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HSE approves Spinraza after lengthy HSE approves Spinraza after lengthy HSE approves Spinraza after lengthy 
campaign by families of children living campaign by families of children living campaign by families of children living 

with Spinal Muscular Atrophywith Spinal Muscular Atrophywith Spinal Muscular Atrophy   
Edited for MDI News Update from Irish Times article - Tue, Jun 11, 2019, 

O 
n the 11th June last, Muscular Dys-

trophy Ireland (MDI) was delighted 

to learn of the decision by the 

Health Service Executive to ap-

prove Spinraza, the only treatment on the mar-

ket for the rare muscle-wasting condition spinal 

muscular atrophy (SMA), after a lengthy cam-

paign by SMA Ireland, families of children living 

with SMA and members of MDI. 

The HSEôs leadership team (in early June 2019) 

decided to reimburse the drug, effectively over-

turning a negative recommendation by its drugs 

group last May. 

The drugs group voted by a narrow majority in 

May against reimbursing Spinraza, despite a 

revised price application by the manufacturer, 

Biogen. 

The UKôs national health service subsequently 

approved the drug, leaving Ireland in an 

ñisolated positionò, HSE director general Paul 

Reid acknowledged in an appearance before 

the Oireachtas health committee. 

Earlier this year, the HSE said the drug would 

cost about ú600,000 in the first year to treat 

each of the 25 Irish children with the condition 

and ú380,000 a year thereafter, ñwith an esti-

mated budget impact in excess of ú20 million 

over a five-year periodò. 

Biogen subsequently issued a revised price pro-

posal which it said was in line with the final 

price negotiated in other European countries 

that have approved the drug.  Spinraza is ap-

proved in 26 countries around Europe with just 

Estonia rejecting it. 

Protesters at Leinster House, Dublin in February called for the HSE to approve Spinraza for children who have spinal muscular 

atrophy. Photograph: Gareth Chaney/Collins 
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As part of its submission, Biogen has previously 

provided the HSE with pricing for its portfolio of 

biosimilars - like-for-like therapies for expensive 

biologic drugs that have come off patent - that it 

says would offset the cost of Spinraza. 

Families of children with SMA protested outside 

Leinster House in February, with members of 

most Opposition parties prominent among the 

attendance. 

With just ú10 million available for innovation in 

drugs this year, the HSE had spent virtually all 

of its new medicines budget by February. 

After years of campaigning by our members 

and associates, this decision by the HSE has 

been welcomed by Muscular Dystrophy Ireland 

(MDI) and in particular by families of our young-

er members with SMA.  For the wider SMA 

community however, the campaign still goes on 

because Spinraza has yet to be approved as a 

treatment for adults with SMA in Ireland, which 

we at MDI view as age discrimination and up-

setting for the 34 people whom we have regis-

tered on our database with SMA.   

Have you added your details to Have you added your details to 

the SMA Ireland Database?the SMA Ireland Database?  
Over the past 18 months SMA Ireland has been working to com-

pile a comprehensive registry of people living with SMA in Ire-

land. Have you added your details to this Database?  

It has been an ongoing problem as SMA Ireland seek services 

and treatments for people with SMA that there does not seem to 

be any reliable information available regarding numbers of peo-

ple living with SMA in Ireland. This voluntary database aims to 

gather information on individuals with SMA (age, locations in the 

country etc.) to help ensure they are properly represented. 

SMA Ireland is therefore asking people for their contact details 

so they can keep you informed of whatôs going on with SMA in 

Ireland and other issues that might affect you. This will never be 

shared with any third party. 

To register your details please contact SMA Ireland via their web-

site: www.smaireland.com or contact Jonathan O'Grady directly 

at jonathanogrady@smaireland.com or telephone 087 229-1850. 

http://smaireland.com/
mailto:jonathanogrady@smaireland.com
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On Tuesday, 11 June 2019, the HSE/

Department of Health agreed to grant access 

for the drug Nusinersen (Spinraza) on an ex-

ceptional and individualised basis for people 

under 18 years of age with Spinal Muscular At-

rophy (SMA) Type I, II or III. For the 25 children 

in Ireland with SMA, this is of course very wel-

come news following months of uncertainty and 

worry. However for the wider SMA community it 

feels like a hollow victory, as the less than 25 

adults with SMA in Ireland have been let down 

by this short-sighted decision.  

Commenting on the age-related access criteria, 

SMA Ireland spokesperson Jonathan O'Grady 

said, 

"The 18 age cap is a case of blatant 

discrimination. We're not talking 

about a required level of maturity, 

such as being able to vote. We're 

talking about a line in the sand that 

effectively excludes a small minority 

simply because it is economically 

convenient.  

The HSE argues that trial data as of 

yet provides insufficient evidence 

for adults. However Spinraza has 

been approved in all EU countries, 

except Estonia where it is still under 

review. In the vast majority of these 

countries, age is not used as a barrier to ac-

cess. These health authorities, like SMA Ire-

land, believe that it is most unlikely that the ben-

efits of treatment cease just because the patient 

has turned 18. SMA Ireland fully accept that 

there needs to be some criteria for access to 

Spinraza, but an age limit is crude and unfair. 

I am of course thrilled that a child born today 

with SMA in Ireland will have access to Spinra-

za. This will undoubtedly reduce the worst ef-

fects of the disease and give this child every 

opportunity to lead a full and happy life. But 

think about it; for someone over 18 living with 

SMA in Ireland today, they have survived be-

cause they maybe have a slightly less aggres-

Statement by 

on Spinraza  

WƻƴŀǘƘƻƴ hΩDǊŀŘȅ  

{a! LǊŜƭŀƴŘ  
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On 25th February last, Muscular Dystrophy Ire-

land was very happy to acknowledge the 

HSEôs decision to reimburse Translarna for the 

treatment of Duchenne Muscular Dystrophy. 

This decision means that five Irish patients with 

DMD will now become eligible to receive the 

new drug. 
 

Translarna, developed by PTC Pharmaceuti-

cals, is a treatment for a specific form of Du-

chenne Muscular Dystrophy. It applies to pa-

tients with a specific genetic defect called a 

óNonsense Mutationô in the dystrophin gene, 

and who are aged five years and older and still 

able to walk. 
 

The decision to reimburse Translarna came 

almost five years after the drug first received 

conditional approval from the European Medi-

cines Agency, and over three years since the 

first submissions were made for the drug reim-

bursement in Ireland. 
 

Elaine McDonnell, CEO MDI:  

ñThis has been a long and difficult journey for 

everyone involved in the effort to have Trans-

larna available in Ireland, and after years of 

hard work we are delighted to see that a posi-

tive outcome has finally been achieved. 
 

We want to acknowledge and congratulate 

everyone who has contributed to this success, 

including Dr. Declan OôRourke and his team, 

the numerous politicians and journalists who 

have helped to publicly highlight Translarna, 

and Clair Kelly who played a key role on behalf 

of MDI during her time with us. 
 

Most importantly however are the families who 

led the campaign by opening their lives to the 

public, to the scrutiny of the HSE decision mak-

ers, and endured a long and trying process for 

which they have now been rewarded. 
 

We hope that the families will now see the 

same outcomes and benefits that many of their 

peers across Europe, who have already ac-

cessed Translarna, have experienced. And that 

this process will provide a pathway for other 

treatments which are already, or will soon be, 

available for other forms of Muscular Dystro-

phy.ò 

Statement from Muscular Dystrophy Ireland Statement from Muscular Dystrophy Ireland Statement from Muscular Dystrophy Ireland 

Concerning Decision to Fund Translarna Concerning Decision to Fund Translarna Concerning Decision to Fund Translarna 

treatment for Duchenne Muscular Dystrophytreatment for Duchenne Muscular Dystrophytreatment for Duchenne Muscular Dystrophy   

sive form of the condition. Their contemporaries with more severe SMA have sadly died.  

These "SMA survivors" are currently leading as full a life as they can, they are employed, they are 

married and some even have children. At last, a drug has been developed that will cease the fur-

ther effects of SMA on the survivors' bodies and maybe even improve their condition. But be-

cause they have had the temerity to survive past 18 years of age, the HSE is saying, "No, you 

can't have the medicine!".  

This is a ridiculous situation. It is cruel and highly discriminatory. The HSE/Department of Health 

must revise the access criteria for Spinraza immediately." 

Over the past 18 months SMA Ireland has been working to compile a comprehensive pa-

tient registry for SMA in Ireland. If you, or someone you know, has a form of SMA please 

contact SMA Ireland and make sure that your contact details are recorded in the registry. 

Visit: www.smaireland.com or contact Jonathan O'Grady directly on 087 229-1850 or email  

jonathanogrady@smaireland.com. 

http://www.smaireland.com
mailto:jonathanogrady@smaireland.com
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On Saturday the 22nd of June, MDI held our annual general meeting in the Red Cow Moran Hotel, Naas Rd, Dublin.  

The morning began with the business of the day, the AGM itself. The Annual Report and Audited Accounts for year 

ending 2018 were presented to the meeting.  Both reports (and previous years reports) can be viewed on the MDI 

website - see: www.mdi.ie/mdi-annual-reports-and-audited-accounts.html.  The elected Board of Directors for the 

current year were follows: 
 

Chairperson: John Roche  

Vice Chairperson: Grace Greene 

Secretary: Hazel Bridcut  

Treasurer: Ephraim Purcell  

Board Members: Kenneth Rowan  

After lunch, guest speakers were invited to up-

date members on current projects and/or ser-

vices.   

The first speaker up was MDIôs Fundraising / PR Coordinator, Patrick 

Flanagan, who updated members on the MDI Strive Project which is a 

new initiative for members to support personal development and so-

cial engagement, with a particular emphasis on people with Duchenne 

muscular dystrophy.   

Assistive Technology for people with 

disabilities was the next topic on the 

agenda and Sean OôDonnell (Sean 

OôDonnell Electrical) and Brian Dillon 

(HouseMate.ie) both provided  details 

of the various environmental controls available to make oneôs home more user 

friendly for people with disabilities.   

And finally, Caroline Gardner from 

Quality Matters updated members on 

how MDIôs five year strategic plan is 

progressing and where it is at now.   

Copies of all presentations will be 

available soon.    Please contact MDI 

if you would like a copy of same.   

 

Thank you to all members who attended the AGM and to our speakers on the day.   

MDI Annual General Meeting and ConferenceMDI Annual General Meeting and Conference  

http://www.mdi.ie/mdi-annual-reports-and-audited-accounts.html
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Introducing MDIôs New Head of Services, Introducing MDIôs New Head of Services, Introducing MDIôs New Head of Services, 

Ashling Kennedy Ashling Kennedy Ashling Kennedy    

A 
shling joined MDI in June this year as Head of  
Services.   Ashling has a background in  
Management, Psychology   
and Counselling and Psychotherapy  

and has worked  in the non-for-profit sector  
in community development with disadvan-
taged communities for over 20 years.  
Ashling previously worked for the Irish 
Foster Care Association for over 5 years 
in a similar role providing services using 
a holistic-focused and member-centered 
approach and worked with Special 
Olympics Ireland previous to that, for 
over 7 years.  

Ashling will be responsible for implement-
ing aspects of the strategic plan related to 
the services and for driving forward the ser-
vices agenda to ensure the right services are 
available and resourced for members and their 
families, striving for better outcomes and supports       
for all our members. 

We at Muscular Dystrophy Ireland would like to welcome Ashling to our organisation and 

we wish her well in her new role within MDI.  Ashling will be based in our Head Office in 

Chapelizod, Dublin and you can contact her at MDI on (01) 6236414 or 086 8511207 or 

email:  headofservices@mdi.ie.   

MDI would like to thank Giovanni Stimamiglio from MDI would like to thank Giovanni Stimamiglio from 

Italy Italy (pictured top left with MDI staff)(pictured top left with MDI staff)  who was on work who was on work 

experience at MDI for the month of June.  Giovanni experience at MDI for the month of June.  Giovanni 

assisted all staff in Head Office with various tasks assisted all staff in Head Office with various tasks 

during his time with us and was a great help to us all.  during his time with us and was a great help to us all.  

We wish him well for the future.  We wish him well for the future.    

mailto:headofservices@mdi.ie
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A document entitled óA Charter for Patient Involvement in Medicines Assessment & Reimburse-
mentô, was published by IPPOSI on 20th February 2019.    
 

In 2017 and 2018, Muscular Dystrophy Irelandôs former Information Officer, Clair Kelly was ex-
tremely involved with the draft of this Charter and MDI are just one of the 35 Member Organisa-
tions who are signatories of this Charter, which calls for greater involvement in the óMedicines 
Assessment & Reimbursementô process in Ireland. The Charter also calls on the government to 
improve the transparency, accountability and communication on how medicines are assessed 
& reimbursed by the State. 
 

The Charter, co-ordinated by the Irish Platform for Patient Organisations, Science & Industry 
(IPPOSI), with the support of the Medical Research Charities Group (MRCG) and Rare Dis-
ease Ireland (RDI), sets out 29 actions that the relevant State agencies (Department of Health; 
Health Service Executive, National Centre for Pharmacoeconomics) should take to inform and 
include patient perspectives at every stage of the process. 
 

This Charter provides a collective and holistic response to address the many Irish patient con-
cerns expressed about levels of transparency, accountability, quality and fairness in the Irish 
Health Technology Assessment (HTA) and post-HTA process. 
 

It was developed with a cross-section of the IPPOSI patient membership as well as the support 
of the Medical Research Charities Group (MRCG) and Rare Disease Ireland (RDI).  It is de-
signed to promote patient empowerment through effective partnership between patient commu-
nities and the Irish state agencies responsible for medicines assessment & reimbursement. 
 

For further details see: www.ipposi.ie/2019/02/20/patient-charter-published/ 

IPPOSI ï The Irish Platform 
for Patient Organisations, 
Science and Industry ï is a 
patient-led organisation that 
works with patients, govern-
ment, industry, science and 
academia to put patients at 
the heart of health innova-
tion. Muscular Dystrophy 
Ireland (MDI) is a member of 
IPPOSI. 

New Charter Published  

http://bit.ly/2Nbpvg7
http://www.ipposi.ie/2019/02/20/patient-charter-published/
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 I  n June, ILMN (formally Centre for Independent Living) launched a Leader Manual which is designed as a 

support for people with disabilities who have a PA service, want a PA service or who would like to know 

more about Independent Living.  Prior to this publication, months earlier, ILMI also produced a very in-

formative leaflet entitled ñAchieving a right to personal assistance in Irelandò, which we have included be-

low.  We at MDI believe many of our members will find this information very helpful in their ongoing quest to 

secure appropriate and secure Personal Assistant Services, which sadly is an uphill battle for many.   For a 

copy of the Leader Manual or further information visit: www.ilmi.ie , email: info@ilmi.ie or call: (01) 8740455 


