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Dear members and friends, 

Welcome to the Winter issue of MDI Newsletter! 

As we near the end of 2021, we are very conscious that it 

is still a particularly challenging time for MDI members 

and their families. We want you to know that all of us at 

MDI are here for you and that we are continuing to 

innovate and tailor our services so that we can best meet 

your support needs through the twists and turns of the 

pandemic and public health restrictions.  

We are also working hard to advocate for decisions and 

changes, including those relating to COVID-19, that 

impact positively on the lives of children and adults living with muscular dystrophy/

neuromuscular conditions and their families and carers. In early November, MDI was one 

of 15 organisations and representatives of medically-vulnerable groups who campaigned 

for all people with chronic and rare conditions, and their families and carers, to be 

immediately prioritised for vaccine boosters. We note that on 16 November, the Minister 

for Health, Stephen Donnelly, announced the extension of the COVID-19 booster 

vaccination programme to include those with underlying medical conditions, the over-50s 

and those in long-term healthcare facilities. You can catch up on our advocacy efforts in 

Advocacy updates and developments. 

This issue of MDI Newsletter also contains good news! We are heartened by positive 

developments in clinical trials of treatments for a number of conditions. While we are 

always mindful that the process to develop treatments, from preclinical development to 

clinic trials and on to approval, can be slow and take many years, it is nonetheless hopeful 

to see significant positive results coming from several clinical trials. You can read more 

about this in Developments in research and treatments. 

We are also delighted to learn the excellent news that the gene-replacement treatment 

Zolgensma has been approved for reimbursement and is now available to two specific 

groups of babies and children with spinal muscular atrophy (SMA) in Ireland. The historic 

manner in which the price agreement was negotiated by three EU countries together will, 

we hope, pave the way for further successful negotiations regarding other treatments. 

It is also extremely promising that Trinity College Dublin, St James’s Hospital and 

Children’s Health Ireland have been involved in delivering this first-ever gene therapy to 

children in Ireland.  

As part of MDI’s strategic priority to support researchers and clinicians to carry out quality 

research into neuromuscular conditions, we are pleased to be collaborating on two 

projects that aim to improve the quality of life of people living with the conditions. One is 

with University College Dublin researchers, and it will gather information on the current 

knowledge of neuromuscular conditions held by nutritionists working in hospital and 

community settings. It will identify knowledge gaps or training needs and develop 
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evidence-based guidelines. The second research project is in partnership with 

researchers at Trinity College Dublin. It aims to assess the availability, access, and use of 

physiotherapy by individuals affected by muscular dystrophy in Ireland. It will also gather 

the knowledge of muscular dystrophy and muscular dystrophy-appropriate treatment 

regimens held by physiotherapists currently working in hospital and community settings. 

Any knowledge gaps or areas in which physiotherapists would like more information will 

be identified. 

We are also pleased to bring you a focus on primary education in this issue. We wanted 

to bring you a positive story of primary education and we have brought together the 

experiences and perspectives of a boy living with muscular dystrophy, his mother and the 

principal of his school. From these three points of view, we can see the many elements 

that go into ensuring that children living with muscular dystrophy can participate fully in 

school, belong and fulfil their potential, as is their right. 

You will find further information regarding primary education and plenty of other news in 

the following pages and I hope you enjoy reading about all the developments. 

I wish you and your loved ones a safe, peaceful and happy holiday season!  

Thank you, as ever, for your support, 

MDI’s Annual General Meeting took place 

on Saturday, 4 September 2021. It was 

held successfully in a hybrid manner – 

physically at 75 Lucan Road, Chapelizod, 

Dublin 20 and virtually by Zoom. The 

meeting itself was focused on the normal 

business of an AGM and the resolutions 

before the members were considered. 

We wish to express our very sincere 

thanks to Dr John Roche, who formally 

stepped down from the role of Chairperson 

at the AGM. We thank him for his 

invaluable input and huge contribution as 

Chairperson since taking on the role in 

May 2017. We are delighted that he will 

remain on the board as an active 

participant.  We wish also to express our 

thanks to Dr Una McCourt, who stepped 

down from the role of Secretary, for all 

her excellent work. 

And last but not least, we wish to express 

our gratitude to Kenneth Rowan, who has 

stepped down from the board, for his 

many years of committed, voluntary 

service to the organisation and we wish 

him well for the future.  

We would also like to thank the CEO, 

Finance Administrator, Head of Services, 

Information Officer and all the 

administrative and reception staff who 

made the AGM possible and for their 

preparation of an excellent annual report 

despite Covid-19 restrictions. 

MDI’s current board members as at  

5 Sept 2021 are: 

Mr Patrick Cassidy – Chairperson 

Ms Róisín Glynn - Vice Chairperson  

Ms Hazel Bridcut – Treasurer  

Ms Fiona Nolan – Secretary  

Mr Eoghan Clifford 

Mr Gareth Crowe 

Dr Ashling Holland 

Dr Una McCourt  

Dr John Roche.  

Report of MDI AGM, 4 September 2021 

Elaine McDonnell 

CEO 



 

MDI staff Elaine McDonnell, Jimmy Murray, Darren Lyons and Sheila Murphy (pictured, left 

to right, below) were delighted to attend the preview screening in Dublin of Breaking Out, 

an award-winning new documentary film.  

 

Breaking Out tells the remarkable story of Fergus O’Farrell, the lead singer with 

Interference, one of the most talented and influential bands to emerge from the Irish music 

scene in the 1990s. The Cork-born singer was best known for his song Gold, which featured 

on the soundtrack of Once, the Oscar-winning film and multi-Tony-award-winning musical. 

 

Fergus, who was diagnosed with 

muscular dystrophy at a young age, 

lived life to the full and was determined 

to forge a career as a musician. His 

unique talent and love for life helped to 

inspire a generation of songwriters.  His 

close friend – and later Oscar winner – 

Glen Hansard was one of those 

songwriters. Glen never forgot that 

voice, and in one of the most moving 

scenes in Breaking Out, he performs the 

ultimate duet as Fergus’s greatest gift 

was failing. 

 

This intimate portrait of the late 

musician was filmed over ten years by 

director Michael McCormack. It won 

the George Morrison Feature 

Documentary Award at the 2021 Irish 

Film and Television Awards and Best 

Irish Documentary at the Galway Film 

Fleadh 2019. 

 

Breaking Out was released in cinemas in 

Ireland on 19 November. 

The singer 
and the song  

An award-winning new documentary, filmed over 

ten years, tells the story of musician Fergus 

O’Farrell, who lived with muscular dystrophy 
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Developments in international 

research and treatments 
These are more hopeful times for research and the development of treatments for 

neuromuscular conditions and standards of care. Here is a round-up of some developments 

that happened internationally in recent months. If you have any questions or if you’d like 

to let us know about other developments in research and treatments so we can share news 

with members, please email our Information Officer, Maeve Healy, on mdiinfo@mdi.ie.  

 

Disclaimer: Please note that MDI shares information about neuromuscular conditions. We 

do not provide medical advice, diagnosis or treatment. This content is not intended to be a 

substitute for professional medical advice, diagnosis or treatment. Always seek the advice 

of your physician or other qualified health provider with any questions you may have 

regarding a medical condition. 

 

Need help making sense of the jargon? 

As you read this section, remember you can find explanations of some of the terms used in 

clinical research and how trials work on this handy website, www.clinicaltrials.ie. The 

website and the associated documents are part of an information campaign by the Irish 

Platform for Patient Organisations, Science and Industry (IPPOSI) that aims to advise the 

public about clinical trials. MDI is a member of IPPOSI. 

Charcot-Marie-Tooth 

Clinical trials of PXT3003 treatment show significant outcomes 

Charcot-Marie-Tooth (CMT) is a group of inherited conditions that affect the nervous 

system which controls movement and relays sensory information from the arms and legs 

to the brain. CMT1A, the most common form of CMT, is caused by an extra copy of the 

PNP22 gene. The protein that this gene codes for, also called PMP22, forms part of the 

myelin sheath  –  a layer of protein and fatty substances that surrounds nerves and helps 

them efficiently fire electrical signals. PMP22 is processed to become functional before it 

can be incorporated into the myelin sheath. The extra copy of the PMP22 gene causes too 

much PMP22 protein to be made, which disrupts proper formation of myelin in the 

peripheral nervous system and leads to loss of nerve fibres and muscle shrinkage.  

 

PXT3003, a treatment developed by Pharnext SA, contains a combination of three existing 

and approved treatments: baclofen, naltrexone and sorbitol. The combination of the three 

treatments is intended to reduce the levels of PMP22, promote nerve fibre integrity, and 

improve myelin formation (myelination).  

 

In an animal model of CMT1A, PXT3003 successfully reduced PMP22 gene activity and 

increased myelination. Studies in animals have also shown that all three components of 

PXT3003 are necessary for improvements in motor function and fewer muscle cells 

undergoing nerve-related shrinkage.  

http://www.clinicaltrials.ie
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Results of a phase 2 clinical trial (NCT01401257) demonstrated that PXT3003 was a safe 

and well-tolerated treatment for adults with CMT1A. The trial enrolled 80 CMT1A people in 

France who were randomly assigned to a low, medium or high dose of PXT3003 or a 

placebo for 12 months. Participants treated with PXT3003 showed slower or no 

deterioration after one year, compared with those receiving placebo, based on the Charcot

-Marie-Tooth neuropathy score and the Overall Neuropathy Limitations Scale (ONLS). The 

most important improvement after one year was observed in the high-dose group, while a 

slight deterioration could be seen in the placebo group. 
 

Another phase 3 clinical trial called PLEO-CMT (NCT02579759) followed, evaluating the 

safety and effectiveness of PXT3003 in 323 CMT1A participants over 15 months at sites in 

North America and Europe. All were randomly 

assigned to either low-dose PXT3003, a higher 

dose, or to placebo. Results indicated that 

PXT3003 is safe and well-tolerated, with a 

significant easing of disability seen as 

improvements on the ONLS, the trial’s primary 

measure. Significant improvement was also seen 

in the 10-metre walk test, which assesses walking 

ability. 
 

The FDA and the European Medicines Agency 

granted PXT3003 orphan drug designation in 

2014. The FDA also granted the therapy its fast 

track designation in 2019.  

Helixmith, a biotechnology company located in Seoul, Korea with a US presence in San 

Diego, recently reported that their investigational gene therapy Engensis (VM202) showed 

signs of effectiveness at easing sensory neuropathy, or nerve damage, and improving 

muscle health in people with Charcot-Marie-Tooth type 1A (CMT1A). 

The non-viral gene therapy uses small, circular DNA molecules called plasmids to 

deliver the hepatocyte growth factor (HGF) gene directly to nerves and nerve-

supporting cells. HGF provides the instructions to produce a protein that is involved in the 

formation of new blood vessels, and muscle and nerve cell regeneration. The therapy is 

injected directly into selected muscles to regenerate damaged muscles and motor 

neurons, the specialised nerve cells that control voluntary movement.  

A phase 1 clinical trial, which commenced in July 2020, evaluated the safety, tolerability, 

and preliminary effectiveness of Engensis in 12 CMT1A individuals with muscle atrophy 

and peripheral nerve damage. Ten individuals with moderate and two with a mild condition 

received Engensis injections directly in their leg muscles over 270 days (about nine 

months).  

Performance of the treatment was measured using the following: 

• CMT neuropathy score version 2 (CMTNSv2) 

• Functional disability scale (FDS)  

Engensis shows signs of effectiveness at easing nerve damage and 
improving muscle health in people with Charcot-Marie-Tooth type 1A 

https://en.wikipedia.org/wiki/Biotechnology
https://en.wikipedia.org/wiki/San_Diego
https://www.helixmith.com/eng/s2/s2_1.php
https://charcot-marie-toothnews.com/charcot-marie-tooth-type-1-cmt1/
https://journals.physiology.org/doi/full/10.1152/ajpcell.2000.278.1.C174
https://www.nature.com/articles/s41598-018-26704-x
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The STRIDE study (NCT02369731), a study of Translarna’s safety and effectiveness, has 

found that Translarna (Ataluren) treatment delayed the loss of walking by more than five 

years in boys with Duchenne muscular dystrophy (DMD). This study was conducted in a 

partnership between PTC Therapeutics and the neuromuscular network TREAT-NMD, and is 

following participants treated with Translarna, plus standard care (including 

corticosteroids), for at least five years. 

 

The study’s primary goal is to assess the routine, real-world use of Translarna for people 

with a mutation in their DMD gene. This gene provides instructions to make dystrophin, 

one of a group of proteins that work together to strengthen muscle fibres and protect them 

from damage. 

• Overall neuropathy limitations scale – lower limb section (ONLS-Leg) 

• Muscle health was measured through changes in MRI-based fat fraction, which is 

greater in muscles of CMT patients due to nerve damage. 

The following results were obtained: 

• Engensis was generally safe and well-tolerated 

• Improvement was seen in FDS and ONLS-Leg 

• Engensis was associated with a significant, 2.17-point reduction in the CMTNS-v2 score, 

reflecting a 14 per cent drop from the study’s start (baseline). These significant 
improvements were detected in three items: sensory symptoms, pinprick sensibility and 

vibration. 

• There was also evidence that Engensis may help slow muscle degeneration, as 

individuals with more than 10 per cent of fat in their muscles at baseline showed a 

slower fat accumulation (range, 0.8 per cent reduction to 1.2 per cent increase), 
compared with that previously reported for untreated CMT1A patients (a 3 per cent 

increase). 

Two adverse events, ankle swelling and injection site itching, were deemed possibly related 

to the therapy, but they resolved on their own and required no change in treatment dose. 

These findings support the therapy’s overall safety, and its potential to improve sensory 

functions, lessen functional disability, and slow muscle damage. 

Duchenne muscular dystrophy (DMD) 

Translarna preserved walking in boys with Duchenne  

muscular dystrophy (DMD) 

Neurotrophin-3 (NT-3) is a protein that supports the cells that form the myelin 

sheath. A new treatment has been developed that uses gene therapy to increase the 

amount of NT-3 in the muscles of people with CMT1-A. To do this, the NT-3 gene is 

placed in a virus – AAV1 – which is essential to get the gene into muscle and to drive 

the production of NT-3 protein. In pre-clinical studies, this treatment increased the 

amount of myelin sheath and improved motor function. A phase I/phase II trial of 

this therapy, sponsored by the Nationwide Children's Hospital in the USA, was due to 

start this year but has been delayed until production of the virus is completed. You 

can find details of the trial, along with updates on its status, at clinicaltrials.gov. 

AAV1 NT-3 

https://clinicaltrials.gov/ct2/show/NCT03520751?cond=NCT03520751&draw=2&rank=1
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The following are the key findings of the study: 

• Data from 241 boys enrolled in 13 countries over a five-year period were compared to 

boys who did not receive Translarna. (They received standard care.)  

• Boys treated with Ataluren had a median age of loss of ambulation (ability to walk) of 

17.9 years compared to 12.5 years for those on standard care alone. 

• 80 per cent of boys who received Ataluren were still walking at age 12 compared to 

52 per cent who received standard care alone.  
 

The results from this study show that treatment with Translarna can potentially give 

children more years of being able to walk. Translarna was well-tolerated, with adverse 

event data consistent with the known safety profile, representing more than 1,000 patient-

years of exposure – a measure that takes into account treated patients and study duration. 

Translarna is currently approved in Europe for individuals with DMD who are aged two 

years and older, have nonsense mutations and can walk. 

Solid Biosciences report additional pulmonary function results from 

ongoing IGNITE Duchenne muscular dystrophy (DMD) phase I/II 

clinical trial of SGT-001 

Solid Biosciences, a life sciences company that focuses on advancing meaningful therapies 

for Duchenne muscular dystrophy, recently reported positive pulmonary function data from 

the first six people in the ongoing IGNITE DMD phase I/II clinical trial of SGT-001. 
 

The IGNITE DMD clinical trial (NCT03368742), is in the process of evaluating the 

safety,  tolerability, and effectiveness of SGT-001 in 16 boys, aged four to 17 years, with 

DMD. SGT-001 delivers a synthetic dystrophin gene, called microdystrophin, to the body. 

This microdystrophin encodes for a functional protein that is expressed in muscles and 

stabilises essential associated proteins. Participants will receive a single intravenous (IV) 

infusion of SGT-001 and will be followed for approximately five years.  
 

The therapy has received rare paediatric disease status in the US and orphan drug 

designations in both the US and the European Union for the treatment of DMD. (When a 

therapy is designated as an orphan drug, it can help the medicine’s developer advance the 

medicine to the stage where it can be authorised for sale. Formal approval – marketing 

authorisation – is needed before a medicine can legally be marketed.) 
 

The following results were reported from the first six participants in the IGNITE trial. Three 

participants received a low dose (5E13 vg/kg) and three got a high dose (2E14 vg/kg). The 

data for three untreated control participants was also included in the analysis.  
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Sarepta Therapeutics recently shared new analyses and functional data from its SRP-9001 

(micro-dystrophin) development programme. SRP-9001 is an investigational gene transfer 

therapy intended to deliver its micro-dystrophin-encoding gene to muscle tissue for the 

targeted production of the micro-dystrophin protein. 

 

The following is a summary of the most recent results: 
 

• Results from participants treated with SRP-9001-101 (ages four to seven) found that 

participants improved 8.6 points on the North Star Ambulatory Assessment (NSAA)* 

compared to non-treated individuals, three years after a single treatment with SRP-

9001. 

• In study SRP-9001-102, SRP-9001-treated participants (ages six to seven) had a 

positive 2.9-point difference on the NSAA when compared to untreated individuals. 

• The first functional results were presented from Study SRP-9001-103 (ENDEAVOR), 

which uses commercially representative SRP-9001 material. Results from the first 11 

participants in Cohort 1, ages four to seven, demonstrated a 3.0-point improvement on 

the NSAA six months after treatment. 
 

*The North Star Ambulatory Assessment (NSAA) is a 17-item rating scale that is used to 

measure functional motor abilities in ambulant children with Duchenne muscular 

dystrophy. It is used to monitor the progression of the condition and treatment effects, 

which makes it suitable as an endpoint in clinical trials for Duchenne. 

 

The following is a summary of the trials that Sarepta is currently engaged in: 

1. SRP-9001-101 (Study 101): a single-centre, open-label clinical trial of SRP-9001 to 

evaluate the safety, tolerability and proof of concept of a single dose of clinical process 

SRP-9001 material. The trial enrolled four ambulatory participants with Duchenne 

muscular dystrophy between the ages of four and seven years. The primary endpoint 

was safety, and the secondary endpoint included the change in micro-dystrophin 

expression pre- and post-treatment, decreases in creatine kinase, NSAA total score and 

timed function test. Participants are being followed for five years after treatment, while 

safety and efficacy continue to be evaluated.  
 

Sarepta Therapeutics’ SRP-9001 shows sustained functional 

improvements in multiple studies of participants with Duchenne 

muscular dystrophy 

 

• Improvements in peak expiratory flow rate were noted in all dosed participants and 

declines were noted in the untreated control participants.  (Peak flow measurement 

shows the amount and rate of air that can be forcefully expelled from the lungs.)  

• Improvements were noted in all dosed participants and declines were noted in the 

untreated control participants when forced expiratory volume percentage was 

measured. (Forced expiratory volume percentage is the amount of air that a person 

can force out of their lungs in one second.) 

 

This data provides evidence that SGT-001 may benefit individuals’ pulmonary function.  
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2. EMBARK, Study SRP-9001-301: a clinical trial of testing 

commercially manufactured SRP-9001 material in 120 

participants with Duchenne muscular dystrophy between the 

ages of four and seven years. The primary endpoint will 

assess the change in NSAA total score over 52 weeks 

compared to placebo.  
 

Key features of EMBARK include stratification of participants 

by age and baseline NSAA, with a minimum of 50 per cent 

of participants aged from four to five years enrolled. 

Inclusion criteria include a stable daily dose of oral 

corticosteroids for at least 12 weeks before screening and rAAVrh74 antibody titers of 

less than 1:400. Participants with mutations between or including exons 1-17 or 

mutations fully contained within exon 45 (inclusive) are not eligible. Secondary 

endpoints include the number of skills gained or improved at week 52 as measured by 

NSAA, the quantity of micro-dystrophin protein expression at week 12 (Part 1) as 

measured by western blot, timed function tests and safety. In Part 1, results from the 

treatment and placebo groups are compared through 52 weeks following treatment. In 

Part 2, the study remains blinded to investigators and participants while all participants 

in the placebo group cross over to active treatment and all participants are followed for 

another 52 weeks while safety and efficacy continue to be evaluated.  
 

3. ENDEAVOR, Study SRP-9001-103 (Study 103): an open-label clinical trial of SRP-9001 

that has enrolled 32 participants with Duchenne muscular dystrophy, with 20 

participants aged four to seven years and expanded cohorts that include older 

ambulant and non-ambulant individuals. Study 103 uses commercially representative 

SRP-9001 material and the primary endpoint is the change from baseline in the 

quantity of micro-dystrophin protein expression measured by western blot at 12 weeks. 

Secondary outcome measures include change from baseline in micro-dystrophin 

expression fibre intensity as measured by immuno-fluorescence and micro-dystrophin 

expression measured by IF percent dystrophin positive fibres at 12 weeks. Exploratory 

endpoints include the change in vector genome copies per nucleus, NSAA and certain 

timed functional tests. Including the initial 12-week period, participants will be followed 

for a total of five years. 
 

4. Study SRP-9001-102 (Study 102): a double-blind, 1:1 randomised, placebo-controlled 

clinical trial of SRP-9001 in 41 participants with Duchenne muscular dystrophy aged 

four to seven years. Study 102 uses clinical process SRP-9001 material and has two 

primary endpoints: micro-dystrophin expression at 12 weeks and change in NSAA total 

score at 48 weeks compared to placebo. Secondary endpoints include certain timed 

functional tests; micro-dystrophin expression measured by immuno-fluorescence fibre 

intensity; and micro-dystrophin expression measured by immuno-fluorescence percent 

dystrophin positive fibres. In Part 1, results from the treatment and placebo groups are 

compared through 48 weeks following treatment. In Part 2, the study remains blinded 

while all participants in the placebo group cross over to active treatment and all 

participants are followed for another 48 weeks while safety and efficacy continue to be 

evaluated and for five years total after infusion.  
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Limb girdle muscular dystrophy (LGMD) 

BridgeBio Pharma gets FDA fast track permit to investigate 

BBP-418 as treatment for LGMD2i 

BridgeBio Pharma, a biopharmaceutical company which discovers medicines for genetic 

conditions, announced that the United States Food and Drug Administration (FDA) has 

granted fast track designation for the investigation of BBP-418 as a treatment option for 

limb girdle muscular dystrophy type 2i (LGMD2i).  

Fast track is a process designed to facilitate the speedy development and review of drugs 

to treat serious conditions. The purpose of fast track is to get important new drugs to 

affected individuals earlier. 
 

BBP-418 is an investigational medication that aims to improve muscle strength and 

function in people with limb-girdle muscular dystrophy type 2i (LGMD2i). LGMD2i is an 

inherited condition caused by a mutation in the FKRP gene. Individuals diagnosed with 

LGMD21 experience progressive muscle weakness that affects skeletal, respiratory, and 

cardiac muscle. The FKRP gene helps muscles build a glycoprotein called alpha 

dystroglycan. Alpha dystroglycan acts as a kind of shock absorber, protecting muscles; if 

it doesn’t work correctly the shock-absorbing function is diminished which leads to 

damage to the muscle, a build-up of scar tissue and poorer muscle function.  
 

The trial’s main goal is to assess the therapy’s safety and tolerability. The secondary goals 

are to assess its effects on levels of alpha-dystroglycan and any changes to muscle as 

seen in a muscle biopsy after two years of treatment. The study is expected to finish 

collecting data in October 2023 and conclude in 2026.  

Findings from a study of godolirsen have demonstrated the long-term safety of the 

treatment and showed increased production of dystrophin in the muscles of study 

participants. 
 

The research is a collaboration between a number of academic researchers and Sarepta 

Therapeutics, the company that makes the drug. They have published data from their 

phase 1/2 study of golodirsen, a drug that may be used for the treatment of boys with 

Duchenne muscular dystrophy who have a confirmed mutation amenable to exon 53 

skipping. 

The study was not designed to demonstrate the clinical efficacy of the drug, and the 

number of participants and controls were very small. But an analysis of the data 

suggested that people with Duchenne muscular dystrophy may gain some functional 

benefit from treatment with golodirsen, which may still be observed two years after 

starting treatment. 

This study supports the evaluation of golodirsen, which is currently undergoing a phase 3 

trial (NCT02500381). 

Study shows long-term safety of golodirsen and increased  

production of dystrophin  

https://bridgebio.com/pipeline
https://musculardystrophynews.com/muscular-dystrophy-types/limb-girdle-muscular-dystrophy/
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Avidity Biosciences, a biopharmaceutical company committed to delivering a new class of 

RNA therapeutics called Antibody Oligonucleotide Conjugates, recently announced that 

the US Food and Drug Administration (FDA) has granted fast track designation to its lead 

programme, AOC 1001, for the treatment of myotonic dystrophy type 1 (DM1). 

Myotonic dystrophy is a long-term genetic condition that affects muscle function. It is the 

most common form of muscular dystrophy in adults and affects about one in 8,000 

people. The genetic condition caused by a triplet-repeat in the myotonic dystrophy protein 

kinase (DMPK) gene results in toxic gain of function mRNA (accumulation of toxic mRNA 

in the cell). The condition primarily affects skeletal and cardiac muscle and is 

characterised by muscle weakness, difficulty breathing, and cognitive and behavioural 

impairment.  

 

AOC 1001, the treatment developed by Avidity Biosciences, consists of an antibody that 
binds to the toxic mRNA, and this binding facilitates breakdown of the toxic mRNA in the 

cell.  

The company believes AOC 1001 will be able to address the underlying cause of DM1 by 

reducing levels of DMPK mRNA in skeletal, cardiac, and smooth muscle. 

Preclinical studies have shown that AOC 1001 has successfully delivered the small, 

interfering RNA to muscle cells, leading to dose-dependent reductions in DMPK mRNA.  

In October, the FDA gave Avidity a green light to start a phase 1/2 clinical trial, called 

MARINA, that will primarily evaluate the safety and tolerability of different doses of AOC 

1001 in adults with DM1. Measures of mobility and muscle strength, as well as whether 

AOC 1001 can decrease the levels of DMPK mRNA, also will be assessed. 

The first participants in the phase 1/2 MARINA trial have been dosed with Avidity’s lead 

AOC product candidate, AOC 1001, which is the first time a person has been dosed with 

an AOC. 

Myotonic dystrophy  

Avidity Biosciences’ programme for treatment of myotonic 

dystrophy (DM1) gets fast track from US regulator 

Locanabio announces exciting results from preclinical programme for 

myotonic dystrophy type 1 (DM1) 

Locanabio, a genetic medicines company developing therapeutics for people with severe 

neuromuscular conditions, announced exciting results from its preclinical programme for 

myotonic dystrophy type 1 (DM1). Locanabio scientists demonstrated a dose-dependent 

reduction in toxic RNA foci in both the muscle cells of participants with MD1 and in a 

preclinical mouse model of DM1. This led to a correction in alternative RNA splicing and a 

statistically significant reduction in myotonia, or muscle weakness. 

These data demonstrate a robust reduction of toxic RNA foci, a hallmark of this repeat 

expansion disorder, in the nucleus as well as the correction of splicing and a significant 

reduction of myotonia with Cas13d and PUF constructs via different mechanisms of 

action.  

https://musculardystrophynews.com/2021/08/03/fda-avidity-clinical-trial-mytonic-dystrophy-type-1-therapy-aoc-1001/
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Biogen, a global biotechnology company, plans to initiate a new clinical trial designed to 

evaluate the effect of a higher dose of Nusinersen in individuals with later-onset SMA. 

This clinical trial will include adults who have been treated with Nusinersen prior to 

Risdiplam and children, teens and adults who have only been treated with Risdiplam and 

have not previously received Nusinersen. 
 

Study design: 

• The trial will last approximately 2.5 years 

• Up to 135 later-onset, non-ambulatory people with SMA aged 5-39 will be enrolled 

• All participants must have been treated with the maximum dose of 5 mg of Risdiplam 

before joining the study and must be willing and able to change their treatment 

regimen to a higher dose of Nusinersen. 

• The primary objective of the clinical trial is to evaluate motor function following 

treatment with high dose Nusinersen in participants with SMA previously treated with 

Risdiplam.  
 

The secondary objective of this study is to evaluate the safety and tolerability of high 

dose Nusinersen in participants with SMA previously treated with Risdiplam.  
 

Two groups of participants previously treated with Risdiplam will be enrolled in the study 

(a Nusinersen-naive group and a Nusinersen-experienced group). One group will receive 

a high dose of Nusinersen administered in two doses (50milligrams) approximately two 

years apart, followed by a maintenance dose (28 milligrams) every four months. 
 

Recruitment for the study is expected to begin in 2021.   

Spinal muscular atrophy (SMA) 

Biogen to start new clinical trial to evaluate higher doses of 

Nusinersen in later-onset spinal muscular atrophy (SMA) 

Dyne Therapeutics recently announced new preclinical data from its myotonic dystrophy 

type 1 (DM1) programme. This programme demonstrated robust RNA knockdown of toxic 

human nuclear DMPK, the genetic basis of the condition. This research was carried out in 

a mouse model of the condition. The data shows a dystrophin restoration equivalent to 90 

per cent of the levels in non-affected mice (78 per cent in the diaphragm and 80 per cent 

in the heart after a single dose). It also demonstrated impressive effectiveness in non-

human primates, including 52 per cent in the diaphragm and 43 per cent in the heart, and 

was well tolerated. The positive pre-clinical results are encouraging, and it will be 

interesting to see how this product performs in human clinical trials.  

Positive pre-clinical results from its myotonic dystrophy type 1 (DM1) 

programme (DYNE-101)  

Locanabio’s proprietary platform, CORRECTx™, uses gene therapy to deliver RNA-binding 

protein systems that can be engineered to selectively manipulate disease-causing RNA by 

multiple mechanisms. Their systems are designed to provide a durable therapy with a 

single administration without altering a cell’s DNA. 



 

 

Page - 15 

Historic agreement on pricing of Zolgensma – gene 

replacement therapy for the treatment of spinal muscular 

atrophy (SMA) in children 

In October, we were delighted to learn the good news that Belgium, Ireland and the Netherlands 

reached an agreement on the pricing of Zolgensma, a gene replacement therapy for the treatment 

of spinal muscular atrophy (SMA) in children and babies. Zolgensma will be reimbursed for two 

specific groups of children in all three countries. 

 

It is the first time that Belgium, Ireland and the Netherlands have reached an agreement on the 

price of a drug. The collaboration is part of the Beneluxa Initiative, which aims to enhance the 

access of individuals to high-quality and affordable treatment. The joint reimbursement process for 

Zolgensma started with a Health Technology Assessment by each of the three countries, with 

Austria as external reviewer in the Belgian procedure. In July 2021, the three directly participating 

countries initiated price negotiations. 

 

The agreement means that the HSE will now provide reimbursement of Zolgensma for a subgroup 

of children who meet the specified criteria on which the Beneluxa assessment and negotiation was 

based: those with a bi-allelic mutation in the SMN1 gene and a clinical diagnosis of Type 1, and 

those who are pre-symptomatic with up to three copies of the SMN2 gene. 

 

Trinity College Dublin, St James’s Hospital and Children’s Health Ireland were involved in delivering 

the first ever gene therapy to children in Ireland. The successful collaboration involved four Irish 

children and babies with severe SMA during 2020 and 2021. This was the first time that children in 

Ireland had ever received gene therapy. 

SMA is a rare, progressive, condition that makes muscles weaker and causes problems with 

movement. In the most severe cases, children cannot walk and have problems breathing and 

swallowing. 

 

The gene replacement therapy is a highly 

specialised advanced therapy requiring very 

specialised equipment and healthcare staff to 

administer it safely and to follow the long-term 

outcomes of treatment. The therapy was 

administered at the Trinity Wellcome HRB Clinical 

Research Facility at St James’s Hospital in Dublin as 

part of a unique collaboration between Dr Declan 

O’Rourke and Professor Martina Hennessy. 

The therapy is administered only once and alters 

the genetic barriers to normal muscle and nerve 

development that occur in a child with SMA. 

 

 

Understanding how medicines are 

assessed and reimbursed in Ireland  

If you’d like a refresher on how medicines are 

assessed and reimbursed in Ireland, the Irish 

Platform for Patient Organisations, Science 

and Industry’s (IPPOSI) publication, A Charter 

for Patient Involvement – Medicines 

Assessment and Reimbursement in Ireland, 

explains everything that is involved. You can 

download it here.  

https://www.ipposi.ie/our-work/health-innovation/patient-charter/
https://www.ipposi.ie/our-work/health-innovation/patient-charter/
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We wish to share TREAT-NMD’s statement 

on stem cell tourism regarding Duchenne 

muscular dystrophy, issued in October 

2021. TREAT-NMD is a network for the 

neuromuscular field that provides an 

infrastructure to ensure that the most 

promising new therapies reach children and adults living with muscular dystrophy/

neuromuscular conditions as quickly as possible. Since its launch in January 2007, the 

network’s focus has been on the development of tools that industry, clinicians and 

scientists need in order to bring novel therapeutic approaches through preclinical 

development and into the clinic, and on establishing best-practice care for 

neuromuscular patients worldwide.  

There is a great unmet need for identifying new therapies for Duchenne muscular 

dystrophy. At the same time, it is critical that potential treatments be studied and tested 

in clinical trials in order to ensure their safety and efficacy. It has come to the attention 

of TREAT-NMD that families of patients with Duchenne muscular dystrophy are raising 

money to fund a ‘lifesaving’ stem cell treatment. The TREAT-NMD executive committee 

issued the following statement: 

 

There are currently no clinically approved stem cell therapies for Duchenne, and there is 

no evidence that stem cell therapy is safe or effective for Duchenne muscular dystrophy 

Stem cell therapy is in early clinical development for Duchenne muscular dystrophy, 

including an ongoing clinical trial sponsored by Capricor therapeutics. This trial is 

designed to test the safety and potential effectiveness of this stem cell therapy product. 

Participants in the trial receive the treatment as part of the trial, and not by 

independently paying for the medicine. The information regarding safety, adverse 

events, and efficacy undergoes careful assessment by monitors and regulators and the 

results are presented at international meetings and in the peer reviewed literature. 

Importantly, clinics selling stem cell treatment as a therapy make unsubstantiated 

claims about the safety and efficacy of this approach. There is no evidence that stem cell 

treatment offered by these clinics is effective and there is no evidence that it is safe. 

Selling this as a treatment is a not an acceptable clinical practice, and furthermore 

carries significant risk for potential harm to patients using such unproven and 

unregulated therapies. We therefore strongly recommend against pursuing such 

treatments, and advocate against the raising of money to support obtaining non-

regulated substances or biologics. 

As physicians and researchers working on Duchenne muscular dystrophy, and in 

partnership with families and advocacy groups, we are fully aware of the need to find 

effective therapies for this condition; nevertheless, we caution against any unproven 

initiative which could put the health and potentially the lives of boys and young men 

affected by Duchenne muscular dystrophy at risk. 

TREAT-NMD release new statement on 
stem cell tourism regarding DMD 
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As part of MDI’s strategic priority to support researchers and clinicians to carry 

out quality research into neuromuscular conditions, including quality of life re-

search, we are pleased to be collaborating on two promising projects. 

Optimising nutritional care of individuals 

affected by muscular dystrophy 

MDI partners with Irish researchers 

Muscular Dystrophy Ireland has recently partnered on a research project with Prof Eileen 

Gibney and researcher Ciaran Kelly at University College Dublin. The aim of the research 

is to gather information on the current knowledge of neuromuscular conditions among 

nutritionists working in the hospital and community setting.  

  

MDI felt that this was an important area for research as individuals affected by muscular 

dystrophy often have gastrointestinal or nutritional complications, including weight gain 

or loss, dietary or nutrient imbalance, fluid imbalance, low bone density, swallowing 

dysfunction, and lower jaw tightening. Nutritional imbalances in addition to 

glucocorticoid treatment can negatively affect the respiratory, skeletal muscle, and 

cardiac systems.  

 

The aim of nutritional management is to prevent overweight or obesity and 

undernutrition or malnutrition through regular assessment of growth and weight1. 

Nutritional management also aims to promote a healthy, balanced diet, with optimum 

intake of calories, protein, fluid, and micronutrients, especially calcium and vitamin D. 

Therefore, it is important to ensure individuals affected by neuromuscular conditions 

receive the most up-to-date advice on diets and ingredients which will promote health, 

alleviate, or delay symptoms associated with muscular dystrophy. 

  

The objective of this project is to identify knowledge gaps or training needs among 

nutritionists working in the hospital or community setting. Evidence-based guidelines 

will be produced and made available to nutritionists, individuals affected by 

neuromuscular conditions, carers, and families to support nutritional care of individuals 

affected by muscular dystrophy.  
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Use of physiotherapy to improve quality of 

life of individuals affected by 
neuromuscular conditions 

‘Physiotherapy aims to optimise and/or maintain independence and muscle function, to 
allow as good a quality of life as possible for people who, because of progressive loss of 
movement, are less able to participate fully in daily activities.’ (Gita Ramdharry, 2016). 

MDI has recently partnered on a research project with Dr Deirdre Murray MISCP (PhD) and 

Dr Julie Broderick (PhD) at Trinity College Dublin. Dr Murray is a Research Fellow and 

Clinical Specialist Physiotherapist in Neurology in Beaumont Hospital; Dr Broderick is an 

Assistant Professor in the Discipline of Physiotherapy at Trinity.  

 

Leading neuromuscular experts agree that physiotherapy and appropriate exercise are 

good for individuals with neuromuscular conditions. This is particularly true during the 

COVID-19 era as many individuals affected by neuromuscular conditions have not been 

able to follow their usual routines due to strict cocooning. MDI therefore felt that research 

into the availability, access and use of physiotherapy services by individuals affected by 

neuromuscular conditions would be valuable.  

 

Physiotherapists and physiotherapy play a vital role in the management of 

neuromusculoskeletal problems by monitoring patients’ respiratory status, showing them 

breathing techniques and providing a much-needed link between hospital and community 

settings. Adequate physiotherapy could slow progression of the physical deconditioning 

caused by muscular dystrophies and reduce the associated loss in muscle strength and 

functional performance, as well as reduce the increased risk of co-morbidities such as 

fractures, hypertension, diabetes, cognitive decline and weight gain. Appropriate exercise 

regimes could help maintain muscle function for as long as possible, reduce pain and 

promote comfort. Physiotherapy could also help reduce the risk of contractures and loss of 

movement by developing individualised programmes of stretches, and giving advice on 

postural management, suitable equipment and, where appropriate, exercise. Suitable 

physiotherapy could also help reduce the likelihood and impact of chest infections through 

timely intervention.  
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Research carried out in the UK in 2016 indicated that physiotherapy services were 

lacking.  

The following key findings were reported: 

1. 60 per cent of people in the UK with muscle-wasting conditions are unable to 

access appropriate physiotherapy for their condition.  

2. 20 per cent are paying privately for physiotherapy and some individuals are 

paying over £6,000 per year for private support.  

3. Short-term access to physiotherapy means that people with muscle-wasting 

conditions report they are receiving little or no benefit as a result.  

4. 40 per cent of UK neuromuscular centres say they urgently need increased 

physiotherapy capacity.  

5. Some community physiotherapists may have limited experience of working with 

people with muscle-wasting conditions, which individuals report is resulting in 

ineffective and even dangerous treatment (‘Overstretched: Improving Access to 

physiotherapy for people with neuro-muscular conditions’, Muscular Dystrophy 

UK, 2016).  

 

The objective of this project is to assess the availability, access, and use of 

physiotherapy by individuals affected by Muscular Dystrophy in Ireland. The 

knowledge of muscular dystrophy and muscular dystrophy-appropriate treatment 

regimens among physiotherapists currently working in hospital and community 

settings will also be gathered. Any knowledge gaps or areas in which physiotherapists 

would like more information will be identified. Valuable online resources and guidelines 

will be generated, providing specific and targeted support for physiotherapists and 

individuals affected by muscular dystrophy. The information gained during this study 

will provide valuable data for patient advocacy, and medical and scientific groups that 

could be used to further develop services that are currently offered. This study has the 

potential to make a lasting difference to individuals affected by neuromuscular 

conditions.  

Reference: 

1. Birnkrant D.J. (2018) ‘Diagnosis and management of Duchenne muscular dystrophy, part 

1: diagnosis, and neuromuscular, rehabilitation, endocrine, and gastrointestinal and 

nutritional management’, Lancet Neurology, 17(3), pp. 251–267 
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Joint Funding Scheme update 
 

Muscular Dystrophy Ireland is currently participating in a scheme which provides funding 

for research. The scheme is run jointly by the Health Research Board (HRB) and Health 

Research Charities Ireland (HRCI). It brings together the HRB and HRCI member charities 

to co-fund focused projects of key relevance to charities. Almost all types of health re-

search are funded, except for clinical trials. It has been a particularly beneficial scheme 

for rare condition research. The Joint Funding Scheme is unique in that it supports charity

-member-focused research. The value of the Joint Funding Scheme is considerable for in-

dividuals affected by rare conditions, charities, researchers, HRCI and the HRB. Dedicated 

funding for the scheme is provided (50 per cent, up to a maximum of €150,00) and man-

aged by the HRB.  

 

Stages of the scheme: 

MDI has received eight high-quality expressions of interest from internationally renowned 

academic researchers. MDI is currently at stage 3 of the process: selecting an application 

to put forward for funding.  

Stage 1 – Invite researchers to submit application for research funding 

Stage 2 – Get expert opinion on quality and usefulness of the application  

Stage 3 – Select application to put forward to HRB/HCRI for funding 

Stage 4 – HRB/HCRI experts meet to review applications 

Stage 5 – HRB informs successful charities 

Stage 6 – Contracts are issued, and project initiated 
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MDI is inviting people living with neuromuscular conditions, their carers, and their 

families, to join a panel of PPI contributors to support the work of the research 

committee and research groups around Ireland. This is an important opportunity for 

people with neuromuscular conditions to contribute to shaping future research and 

directing investment to the questions that matter most. 

 

PPI aims to improve the quality, relevance, and appropriateness of research and ensure 

that it meets the needs and expectations of those affected by various conditions. 

Involving affected individuals and the public in research is increasingly recognised as 

being important to help ensure that the research focuses on issues relevant to them. 

This approach is commonly defined as research conducted ‘with’ or ‘by’ members of the 

public rather than ‘to’, ‘about’ or ‘for’ them1. PPI can involve patients at all stages of the 

research process, from identifying research priorities to disseminating findings2, and it 

takes many forms. Examples include working with funders to prioritise research in 

certain areas, offering advice as members of a steering committee, collaborating on the 

development of research materials, and undertaking interviews with research 

participants1.  

 

As a PPI contributor you are not a participant in 

a research study but a valuable member of the 

research team, actively involved in the 

decisions made about the research. You bring a 

wealth of expertise from your lived experience 

of neuromuscular conditions.  

 

If you are interested in becoming a member of 

the panel, please contact: 

Brendan Molloy. 

Email: mdiresearch@mdi.ie 

Tel: 086 6066109 

Invitation to contribute to shaping future 

research and MDI’s research interests 

References: 

 

1. NIHR: I want to help with research Southampton. NIHR. 

2. Locock L., Boaz A. (2019) ‘Drawing straight lines along blurred boundaries: qualitative research, pa-

tient and public involvement in medical research, co-production and co-design’, Evid Policy, 15(3) pp. 

409–21. 

mailto:mdiresearch@mdi.ie


 

 

Participant and public involvement in 

scientific research (PPI)  

What is PPI? 

PPI is a process which enables members, carers, and the public to participate in and 

influence scientific research into neuromuscular conditions. 

Why is PPI important? 

PPI is important as it gives members, carers, and the public an opportunity to voice their 

opinions, share their experiences and influence what research is carried out by the 

scientific community. 

PPI gives an opportunity to ensure research that is of interest and of value to individuals 

with neuromuscular conditions is carried out. 

What value can members, carers, and the public bring to 

scientific research? 

Members and carers can share their experiences of living with and living through a 

particular condition. 

By sharing experiences, thoughts and concerns, members can inform researchers of what 

is important to them, that is, research that can improve quality of life. 

Sharing thoughts and experiences with MDI will influence MDI’s Research Strategy and 

the type of research that is supported by MDI. 

How can someone participate? 

Contact the Research Officer at MDI (mdiresearch@mdi.ie) and express an interest in 

participating in our PPI process.  You will be added to a panel and invited to contribute to 

studies that are of interest to you at a time and in a manner that is convenient for you. 

How will participation be organised? 

Participation can be organised as one-to-one conversations with 

the Research Officer over the phone or online. 

Group discussions or workshops will also be organised online via 

Teams or Zoom. 

 

Contact for more information: 

Brendan Molloy Research Officer 

Email: mdiresearch@mdi.ie   Mobile: 086 6066109 
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Ombudsman Peter Tyndall has said that 

personal transport supports for people 

with disabilities are inadequate, unfair 

and inequitable. In his report ‘Grounded: Unequal access for people with disabilities to 

personal transport schemes’, published in November, the Ombudsman said that both he 

and his predecessors received many complaints about three schemes: the Motorised 

Transport Grant, the Mobility Allowance, and the Disabled Drivers and Disabled Passengers 

scheme. However, when his office has highlighted the unfairness and inequity of the 

schemes, the response of government has been either to discontinue access to the 

schemes without a promised replacement, or to reinforce the inequitable criteria in 

primary legislation.  

Ireland is a signatory to the UN Convention on the Rights of Persons with Disabilities, 

which places an onus on signatories to ‘provide access to transportation on an equal basis 

to enable persons with disabilities to live independently and participate fully in all aspects 

of life’. However, the Ombudsman said that: 

“Many people with disabilities are stuck at home, unable to engage on an equal 

basis in employment or in their community, as they can’t access government 

support to help with their personal transport needs. This social isolation casts a 

shadow on us as a country and on our commitment to equality and social inclusion 

for all.” 

The Ombudsman said that he and others have highlighted the problems faced by people 

with disabilities in accessing supports on numerous occasions. Despite years of delay by 

government, he hopes this report will result in urgent action by policy makers and 

legislators to provide adequate transport supports for people living with a disability. 

You can find out more here.  

Personal transport supports for people 

with disabilities: inadequate, unfair and 
inequitable 

https://www.ombudsman.ie/news/ombudsman-says-personal-t/index.xml
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We are a delighted to bring you this Focus on primary education which includes: 

 

• Information about Ambitions for Transitions – a guide to support every child’s 

progression from Early Years Services to primary school. 

• A spotlight on a positive experience of primary education, bringing together the 

perspectives of primary pupil James Murphy, his mother, Janita Murphy, and his 

school principal, Brian McDonnell. 

• Up-to-date information on entitlements and services relating to Special Needs 

Education in primary schools. 

 

We are planning a Focus on secondary education for the next issue of MDI Newsletter. If 

you’d like any further information on primary education or to let us know what you’d like 

to see featured on secondary education in the next issue, please contact our Information 

Officer, Maeve Healy, at mdiinfo@mdi.ie. 

Focus on primary education 

As part of our focus on primary education, we thought it might be helpful to let you know 

about this resource pack, designed to support parents/carers in helping a child make the 

transition from Early Years Services to primary school. The pack contains a range of use-

ful tips and activity ideas.  

 

Young children learn and develop best through play. This guide is full of ideas for play-

based activities you can do with your child to help them with the move to school. At eve-

ry stage of the process, there are many ways you can plan and prepare for the new chal-

lenges ahead. The guide begins with some tips on choosing a primary school. It then 

provides some fun, play-based activities you can do with your child to help them prepare 

to attend school. It finishes with tips on useful things to do once school starts. The calen-

dar provides a quick and easy-to-follow reminder of what to do and when to do it. 

 

The guide was developed from discussions with children, parents, Early Years practition-

ers and primary school teachers in our community. You can download the guide here or 

visit: www.paulpartnership.ie/wp-content/uploads/2019/08/Family-Transition-Resource-

Pack.pdf 

Ambitions for Transitions – A guide to 
support every child’s progression from 
Early Years Services to primary school 
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As part of our focus on primary education, we wanted to bring you a 

positive story and have brought together the experiences and 

perspectives of primary pupil James Murphy, his mother, Janita 

Murphy, and school principal Brian McDonnell. From these three 

points of view, we can see the many things that go into making sure 

that children living with muscular dystrophy can participate fully in 

school, belong and fulfil their potential, as is their right. 

St Mary’s National School is a large rural school in the picturesque 

village of Knockbridge, three miles south of Dundalk. There are 310 

pupils on roll and 23 permanent staff. 

James Murphy is a student at St Mary’s  

Can you tell us a little about 

yourself? 

Hi, my name is James. I’m 10 years old 

and I’ll be 11 in February. I live in Co 

Louth. I love the Xbox and animals. I 

enjoy visiting petting zoos. 

  

Where do you go to school and what 

class are you in? 

I go to Knockbridge National School 

and I’m in fourth class. 

  

What do you enjoy best about 

school? 

I love artwork and PE class. I also like 

modern history and current events. I’m 

part of the Green Schools committee 

too. 

  

What is your favourite subject or 

activity? 

My favourite subjects would be history 

and science. 

  

Is there anything you don’t like? 

I don’t really like Maths or Irish. 

  

Did you miss anything about school during lockdown? 

If yes, what did you miss most? 

Yes, I missed being with my classmates and being part of a team. 
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Janita Murphy is James’s mother 

 

Can you tell us a little about yourself and your family? 

We’re a small family – Mum, Dad, James and his sister. We live in Knockbridge, Co Louth. 

We have a German Shepherd called Shera. James has extended family around Ireland and 

across the globe. I work full time, as does James’s dad, so we’re a very busy family. 

 

What has helped to make school inclusive and welcoming for James? 

Over the years, James would not have been picked for groups, however he is now a mem-

ber of the Green Schools committee. James is delighted with this and feels part of a team.  

 

His brilliant SNA has made a concentrated effort to integrate James into PE classes. She 

also recommended that he attend the all-inclusive open GAA day, which was fantastic. 

James really enjoyed it. 

 

Over the time he has been going to school, what do you think are the most im-

portant things that have been done? 

The following things have been helpful: 
 

• re-tarmacking of the school grounds 

• installation of a covered, wheelchair-accessible entrance with automated doors 

• wheelchair-accessible parking spots close to the school gates 

• finishing the installation of an accessible toilet  

• when James was younger, establishing a Buddy Bench (so that he could take a rest 

and his friends could join him) 

• also, when he was younger, the SNA kept a diary, documenting his day. As he has 

gotten older, however, he is better able to communicate his day to me 

• getting an iPad with a keyboard attached, organised between the school and OT 

(occupational therapist). 

 

Have you any advice or thoughts to offer other parents of children with muscular 

dystrophy/neuromuscular conditions who are primary school age? 

My advice would be: 
 

• reach out to MDI, or any relevant organisation and supports 

• communicate and build relationships with your HSE Care Team. Don’t be afraid to 

speak up and ask for help or equipment or support  

• communicate as much as possible with the school. Explain what your and your child’s 

expectations are. Help the school staff to understand your child’s needs. MDI gave a 
presentation in James’s school. 
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Parents of children with disabilities are 

up against it and need all the support and 
help they can get 

Brian McDonnell is principal 
of St Mary’s National School  

What is the school’s approach to 

supporting and including children 

with special educational needs, 

such as children with muscular 

dystrophy/neuromuscular 

conditions? 

We work closely with parents and 

guardians to ensure the best 

educational experience for all pupils 

including those with disabilities. We 

focus on building and maintaining 

good relationships between all the 

parties involved to ensure everyone is 

on the same page and working 

towards the same goals and 

aspirations.  

What have you done to make sure 

that students with muscular 

dystrophy can take part fully and 

get the most from school? 

We recently built a new wheelchair-

accessible entrance to our school 

so that wheelchair users and those 

with disabilities can come in through the main entrance as opposed to the side door. 

Using funding from the Department of Education’s Summer Works Scheme, we have 

just resurfaced our entire school yard which makes access for wheelchair users safer 

and smoother. In 2019, our Parents and Friends Association raised €20,000 to build a 

500-metre running track which is also very suited to wheelchair use. As part of a recent 

school extension, we built a disabled toilet and we have also purchased specialised 

equipment such as a mobile hoist, changing beds and assistive technology such as 

laptops and iPads. 

What challenges did you face in making the school inclusive and welcoming? 

Getting funding for building improvements can be difficult but with a lot of lobbying the 

Department of Education has generally supported the school in this regard. The 
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process can be very time-consuming and bureaucratic, however.  

Many of the initiatives and improvements we have introduced to the fabric of the school 

for those with disabilities benefit other pupils too, so everyone wins.  

Are there any particular barriers to overcome? 

Ensuring pupils with MD are included in PE, tours, field trips and swimming lessons can 

be complicated and challenging. We spend a lot of time planning these events to make 

sure the venues are suitable environments for these pupils and can facilitate them. This 

means having access to suitable transport such as a disabled bus, disabled toilet 

facilities and, in the case of swimming pools, hoists and one-to-one tuition. 

 

How do you go about this? 

Any potential challenges are discussed in advance with our special education teams so 

we can plan what we need for the trip to be feasible and successful. Then we liaise 

closely with the venue to give them the heads-up and let them know our requirements. 

It can be time-consuming, but if a venue can’t accommodate us, we go 

somewhere where they can. 

How do you adapt as circumstances and students’ needs may change over time? 

We regularly update our procedures.  

Which members of the school community are involved in making the school 

inclusive and welcoming? 

The staff and especially our SNAs are central to ensuring ours is an all-inclusive school 

but the entire school community plays a part, including the other pupils who 

demonstrate remarkable empathy and patience in ensuring pupils with MD are included 

in their games and in the daily life of their class and their school.  

Reflecting on your work on this so far, what have you learned? 

I have learned that parents of children with disabilities are up against it and need all the 

support and help they can get.  

What are you proud of? 

I’m proud of our school staff and the way they embrace the challenges that go with 

trying to be an all-inclusive school. Many of our classes are large but both 

our teaching and support staff always find a way to make things work so that pupils 

with physical challenges are not left behind. 

If you had a magic wand, what would you change to make it easier for schools 

to be inclusive and supportive of children with disabilities? 

Getting access to SNA support for pupils with needs can be very difficult and sometimes 

allocations are woefully inadequate. Principals know their schools best and should be 

trusted and supported with proper resourcing for personnel and funding. Sometimes 

schools can be put in very difficult positions because adequate resources are not made 

available to them in a timely fashion and, consequently, difficult decisions have to be 

made about who gets support and who doesn't.  



 

Special Needs Education  

in Primary Schools 
Continuing our series on entitlements and services available for people with disabilities, 

we have decided to focus now on the topic of education.  Given the vast amount of 

topics to cover in this area, we have decided to primarily focus on primary education in 

this issue.  In our next issue of this newsletter, we will focus on post-primary services 

available for people with disabilities.   If you have any questions about any of  these 

entitlements, you can contact your local MDI Family Support Worker – contact details 

are at the end of this newsletter. Alternatively, you can contact the 

Citizens Information Phone Service on 0761 

07 4000 (Monday to Friday, 9am to 8pm) or 

contact your local Citizens 

Information Centre. 

Introduction 

Children with special educational needs may be in ordinary classes in mainstream 

primary schools or in special classes in these schools. They may get additional 

educational support from special education teachers and care support from special 

needs assistants (SNAs). 

Special education teachers 

Allocating special education teachers to schools 

In September 2017, a new assessment was introduced to determine how special 

education teachers are allocated to mainstream schools. Under the new system, each 

school gets a single allocation of special education teachers. The number of special 

education teachers allocated to a school is determined by the size of the school and its 

educational profile. 

A school’s educational profile is broadly based on the number of students with complex 

special educational needs, the results of standardised tests and the social context of 

the school taking account of disadvantage and gender. 

It is designed to give a fairer allocation of special education teachers to each school. It 

recognises that all schools need an allocation for special needs support, but provides a 

graduated allocation which takes into account the actual level of need in each school. 

Schools are provided with the necessary resources in advance so that children with 

special educational needs can be enrolled into schools and access the additional 

teaching supports they need. 

Further information can be found in the Department of Education’s Circular0013/2017. 
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All schools have an allocation of special education teachers which they can use to 

provide additional support to children who need it. Support is provided taking into 

account a child’s learning needs. It is no longer based on a diagnosis of a particular 

disability. The additional teaching may be provided in the classroom or in small, 

separate groups. Some pupils may need additional one-to-one teaching for a specified 

period. 

Guidelines for primary schools supporting pupils with special educational needs have 

been prepared to assist schools to identify pupils who require support and plan 

individualised learning programmes. 

Parents or guardians no longer have to source or pay for assessments for their child to 

get extra teaching support in school and schools don’t have to wait for these 

assessments to give children the extra teaching support they need. 

The Department of Education provides information for parents and guardians on how 

your child can get additional teaching support in school (pdf). 

If you have concerns about the level of support being given to your child, you should 

discuss this first with your child’s class teacher or special education teacher. You could 

also discuss these issues with the school principal and if at a later point you continue to 

have concerns, with the Chairperson of your Board of Management. 

The allocation of special education teachers is being provided on the basis that no child 

will be refused enrolment on the grounds that the school does not have sufficient 

teaching resources to meet that child’s needs. If your child is refused enrolment to a 

Providing special education teachers to pupils 

Special needs assistants (SNAs) are allocated to schools to work with children who have 

specific care needs. They provide non-teaching care support. SNAs support pupils who 

have care needs resulting from a disability, behavioural difficulties or a significant medical 

issue. This might include a significant impairment of physical or sensory function or where 

their behaviour makes them a danger to themselves or other pupils. A pupil's needs could 

range from needing an assistant for a few hours each week (for example, to help feed or 

change or bring them to the toilet) to requiring a full-time assistant. 

SNAs may work with more than one child and can also work on a part-time basis. The 

Department provides more information about the Special Needs Assistants Scheme in 

Circular 0030/2014. 

It was announced in May 2021, that the introduction of the frontloaded Allocation Model 

for Special Needs Assistants for students in mainstream classes in primary and post-

primary schools will be deferred to the 2022-2023 school year. 

Special needs assistants 
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The Home Tuition Scheme provides funding to parents to provide education at home 

for children who, for a number of reasons such as chronic illness, are unable to 

attend school. The scheme is also available to children with special educational needs 

who are awaiting a suitable educational placement. 

Home Tuition Scheme 

Other Supports 

The July Education Programme (often called July Provision) is a funding arrangement 

for schools to provide further special needs education in the month of July. Special 
schools and mainstream primary schools with special classes catering for children 

with autism may choose to extend their education services through the month of 

July. 

The July Provision also provides for pupils with a severe/profound general learning 

disability. The funding also covers transport and escort services for the children. 

The July Education Programme is part of the Department of Education and 

Skills’ summer education programme (summer provision). 

If schools are not participating in the July Education Programme, home tuition during 

July is offered as an alternative for the pupils who would normally attend such 

schools. 

July Education Programme 

The Visiting Teacher Service provides a teaching and support service to parents of deaf 

or hard-of-hearing children and children with visual impairment.  

Visiting Teacher Service 

Speech and language disorder 
 

Special classes for pupils with specific speech and language disorder are attached to 
mainstream primary schools. Pupils who meet specific criteria may be eligible for 
such classes. The Department's Circular 0038/2007 sets out the Criteria for 

Enrolment in Special Classes for Pupils with Specific Speech and Language Disorder. 

Schools may apply to the Special Educational Needs Organiser to establish these 

classes. Schools must have at least five eligible pupils in order to retain a class. A full
-time teacher is assigned to each special class and the pupil/teacher ratio is 7:1. 
Eligible pupils may spend up to two years in a special class. An enhanced capitation 

grant is paid for each pupil enrolled in these classes. 

The National Council for Special Education (NCSE) has published an information 

booklet for parents, Children with Special Educational Needs (pdf). 
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The Health Service Executive funds the speech and language therapy services for the 

children attending these classes. 

If a school has such a class and there are places to spare, these places may be offered 
to a maximum of two pupils who do not meet the eligibility criteria but who could benefit 

from enrolment in the class. This must be supported by the recommendation of a speech 

and language therapist and/or a psychologist. 

In general, a child who is eligible for placement in a special class is also eligible for free 

transport to their nearest class. 

Pupils who meet the criteria for classes may also qualify for additional teaching support 
(even if there is a special class available). You may apply for this support to the Special 

Educational Needs Organiser – see 'How to apply' below. 

Pupils with mild speech and language difficulties may qualify for teaching support from 

the school’s general allocation of teaching resources as outlined above. 

Autism 

Children on the autistic spectrum may avail of special needs education in the same way 

as other children with special needs. There are also specific provisions for them. 

There are a number of special classes for children with autism, which are attached to 
special and mainstream schools, as well as several special classes for children with 

Asperger’s Syndrome. There are early intervention classes (attached to some primary 

schools) for children of pre-school age who are on the autistic spectrum. 

The Home Tuition Scheme funds home programmes for pre-school children on the 

autistic spectrum who need early educational intervention. The grant aid is for 10 hours’ 
home tuition a week for children aged 2½ to 3 and 20 hours a week for children aged 

three. The funding is not provided if there is a place in school or early education 

available to the child. 

There are also a number of stand-alone facilities providing an applied behavioural 

analysis (ABA) specific methodology. 

Dyslexia 

There are four special reading schools. There are also special classes attached to some 

ordinary primary schools which support the needs of children with dyslexia. They have a 

reduced pupil/teacher ratio of 9:1 and an increased level of capitation grant. 

Hearing impairment 

There are three schools for students with hearing impairment. There are also special 

classes attached to some mainstream schools. The special classes have a pupil/teacher 

ratio of 7:1. There is an enhanced subvention and grant aid towards special equipment. 

There is a weekly home tuition Irish Sign Language Support Scheme for deaf pre-school 

children and deaf school-going pupils to provide training in Irish Sign Language (ISL) for 

these children, their siblings and parents. 
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For more information contact your local Citizens Information Centre 

on this link: centres.citizensinformation.ie/ or phone the number be-

low. 

If your child has special educational needs you should talk to the school principal 

about the type of education that would suit your child's needs. You can also discuss 
with your local Special Educational Needs Organiser what learning supports or 

additional resources may be available. 

Schools should apply to the National Council for Special Education (NCSE) which 
administers and processes applications for special educational resources using its 

network of Special Educational Needs Organisers. 

Application forms for special educational resources and a list of Special Educational 

Needs Organisers are available on the NCSE website. 

Application forms for the Home Tuition Scheme are on the website of the Department 

of Education. 

Home-based July Education Programme application forms are also available on the 

Department’s website. 

How to apply 

Where to apply 

National Council for Special Needs 

1-2 Mill Street 

Trim 
Meath 

Ireland 

Tel: (046) 948 6400 
Fax: (046) 948 6404 

Homepage: www.ncse.ie/ 

Page - 34 

http://ncse.ie/faqs
http://ncse.ie/for-schools
https://ncse.ie/for-parents/ncse-school-information-map
https://ncse.ie/for-parents/ncse-school-information-map
https://www.gov.ie/en/service/d15f58-home-tuition/
http://www.ncse.ie/


 

Page - 35 

In January, the Centre for Disability Law and Policy 

at National University of Ireland (NUI) Galway will run online 

workshops for young disabled people in Ireland (between 15 

and 24 years of age) to learn more about disability, human 

rights and advocacy. You can find out more about it here.    

https://cdlp.clr.events/event/131769
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MDI Support Services Update 

Our Family Support Workers continued to offer information and support to members 

over the last few months in a variety of areas such as:  

• providing COVID-19 updates and vaccine support  

• offering emotional support and a listening ear 

• accessing counselling and play therapy services  

• accessing Personal Assistance Services  

• advocating with and on behalf of an individual member in relation to rights, 

entitlements and financial assistance, such as accessing a carer’s allowance or 

medical card  

• accessing education and employment  

• securing disability equipment  

• assisting with transport needs – such as securing a primary medical cert and 

accessible transport to attend medical and vaccine appointments  

• providing support in areas of health – such as new diagnoses, treatments, health-

care packages and life-cycle transitions  

• accessing suitable housing, including securing accommodation and/or adjustments 

to the home  

• providing support to parents  

• supporting pre and post bereavement and  

• referring members to other agencies and services where relevant. 

Family Support Programme 

You can read a full description of what our Support Services offer to members on 

page 48 
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Virtual courses for adult members 

A compassionate space 

Due to the success of previous self-care and mindfulness courses, we are running ‘A 

compassionate space’ wellbeing courses for two separate groups – one for members living 

with muscular dystrophy/neuromuscular conditions and one for parents/carers. ‘A 

compassionate space’ offers an opportunity for participants to practice self-care with peers, 

learn simple mindfulness techniques and gain peer support. New participants can join these 

courses at any time. 

 

The course for members living with muscular dystrophy/neuromuscular conditions has been 

taking place every fortnight since July. Eight members from all around the country are 

taking part and have given very positive feedback. It will continue to run until Christmas. 

The second ‘A compassionate space’ course, for parents/carers, started back up in 

September after a break for the school summer holidays. It takes place every month and 

currently seven parents/carers are taking part.  

New perspectives programme 

In early November, MDI members with muscular dystrophy, parents and carers started a 14-week 

course called ‘New perspectives programme’. It aims to help participants develop a more positive 

outlook on life, set achievable goals and have a toolkit to use when issues arise. The programme is 

grounded in person-centred therapy and uses elements of cognitive behavioural therapy (CBT) and 

solution focused therapy (SFT) – short-term therapy techniques that can help people find new ways 

to behave by changing their thought patterns. Nineteen members have registered for this course.  

Counselling and Bereavement Service  

Between July and October, MDI approved applications for counselling and play 

therapy for nine members. This means that one child was able to sign up for 

six play therapy sessions, four adults for 12 counselling sessions each, and a 

further four adults for 24 sessions each. 
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Personal Assistance (PA) Service 
MDI approved a total of 1,991 PA hours between July and October. MDI PAs provided 

1,502 hours and agencies provided 489.  

Between July and October, MDI approved 11 new PA applications from members:  

• In August, two adult PA service applications were approved 

• In September, five adult PA service applications were approved  

• In October, four adult PA service applications were approved. 

Youth Service Programme 

Our youth service team continue to provide 

support for younger members and their families, 

tailored to their individual needs, in line with 

public health advice. 

In July, the youth service held a virtual youth 

club for under-18s and this group went on to 

enjoy further bingo-themed youth clubs in 

September and October and a ‘School for spies’ 

online event in October. Members aged 18 to 25 

also took part in their own bingo event during 

September. 

If you’d like to find out more about any future 

events, please contact Ewa at 

mdiproject@mdi.ie or MDI reception at 

reception@mdi.ie. 

mailto:reception@mdi.ie
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Internal affairs 

Recently, we spoke with Luke 

Millington, who is working as an 

intern with a multinational 

company in Dublin 

Firstly, Luke, could you tell us a little about 

yourself? 

I’m 23 years old and live in Telford, in England, 

which is the home of the first iron bridge. I am a 

massive Manchester United fan and have just 

secured a season ticket. I’m also a member of a 

wheelchair football team and aspire to one day 

represent my country. In my free time, I like to go 

the cinema and play on my PlayStation. 

 

We’d like the muscular dystrophy community 

to learn about your experience as an intern. 

Could you tell us how you got the position in a 

multinational company? 

I was over the moon to be given the opportunity to 

become an intern at a multinational company. I’ve 

been given excellent guidance and support in my 

role and have even had the opportunity to meet 

with other interns across the world. It has shown me what it is like to be in a working environment. 

 

Before starting my position as an intern, I volunteered at Hope House Children’s Hospice, as part 

of my Duke of Edinburgh Award. I worked closely with the fundraising department where I helped 

raise £90,000, which enabled the hospice to continue the great work they do in supporting the 

children and their families. 

 

For my fundraising efforts, I received the Rotary Club of Great Britain and Ireland Young 

Citizens award 2020. 

 

What were your goals? 

I had a couple of goals. The first was to learn to drive and I achieved this in November 2019. My 

second goal was to gain full-time employment. 

 

How did you achieve them? 

In order to learn to drive I had to go to a driving assessment centre to see what adaptations I 

needed. Once this had been assessed, the car/van had to be built. Motability helped with the 

funding and the licence. [The Motability Scheme in the UK is intended to enable disabled people, 

their families and their carers to lease a new car, scooter or powered wheelchair, using their 

disability benefit]. Then came the tricky bit which was passing the test. Luckily, this only took three 

attempts. 

 

I knew that finding full-time employment would be difficult so I hoped that my volunteering would 
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get me noticed. I also hoped it would develop my confidence to speak to strangers. 

 

Did you need certain work experience or educational qualifications to be eligible for the 

role? 

It was essential that I had certain skills in order to perform my role. I needed to be confident in 

speaking with people in all job roles. I also needed to be computer literate. 

 

Can you describe what your role involves? 

I’m involved in the development of educational materials to raise awareness of rare diseases. 

There is an opportunity to present an ongoing project with patient organisations and we also 

review educational materials before publication. 

 

I work alongside other colleagues who are involved in marketing and clinical research, and I 

work on general disease awareness. 

How long is the internship for?  

It’s for one year. 

 

How long have you been working on it so far?  

I’m currently on 11 months. 

 

Have you had to work from home due to COVID-19 or are you able to work in the 

office? 

My position is home-based, so I haven’t been required to work in an office 

 

What do you like about the internship? 

Since starting my position as an intern, I’ve enjoyed meeting new people and working alongside 

a great team of people within the company. I have also been given the opportunity to 

understand the key roles each department plays within a multinational company. 

 

What have you learned from your work experience to date? 

The internship experience has enabled me to gain an in-depth understanding of the working 

environment which in turn has enabled me to develop skills that are vital if you want to be 

successful within a company. 

 

Were there any barriers to your working as intern? If so, how were these overcome? 

Due to the COVID-19 pandemic, many of the barriers I would have faced were eradicated. 

Being a wheelchair user, I would have had to consider access and facilities, amongst other 

factors. However, these were not an issue as I was working exclusively at home. 

 

What would you say to other members who might be thinking about applying for an 

internship? 

If the opportunity arises to apply for an internship, I would definitely go for it, as it will give you 

an idea of a working environment and will also open up future employment opportunities. 

 

What do you hope to do when you finish the internship? 

Once I have finished my internship, I hope to achieve full-time employment and continue my 

development. 
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Muscular Dystrophy: life-changing but not life-defining 

A new book charts the author’s experience 
of MD, the challenges she faced, and how a 
spiritual awakening helped her learn to live 
fully and well with the condition 

Siobhán Dunleavy was diagnosed with Muscular Dystrophy 

at the age of 21. She is now 29 and in her first book, 

Accepting and Connecting with Muscular Dystrophy, she tells 

her own story. She writes about how being diagnosed with a 

life-changing condition had a massive impact on her 

wellbeing, but also how, just when she thought her life was 

falling apart, things started to fall into place. Although her 

diagnosis was life-changing, she does not see it as life-

defining.  

 

Siobhán, who lives in Co Westmeath, is a bio-energy 

therapist, social care worker and an English language 

teacher. She is also a volunteer and board member of STEP 

UP Ireland and has worked with adults and young people in 

both mental health and disability support services. 

 

In the book, she highlights the challenges people with rare conditions and disabilities face every 

day, in a light-hearted, humorous and intimate 

way. 

 

She also outlines how, during her search for faith 

and hope, she experienced a spiritual awakening 

that took her from the centre of Ireland to many 

parts of the world including Turkey, Thailand and 

Japan. 

 

She writes about exploring meditation, acceptance 

and mindfulness and how this allowed her to 

reconnect with herself and what the world had to 

offer her.  

 

It’s clear from her book that Siobhán wants to 

inspire others to embrace whatever adversity they 

may experience on their life’s journey. She 

believes that in times of crisis, if we can resist 

giving in to fear and panic and instead learn to 

look inwards, we can face with greater ease 

whatever comes our way.   

 

The book is available from many stores around the 

country as well as from Book Hub and Amazon. 

  

Siobhán is on Facebook, Instagram and 

LinkedIn @SiobhanDunleavy  

http://www.bookhubpublishing.com/product/accepting-and-connecting-with-muscular-dystrophy-isbn-978-1-7399578-2-7/
http://www.amazon.co.uk/Accepting-Connecting-Muscular-Dystrophy-Spirituality/dp/1739957822/ref=tmm_pap_swatch_0?_encoding=UTF8&qid=1632414296&sr=8-1
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MDI Home from Home Apartment 

We have resumed taking general 

bookings at MDI’s Home from 

Home Apartment as well as 

continuing to take bookings from 

members wishing to stay so that 

they can attend hospital 

appointments. We can assure you 

that we have put the necessary 

health and safety protocols in 

place in line with COVID-19 

guidelines. With this in mind, we 

are currently restricting use of the 

apartment to just one occupancy 

at a time. We hope you will 

appreciate that bookings will need to be provisional in case government public health 

advice changes.  

  

You can make a booking for the Home from Home Apartment by emailing Owen on 

owen.collumb@mdi.ie.  And you can find out more about the Home from Home 

Apartment here: www.mdi.ie/home-from-home-apartment/  

MDI Transport and Equipment Loans 

We are currently operating our full Transport Service. Our driver can collect members 

from train stations and Busáras, as well as from your overnight stays at the MDI Home 

from Home Apartment and other accommodation. We can assure you that we have put 

the necessary health and safety protocols in place to protect members and the driver. 

We hope you will appreciate that if government public health advice changes, we may 

need to revert to a more limited service.  

 

We have a range of equipment that is 

still available to members on a short-

to-medium-term loan basis. The 

equipment includes hoists, slings, 

shower chairs, ramps, powerchairs, 

manual wheelchairs and pavement 

scooters. 

 

You can arrange transport or an 

equipment loan by emailing Darren at 

darren@mdi.ie. 

mailto:owen.collumb@mdi.ie
http://www.mdi.ie/home-from-home-apartment/
mailto:darren@mdi.ie
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Advocacy updates and developments 
We have been working hard to bring members' issues and concerns to a variety of policy and decision

-making arenas. We also wish to let you know about policy developments and the advocacy work that 

is being carried out by umbrella organisations of which MDI is a member. This includes working for 

positive change on a variety of issues of relevance to MDI members such as human rights, rare 

diseases and research. Here are the highlights of our advocacy work during recent months. 

MDI Pre-Budget 2022 campaign  

We sent a Pre-Budget 2022 submission, with recommendations 

based on issues raised by MDI members, as well as by the 

umbrella organisations we belong to, to appropriate ministers, 

members of the opposition and Oireachtas committees.  

We carried out an online survey with members, inviting you to 

rank your top five recommendations from the submission for 

our use in media and campaigning. Members identified the 

following as the two most important issues for Budget 2022: 

• Increase funding for housing/accommodation and supports for disabled people so that 

they can live independently in the community. 

• Increase core social welfare rates affecting people with neuromuscular conditions and 

their carers. 

Members were also invited to take part in MDI’s online letter writing campaign to local TDs 

and Senators, asking for their support for our submission. You can read MDI’s Pre-Budget 

2022 submission here.   

Call for prioritisation for COVID-19 vaccine boosters 

In early November, MDI was a signatory to a joint letter from 15 organisations and 

medically-vulnerable group representatives to the National Immunisation Advisory 

Committee (NIAC), who were reviewing evidence and delivering advice to the National 

Public Health Emergency Team (NPHET) 

and to the Government. 

The letter called for all people with 

chronic and rare conditions, and their 

families and carers, to be immediately 

prioritised for vaccine boosters. We note 

that on 16 November, the Minister for 

Health, Stephen Donnelly, announced 

the extension of the COVID-19 booster 

vaccination programme to include those 

with underlying medical conditions, the 

over-50s and those in long-term 

healthcare facilities. 

http://www.mdi.ie/news/mdi-pre-budget-2022-submission/
http://www.mdi.ie/news/mdi-pre-budget-2022-submission/
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Neurological Alliance of Ireland (NAI) report, Looking 
beyond COVID19: Embracing digital solutions to 
neurological care 

An NAI report that examines 

the experience of online service 

provision within neurological 

care services in response to 

COVID-19 was launched on 

World Brain Day, 22 July 2021. 

It includes an article from MDI 

that describes MDI’s innovative 

approach to online service 

provision during the pandemic 

and is featured alongside similar articles from other member organisations. You can read 

the report here. MDI features on pp24-25. 

#Patients Deserve Better – nationwide 

campaign for more neurology nurses 
 

MDI is a partner in the Neurological Alliance of Ireland’s (NAI) 

campaign for more neurology nurses. The campaign’s title is 

#Patients Deserve Better and it will run over several months, 

focusing on different neurological centres.  

Nurse specialists play a crucial role in supporting people with 

neurological conditions. Currently, Ireland only has 42.5 nurse 

specialists in neurology. Based on local and international recommendations there should 

be 142 nurse specialists in neurology. Therefore, Ireland needs an extra 100 nurse spe-

cialists in neurology. 

The number of people on the neurology outpatient waiting list is continuing to rise and 

the number of people waiting more than 18 months has increased by almost 30 per cent 

in the last year. Currently, 23,979 patients are on the neurology outpatient waiting list. 

In addition to this, people with long-term neurological conditions have limited access to 

the services that help them manage their condition, and this results in unnecessary hos-

pital admissions and delays necessary adjustments in medication. 

Increasing the number of neurology nurses will ensure that people with neurological con-

ditions have improved access to healthcare supports, including condition management, 

and reduce the time they are waiting for appointments.  

The campaign began in early October with a focus on Limerick University Hospital and 

moved to focus on Cork University Hospital in November. 

You can add your voice to the campaign by contacting your local TD. Find out more 

about the campaign here. www.patientsdeservebetter.ie/ 

https://www.nai.ie/assets/2/3E0C2446-80E4-4825-9CE95636F81C30B8_document/Online_Report_FINAL.pdf
http://www.patientsdeservebetter.ie/
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Rare Diseases Ireland (RDI) campaign on importance 

of genetic services 

MDI also supported the 

campaign by RDI asking 

people to write to their local 

TDs before the end of 

September to tell them of the 

importance of genetic services 

for those living with rare conditions in Ireland. The campaign followed a meeting between 

RDI and the Joint Oireachtas Committee on Health on 26 May. At the meeting, RDI 

emphasised that faster diagnosis is a priority for people living with rare conditions and 

their families in Ireland. RDI called for the ‘diagnostic odyssey’ to be shortened. Over 70 

per cent of rare conditions are genetic in origin. Timely access to appropriate genetic 

services in Ireland will help to reduce the time to diagnosis. Currently, genetic services at 

the HSE are enormously under-resourced. RDI called for leadership and a specific action 

plan to bring genetic services up to a standard that would ensure everyone has access 

when needed, not 18 to 24 months later (in priority cases).  

 

 

RDI letter regarding UN Resolution for people living 

with rare conditions  

At the end of September, MDI was a signatory to a letter to the Taoiseach, the UN 

Permanent Mission, relevant ministers, political party leaders and spokespeople to ask 

them to support #Resolution4Rare – a UN Resolution addressing challenges experienced 

by persons living with rare diseases and their families and promoting equity and inclusion 

for the rare community. You can read the full letter here.  

We are delighted to share the news that the resolution, ‘Addressing the challenges of 

persons living with a rare disease and their families’, was unanimously adopted by the 

Third Committee of the United Nations on 15 November. This is an important milestone 

and step towards adoption of #UNResolution4Rare at the General Assembly in December. 

Ireland is a co-sponsor. You can read the draft resolution here.  

https://rdi.ie/wp-content/uploads/2021/09/Michael-Martin-UN-Resoultion-4-Rare-Diseases.pdf
https://twitter.com/hashtag/UNResolution4Rare?src=hashtag_click
https://undocs.org/A/C.3/76/L.20/Rev.1
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MDI also shared information on social media about a 

variety of awareness campaigns and encouraged 

people to take part, including: 

 

We Act Ireland – launched on 27 October 

The response to COVID-19 illuminated 

how charities and community groups do 

incredible things. The pandemic 

demonstrated that in times of real crisis, 

we are at the forefront of our national 

response. But this work often goes 

unseen or is misunderstood. 

We have a fresh understanding of what 

is important and what we value. We 

have a renewed sense of community. 

We want a society with more emphasis 

on equality, justice and work-life 

balance.  

There needs to be a concerted effort to 

ensure that the goodwill and community 

cohesion that we saw during COVID-19 

continues. If we don’t value our charities and community groups, we will lose them.  

We Act is a campaign to celebrate the impact of Ireland’s charities and community 

groups. It elevates the positive stories and acknowledges the remarkable, everyday 

efforts of thousands of people around the country. We are delighted to take part in this 

ongoing campaign, which is being executed by a steering group made up of six 

organisations: Volunteer Ireland, The Wheel, Charities Institute Ireland, Boardmatch, 

Dóchas and Disability Federation of Ireland (DFI). 

World Duchenne Awareness Day – 7 September 

Make Way Day – organised by DFI – 24 September 

Limb Girdle Muscular Dystrophy Awareness Day – 30 September. 

Awareness campaigns 
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Further consultations and submissions 

DFI roundtable consultation on review of Equality Acts  
The government is reviewing several pieces of equality legislation. The most important of 

these are the Employment Equality Act 1998 and the Equal Status Act 2000. There are 

several questions they want to address about a possible need for a reform of these laws. MDI 

took part in Disability Federation of Ireland’s (DFI) roundtable consultation in September so 

that our views will form part of DFI’s submission on the review of these laws.  

Safeguarding Ireland consultation on its awareness 

campaign 

We participated in Safeguarding Ireland’s 

consultation with disability groups on its 

awareness campaign on safeguarding and 

disabled people (13-25 September). As a 

result of the consultation, disabled people’s 

voices were used on the radio ad instead of 

those of non-disabled actors and the campaign 

strapline was changed to ‘Promoting the Rights 

of Adults with Disabilities’ from ‘Promoting the 

Rights of Vulnerable Adults’.  

Consultation on the outgoing National Housing Strategy 

for People with Disabilities (2011-2021) 

DFI made a submission to the Housing Agency’s consultation on the outgoing National 

Housing Strategy for People with Disabilities (2011-2021), to inform a new strategy. The 

submission was based on the housing policy work of staff at community, local authority 

and national level, and on significant inputs from DFI membership.   

DFI has commented that unfortunately, Ireland is not currently delivering the right to 

housing for tens of thousands of people with disabilities and their families. In drafting a 

new strategy, Ireland has an opportunity to develop and enact a new model of housing 

provision that is person-centred and holistic. We must, finally, ensure that people with 

disabilities have the right to choose where they live, to sufficient services and to be 

supported to live independently in the community, equal to non-disabled members of 
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society. The development of an ambitious, progressive and focused new housing 

strategy that supports independent living, participation and inclusion, and an adequate 

standard of living, would be highly appropriate in the year in which Ireland makes its 

first state report on its implementation of the United Nations’ Convention on the Rights 

of Persons with Disabilities (UNCRPD).  

To deliver such an initiative, DFI says Ireland must:  

• Develop, implement, monitor and report on an action-oriented, ambitious new plan 

and strategy, with clear annual targets, to address the diverse housing needs of people 

with disabilities.  

• Develop a housing strategy based on the social model of disability, considering issues 

holistically, in particular the links between housing, health and community.  

• Increase and improve cross-departmental and interagency work (especially between 

the Departments of Housing, Health/HSE, and Children, Equality, Disability, Integration 

and Youth), to address the recurrent barriers to people with disabilities living in the 

community.  

Sufficiently resource and fund this strategy, including providing funding across 

Departments and to disability organisations. You can read DFI’s full submission here.  

The Department of Health will publish an Action Plan by December outlining disability 

sector funding up to 2025. DFI were invited to make a submission on behalf of its 

members to inform the plan. 

In preparation for the plan, the Disability Action Plan Framework has been published, 

which lays out priority areas of the Disability Capacity Review to 2032 that will be the 

government’s focus over the next three years. 

The submission highlights several important areas that should be addressed in the 

Disability Action Plan, including: 

• Representation of voluntary organisations and people with disabilities on the 

working group writing the Action Plan. 

• Implementation of the funding recommendations in the Disability Capacity Review. 

• Funding issues affecting voluntary disability organisations. 

• The difficulty in recruiting and retraining staff, and the need for workforce planning 

and to address pay parity issues to resolve this. 

• The need for better data on unmet need, particularly in relation to need for 

personal assistance, home support and community services. 

Disability Federation of Ireland (DFI) 

submission on Disability Action Plan 

2022-25 

http://www.disability-federation.ie/publications/dfi-submission-to-consultation-on-new-national-hou/
https://www.gov.ie/en/publication/f7943-the-disability-framework-action-plan-working-group/
https://www.gov.ie/en/publication/d3b2c-disability-capacity-review-to-2032-a-review-of-social-care-demand-and-capacity-requirements-to-2032/
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• The need for better data on the needs of disabled people not currently linked to any 

disability services, and a transparent way for them to access services they need. 

• The need to ensure strong links between specialist disability services and 

mainstream health services that support people with disabilities, such as primary 

care, mental health, neurological services and so on. 

• The requirement for a mechanism to ensure cross-departmental working, and 

funding commitments from a range of departments including Public Expenditure 

and Reform, Housing, Education, Social Protection, Employment and so on. 

The need to ensure that any regulation of disability services is based on the principles of 

the United Nations Convention on the Rights of Persons with Disabilities (UNCRPD) and 

that providers can access funding to implement regulatory requirements. 

You can read the full submission here. 

If you would like to let us know about any issues on which you’d like 

MDI to seek change at a national level or to find out more about our 

advocacy work, please contact our Information Officer, Maeve Healy, 

at mdiinfo@mdi.ie. 

http://www.disability-federation.ie/publications/dfi-submission-on-disability-action-plan-202225/
mailto:mdiinfo@mdi.ie
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Our Support Services are made up of: 

1. Family Support Programme 

2. Counselling and Bereavement Services 

3. Personal Assistance Service 

4. Youth Service Programme. 

 

Our Family Support Programme 
The focus of MDI’s Family Support Programme is to support members with muscular 

dystrophy/neuromuscular conditions and their families to fully participate in society and 

reach their potential through personal empowerment. We provide practical information 

regarding any aspect of muscular dystrophy/neuromuscular conditions as well as a 

supportive listening ear to discuss and explore issues of concern. All calls and meetings 

are held in strict confidence; however, confidentiality may need to be waived in the event 

of a risk of harm to the person or another individual. 

Our Family Support Workers are located around the country and offer information and 

support in a variety of areas including but not limited to: 

• Offering emotional support and a listening ear 

• Accessing Counselling, Bereavement and Play Therapy Services 

• Accessing Personal Assistance Service 

• Organising well-being, educational and social peer-to-peer support events 

• Advocating with and on behalf of an individual member in relation to rights, 

entitlements, and financial assistance such as accessing the carer’s allowance or 

medical card 

• Accessing education and employment 

• Securing disability equipment 

• Assisting with transport needs – such as securing a primary medical cert and 

accessible transport 

• Providing support in areas of health – such as new diagnoses, treatments, health-care 

packages and life-cycle transitions 

• Accessing suitable housing – such as securing accommodation or adjustments to the 

home 

• Providing support to parents 

• Developing independence and confidence skills 

• Supporting members pre and post bereavement 

• Making referrals to other agencies and services where relevant. 
 

Our Counselling and Bereavement Services 
While we provide a listening ear, in situations where members present with complex 

issues requiring more robust emotional support than our Family Support Workers can 

provide, MDI also provides short- and medium-term counselling of up to 24 sessions, free 

MDI Support Services 
- what we offer to members -  
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of charge, with a counsellor of your own choice. This service is accessed through our 

Family Support Workers. If members need longer-term counselling, our Family Support 

Team also assists by advocating with the relevant external agencies for further 

counselling. We also provide play therapy for children. 

 

Our Personal Assistance Service 

MDI also provides short-term access to Personal Assistants on an emergency-relief basis, 

depending on members’ needs and resources available to MDI. Our Personal Assistants 

support members in their home as well as in a variety of out-of-home settings in the 

community. This service supports both a person with muscular dystrophy/neuromuscular 

conditions and their family members to maintain their physical health and emotional well-

being. Personal Assistants can enable a family to take a break from their caring role and 

a person with muscular dystrophy/neuromuscular conditions to gain independence from 

their family. This service is accessed through our Family Support Programme. In 

situations where members require the support of a Personal Assistant on a longer-term 

basis, our Family Support Workers assist members, where required, in advocating for and 

securing longer-term health care packages with the relevant bodies. 

 

Our Youth Service Programme 
We have four Youth Workers located around the country who work directly with children 

and young people with muscular dystrophy/neuromuscular conditions and their families. 

MDI’s Youth Service Programme aims to support, encourage, and enable young members 

to grow, develop and achieve their full potential through building confidence, self-esteem, 

resilience and empowerment. We aim to offer a Youth Service Programme that is: 

• Purposeful – all elements of the service are designed with the purpose of supporting, 

encouraging and enabling young members to grow, develop and achieve their full 

potential. 

• Needs-led – we make sure that the needs and interests of our young members lead us 

in what we plan for the service and how we deliver it. 

• Outcomes focused – we plan and deliver the service with an end-result in mind for our 

young members, for example, that they will feel more confident socialising and forming 

friendships or that they will develop a practical skill, such as cookery or art. 

Our youth work activities include a variety of day trips, youth club activities and 

workshops as well as one-to-one, goal-focused work where needed. Young members 

have an opportunity to get together with their peers as well as with friends in the wider 

community, to form friendships, share experiences, have fun, and build confidence and 

self-esteem. 

Social outings include trips to the cinema, circus, zoo, theatre, bowling, shopping, or any 

activity the young member is interested in. Youth club activities and workshops include 

art and crafts, cooking, creative writing, teddy bear-making, science, filmmaking, 

computers, drama, sport, Christmas and Halloween parties, as well as events specifically 

for siblings. The support offered to our members through the Youth Service Programme 

also has a beneficial impact on parents and siblings, giving them a break and time for 

themselves. 
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MDI has been notified of the passing of a number of our members since our last 

newsletter. We would like to extend our deepest sympathies to the families and 
friends of all deceased members of MDI. We would also like to remind you that 

MDI will always be here for you should you require any support or information in 

the future. 

Remembering 

passed members  
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Contac t details  
National office 

Muscular Dystrophy Ireland, 

75 Lucan Road, Chapelizod,  

Dublin D20 DR77 

Telephone:  +353 (0)1 6236414 

Freephone:  1800 245300  

Email:   mdiinfo@mdi.ie  

Website:  www.mdi.ie 

Facebook: www.facebook.com/mdiireland/ 

Twitter:  @mdi_ireland  

South and Mid-West 
Cork, Kerry, Limerick, Clare, North 

Tipperary 
Ewa Flood 

Mobile: 086 6043365 
Email: mdiproject@mdi.ie 

 
West, North West and Midlands 

Galway, Mayo, Roscommon, Donegal, 
Sligo, Leitrim, Longford, Westmeath 

and Offaly 
Una Sadler 

Mobile: 086 3899286 
Email: fswwr@mdi.ie 

 

South East 
Carlow, Kilkenny, Waterford, 

Wexford, South Tipperary and Laois 
Marie Kealy 

Mobile: 086 6066107 
Email: mariek@mdi.ie 

North Dublin & North East 
Cavan, Louth, Meath, Monaghan 

Sinead O’Brien 
Mobile: 086 6066105 

Email: fswnd@mdi.ie  
 

South Dublin Coast, South West 
Dublin, Wicklow and Kildare 

Shane O’Byrne 
Mobile: 086 3830966 

Email: fswdublin@mdi.ie 

MDI Family Support Workers 
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Seasons Greetinngs  
to all our readers from all at  

Muscular Dystrophy Ireland 


