
When the assessment is complete, a HSE
Liaison Officer will prepare a service
statement for you. The service statement says
what services and supports will be provided
to your child and will be prepared within 1
month of the assessment being completed.
You will receive your child’s assessment
report and service statement at the same time.

What is an Independent Assessment
of Need?
An independent assessment of need is an
assessment of the full range of your child’s
needs associated with his or her disability.
After this, you will receive an assessment
report detailing your child’s health and
educational needs and the services required to
meet those needs.

What can I do if I am not satisfied?
If you are not happy with the assessment or
service statement, you can make a complaint
to the HSE, who will arrange for your case to
be reviewed. You can complain if:
• your child is found not to have a
disability and you do not agree
• the assessment is not done in line with
the standards set by the Health
Information and Quality Authority

Who will carry out the assessment?
Your first point of contact is your local
Assessment Officer, who is responsible for
your child’s assessment. Each Local Health
Office has an Assessment Officer. They can
assist you with your child’s application and
help and support you throughout the process.
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an assessment is not started and
completed
within
the
agreed
timeframes
• the services in your child’s service
statement are not being delivered.
If you are unhappy with the outcome of your
complaint you can appeal to an independent
appeals office. The determination of the
appeals officer is final and may only be
appealed on a point of law to the High Court.
•

Infomation Days - Belfast

Myotonic Information
Day – Belfast
The Muscular Dystrophy Campaign of
Northern Ireland and the Myotonic Dystrophy
Trust are holding a Myotonic Information Day
for adults with Myotonic Dystrophy.

Further information
Applications must be made in writing on a
standard form which is available from your
Local Health Office. Call the HSE infoline
1850 24 1850 or check www.hse.ie for a list
of Local Health Offices in Ireland.

The event is being held on Saturday 29th
September 2007 at The Park Plaza Hotel,
International Airport, Crumlin, Belfast, with
registration and coffee beginning at 10.00am.
The programme will include speakers on
medical management, research up-date,
genetics, physiotherapy and allowances and
benefits.

The above information is from the Health
Service Executive.
It is hoped that children over 5 years of age
will be given an assessment of need as soon
as possible. Independent assessments of need
will be in place for adults with disabilities by
2011.
You can find out more about the changes
and plans that are in place under the
National Disability Strategy and what they
mean to you, in the booklet “New Disability
Plans” from the National Disability
Authority. This booklet was sent to all
households in May 2007. If you did not
receive a copy, you can view it online at
www.nda.ie or I can send you a copy.
Contact me at 01 8721501 or email
karen@mdi.ie
Karen Pickering
Information Officer

The cost is £10 sterling per person, which
includes a three course lunch and tea / coffee in
the morning and afternoon.
These information days are always very
popular and since places are limited, early
booking is essential to ensure your place at the
event.

Neuromuscular
Information Day for
Professionals
A Neuromuscular Information Day for
Occupational Therapists and Physiotherapist is
also being held on Wednesday 19th September
2007 in Comfort Hotel, 20 Dunsilly Road,
Antrim.

From Sept 07 a
person can qualify
for 50% of carers
allowance and 50%
of the associated
respite grant even if
they are getting
another
social
welfare payment.
For more information,
contact your local social welfare office.

For more information about either of
the above events, please contact:
Oonagh Morrison, Regional Care Advisor,
Forster Green Hospital, 110 Saintfield Road,
Belfast, BT8 4HD, Tel: 028 9079 0708 Email:
oonaghm@muscular-dystrophy.org
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MDI Youth News
Justin Timberlake Concert

July Youth Camp

th

On 30 June last, MDI member, Maureen
Brennan from Westmeath travelled to Dublin
to attend the Justin Timberlake concert in the
RDS where she also had the privilege of
bumping into Louis Walsh!! Following a
great concert and a good rest, Maureen spent
the next day shopping at Dundrum Shopping
Centre before heading home after an
enjoyable weekend.

The July Camp for younger members took place
at the time of print, in Ti Chulainn Cultural
Activity Centre, An Mullach Ban, Co. Armagh.
A full report and pictures will be included in the
next issue.

Mary Rose is Cork Rose!
Mary Rose Howell, who is on leave at the
moment from her role as MDI Youth Worker in
the Southern Region (Cork/Kerry), was
announced as this years Cork Rose on Friday 6 th
July. Mary-Rose will now represent Cork in
this year’s Rose of Tralee Festival, which will be
televised live on RTE One on the 20 th and 21 st
August, so make sure to tune in.

Power Soccer Tournament Finals
Limerick University – 14th July 2007
On Saturday 14th July, 15 young members
from around the country attended the MDI
Power Soccer Tournament finals in Limerick.
Members from Dublin, Kildare, Westmeath,
Offaly, Cork, Kerry, Galway, Roscommon
and Clare participated in a series of
competitive heats, which resulted in the
Midlands Team claiming the trophy for the
forth time. A great day was had by all who
attended. See photos on page 9 which capture
the days atmosphere.

Photography Workshop
Some members from the Midlands region
participated in a photography workshop from
17th to 19th July. The budding photographers
learned about the history of photography and
were shown skills on how to take good
photos. A week long of day trips and
activities is planned for early August (dates to
be confirmed), where participants can practise
their new photography skills. We hope to
have some photos in the next issue!

Mary-Rose pictured with her boyfriend & escort David
O’Driscoll after being crowned Cork Rose

We would like to congratulate Mary Rose on this
fantastic achievement and wish her loads of luck
in Tralee.

Thanks Stephanie!
We would like to thank Stephanie Fagan (Youth
Worker for Midlands Region) for doing a great
job in filling in for Sinead Glennon while on
maternity leave. Stephanie will be finishing with
MDI in August and we would like to wish her all
the best in the future and you never know we
might still see her on camps.
Karen Mooney
YRW, Eastern Region

Music Workshop
There will be a Music workshop held in
Dublin from the 13th to 17th of August. The
workshop will be for two hours in the
afternoon with a Samba music teacher. If
members are interested in getting involved in
this workshop please call Karen on 0866066109.
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of as a nominee, I never dreamed that this would
happen to me!

Young Person of
the Year Award

Well my friends, thank you for taking time to read
this piece and until next time, Take care and God
bless
Eileen Gormley
MDI Member, Galway

Hi Folks,
Eileen Gormley from
Galway here to tell you
about
a
wonderful
honour which I received
last
May.
I
was
nominated as Young
Person of the Year,
under the category of
Personal Achievement
and Accomplishment, I
couldn’t believe it, me?
To say I was over the
moon would be an
understatement!
The event, which is
organised by Junior
Chamber International
recognises
the
achievements
and
contributions that young
people have made in
their lives.

Pictured with MDI’s Eileen Gormley (Centre) are fellow award winners: Hector Ó hEochagáin,
TV Personality and Gaelgoir; Ann Kavanagh , Chairperson of the ALá Community Theatre
Project; Aoibheann McCann, Galway Rape Crisis Centre; Niall McNeilus, Galway United Board
Member; Sally-Anne Flanagan, Mayor of Tuam; and Ken Horan, World Title Holder of
Kickboxing Championships.

Seven people from Galway were nominated under
different categories, including Fundraising and
Charity work, Community Development and the
promoting of the Irish language.

Editors note:

Since this article was written, MDI have learnt that
Eileen has qualified for the next round, the nationals,
which take place in Cork in October. We would like to
congratulate Eileen on a wonderful achievement and
wish her all the best in Cork.

The event was held in City Hall in Galway the
evening after the Election. As well as the people
who were nominated, their nominators, families
and friends, the Deputy Mayor of Galway and the
President of Junior Chamber International
attended. We were called individually to accept
our award which consisted of a beautiful trophy
and a certificate. It was a fantastic event and so
lovely to have family and friends to share in this
wonderful event. I felt like a celebrity after the
awards were given because of all the photographs
which were taken for various newspapers.

For Sale
Renault Kangoo – Year 2006 - 23,000 km.
Wheelchair Accessible - Location: Leitrim
Contact: Eugene Quinn on: 0719644142 or 087
2576142

Volkswagon Transporter Shuttle - Year 2006.
6,000 km. - Location: Kerry - Has a ricon lift for
wheelchair. 3 seats and wheelchair space in back area
with tie downs. Contact: 086 3858187

There are two rounds of this event to go, the
nationals will be held in Cork in October and the
Internationals are held in Turkey in November.
But the real award for me was to be even thought

Swivel Seat - Swivel car passenger seat for sale.
Location: Offaly. Contact Jerry at 087-9820485.
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The Winners

The Presentation
The Runners Up
The Game

The Tackle

The Rivals
The Prize
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New Staff Members
Welcome

New Family Support Worker

MDI are delighted to announce that we have
four new members of staff joining the MDI
team. Julie Ann Coleman has been appointed
as the full time Family Support Worker
covering the South West and East Coast
Dublin, Wicklow and Kildare HSE areas.
Claire Lakeman has been appointed as the
part time Family Support Worker covering
the Northern Dublin HSE Area. Both JulieAnn and Claire commenced working with
MDI in July and introduce themselves on this
page.

Sth. Dublin, Kildare & Wicklow
Hi all,
My name is Julie-Ann
Coleman. I am the
newly
appointed
Family
Support
Worker for the south
Dublin, Kildare and
Wicklow region.
My background is in social care having
worked with St. Josephs services for the
visually impaired for the past 5 years.
I am very excited about my new role and I
look forward to the challenge ahead.

A new Fundraising Officer, Amy Bramely and
a new Receptionist, Laura Leeson have also
started working with MDI recently and both
Amy and Laura will introduce themselves in
the next issue.

I hope to meet you all in the near future,
please don’t hesitate to contact me if there is
anything you need. My contact number are:
(01) 8721501 or 086 383 0966.

We would like to wish all new staff members
well in their new posts.

New Family Support Worker
North Dublin Area

I hope you all enjoy the rest of the summer.

Hello,

Regards,
Julie-Ann Coleman
FSW – South Dublin, Kildare & Wicklow

My name is Claire
Lakeman and I am the
new Family Support
Worker for Dublin
North.

To members living in the HSE South West
& East Coast Area Region (South Dublin,
Kildare & Wicklow)

I am originally from
New Zealand, but
have been living in
Australia
before
moving to Ireland this year.

As I have just finished working as a Family
Support Worker with MDI. I wish to convey
my sincere best wishes to all the members I
have had the pleasure of meeting/working with
over the last four years. I hope that the new
Government prioritises the needs of people
with disabilities and provides additional
funding for the many services required!

My background is in community nursing and
I am looking forward to meeting families in
my area.
Should you need to contact me, I will be
working on Mondays, Tuesdays and
Wednesdays and I can be contacted on (01)
8721501 or 086 383 4428.
Claire Lakeman
FSW – North Dublin

Best of luck to my successor (Julie-Ann) as
she takes on her new role.
Regards,
Eithne Diamond
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Recent Fundraising Events
condition of muscular dystrophy and for
raising a fantastic amount of money for MDI.

School Children Raise
€4,800 for MD

Well done to everyone concerned and thanks
again.
Lynn McGuinness
MDI Member

Congratulations and well done to the children
in 1 st class Scoil Mhuire na nGael's in
Dundalk who last March raised a staggering
€4,801.00 for Muscular Dystrophy Ireland.
MDI member, Lynn McGuinness’s son Jude,
who has Duchenne muscular dystrophy is a
pupil in this class. Their teacher Martina
Rafferty said "the amount of money raised for
MDI was a fantastic tribute to a joint effort by
sponsors, children and parents. The children
put in a great deal of time and effort. The kids
did trojan work. They rehearsed during and
after school and they were even rehearsing
during their mid-term break"

€1,300 raised by
Parachute Jump

The two hour production started with the
staging of traditional tales “The Enormous
Turnip” and “The Gingerbread Man”. The
second half of the evening was dedicated to
paying tribute to their families.

Thank also to: Cian Harrison, Robert
Fitzsimons and Gwen Summerville who
took part in a sponsored parachute jump
in July and raised over €1,300.00 for the
Dublin branch of Muscular Dystrophy
Ireland. Well done guys!

Liz Lacey, MDI Family Support Worker for
the area attended
the evening and
made
a
presentation to
Jude's teacher,
Ms Rafferty, for
her
enormous
efforts.
We in MDI
would like to
thank
Ms
Rafferty in Scoil
Muire na Ngael
and
her
27
pupils (pictured
right) for their
enormous
efforts
for
highlighing the

Children from 1st class Scoil Mhuire na nGael's in Dundalk
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Women’s Mini Marathon
This years Flora Womens Mini Marathon took place in Dublin City Centre on the June Bank Holiday
weekend. The marathon is one of three national fundraising campaigns which MDI participates in
each year. We were greatly encouraged with the turnout this year, we had over 100 participants and
have raised over
€11, 000 to date
Staff
members
from MDI met
with participants
after the race in
Café en Seine for
refreshments and a
chat and were
delighted to see so
many
people
enthusiastic
to
raise
awareness
and funds for
MDI. We would
like
to
thank
everyone who ran
on our behalf in The Roscommon Gang! Thank you to Marcella Cavigan (pictured somewhere above!) with a
bus load of women from Roscommon who ran for MDI. Thanks ladies!
this years event
and if anyone has
still got funds to send in please do so at your earliest convenience so we can advise all participants
and members of the grand total raised in the next edition of the newsletter.
A new film “Darius Goes West” is the true story of 15 year old Darius
Weems who has Duchenne muscular dystrophy, and what happens
when he and 11 friends travel across America to try to get his
wheelchair customised on the MTV programme “Pimp my Ride”.
Our trip had four goals” said 24 year old Logan Smalley, who made
the film. “As well as seeing if we could get Darius on Pimp my Ride, we wanted to take him on
the trip of a lifetime – he’d never seen the ocean or a mountain range before; to evaluate
wheelchair accessibility across the US, particularly at major tourist attractions; and to raise
awareness of Duchenne muscular dystrophy.”
Darius visited the Grand Canyon and Las Vegas, went white-water rafting in the Rocky
Mountains and was even taken on a private tour of the Desperate Housewives set by actress
Felicity Huffman. However, Darius could not enter many ordinary places such as a petrol
station, as it was not wheelchair accessible.
The end of the film is a closely guarded secret so people will have to watch and see if Darius
fulfilled his wish of appearing on “Pimp my Ride”. While “Darius Goes West” has won 17
awards at film festivals across the USA and premiered in June in the UK, there are currently
no plans for the film to be shown in Ireland. If any members of MDI are aware of any Irish film
festivals who may be able to screen it, please let me know. It will be released on DVD so I will
keep you posted. Logan Smalley, the film maker, told me that they are launching a Darius Goes
West-in-the-schools programme in the autumn, aimed at secondary school students. They will
be packaging the DVD with lesson plans, study guides etc, and will encourage students to
fundraise for research into DMD (for “Charley’s Fund”).
If you would like more information about the film, check the website www.dariusgoeswest.com.
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