
The Scottish Medicines Consortium (SMC) will shortly be assessing nusinersen (spinraza ) to
decide whether it can be used by NHS Scotland for the treatment of SMA Types 1, 2 and 3. 

We have been invited to make a Patient Group Submission (PGS) to the SMC. The charities
Muscular Dystrophy UK (MD UK) and the SMA Trust have also been invited to make
submissions. We are working with them and also TreatSMA - the campaign group. The SMC will
not accept submissions from individuals, therefore people's views have to be expressed via one
of the groups invited to make a submission.

This survey is designed to offer people who are related to children, young people and adults with
SMA, (but who are not parents/carers of children and young people age under 18 years with SMA
or partners of adults with SMA),  a simple framework for telling us about your views on
nusinersen treatment.

We will collate all the surveys and summarise what we have been told. The anonymised
statistical results of this survey will be used to inform our Patient Submission to the SMC. We
would also like to share the information with MDUK, the SMA Trust, TreatSMA and other people
in the future who want to understand more about the impact of SMA and family experiences of
nusinersen treatment. We will not tell anyone your name or contact details, but we would also
like to be able to quote what people have told us. We will not identify you if we do this, but may
add non-identifying information that may help readers to understand some of the reasons for
what is being said e.g. age of child / grandparent's view. You will be asked at the end of the
survey if you consent to this.

The survey should take about 20 minutes to complete. The closing date for your comments via
this survey is January 12th 2018

Thank you.

Survey 3. Nusinersen treatment for those with SMA Type 1, 2 or 3  - views of people related
to children, young people and adults with SMA who live in Scotland and have not received
nusinersen treatment

TM



Survey 3. Nusinersen treatment for those with SMA Type 1, 2 or 3  - views of people related
to children, young people and adults with SMA who live in Scotland and have not received
nusinersen treatment

Other (please specify)

1. Please tell us how you are related to the child / young person /adult that you know who lives in
Scotland and has SMA .

*

I am their grandparent

I am their sibling

I am their Aunt/Uncle

I am other - please describe below

2. If the person with SMA is under 18, please tell us their age. This can be in years or months*

3. What area of Scotland does the person with SMA live in?*

4. What Type of of SMA do they have?*

Type 1

Type 1 / 2

Type 2

Type 2 / 3

Type 3



5. Briefly, can you tell us your view of what impact SMA has on your relative, their immediate carers
(e.g. parents / partner) and you (this might be, for example physically, emotionally, practically)

*



Survey 3. Nusinersen treatment for those with SMA Type 1, 2 or 3  - views of people related
to children, young people and adults with SMA who live in Scotland and have not received
nusinersen treatment

Other (please explain)

6. What do you know about the treatment nusinersen (also known as spinraza )? Please tick the
answer that is the best fit for you

TM

I have read a lot about how it works and what the outcomes have been in clinical trials

Not a lot, but I am interested to know more

I haven't read anything about it and don't wish to know more

Other - please explain

7. Over the last 3 years, nusinersen has been tested in clinical trials with children aged up to 12 years
and has been confirmed as a safe treatment. Though long-term results are unknown, it has been
licensed in the USA and Europe for the treatment of 5q SMA. Each country has to now review the
clinical evidence and decide whether it can be funded by its health authority.  

1.    Clinical Trial results

Children with SMA Type 1:  Sadly, without intervention, most children with SMA Type 1 rarely survive
beyond two years of age, usually due to breathing difficulties. In clinical trials with 122 children with
SMA Type 1 where 2/3rds were treated with nusinersen and 1/3rd were not treated, results for the
treated children were: 

·         51% improved their motor milestones, compared with 0% not receiving treatment: 

            - 22% of infants had head control, 
            - 10% could roll over, 

*



            -  8% could sit without support, 
            -  1% able to stand, compared with 0% not receiving treatment  

·         61% did not require a ventilator and were still alive, compared to 32% not receiving treatment. 

A greater effect was seen in infants receiving nusinersen at an earlier age (the example used was less
than around 13.1 weeks). 

Children with SMA Type 2 or 3: 38 children aged 2 – 12 years received treatment of 4 injections over
9 months. Compared to the control group, at the interim analysis, treated children achieved and
maintained motor function across multiple measures and milestones that wouldn't have been expected
with the natural history of the disease.

2. Administration of the treatment

Nusinersen is given by injection into the lower back;

- On the first day of treatment, day 0
- Then around day 14, day 28 and day 63
- Then once every 4 months.

The injection, called an intrathecal injection, is done by inserting a needle into the space around the
spinal cord. The patient may also be given a medicine to make them relax or sleep during the procedure
(sedative or general anaesthetic). Potential problems with this route of administration may be seen in
very young patients and those with scoliosis. Difficulties in administration may be managed through the
use of sedation and/or ultrasound.

Please tell us who you think should have access to this treatment in Scotland and your reasons
why.



8. Please tell us about your expectations of nusinersen and what access to the treatment would mean
to your relative

*

9. Is there anything you have read or heard about nusinersen that concerns you in any way?



10. Please add anything else that you want the SMC to know about your views of the impact of SMA
and whether NHS Scotland should fund nusinersen for everyone with 5q SMA Types 1 , 2 and 3

11. The anonymised statistical results of this survey will be used to inform our Patient Submission to the
SMC. We would also like to share this information with MDUK, the SMA Trust, TreatSMA and other
people in the future who want to understand more about the impact of SMA. We will not tell anyone your
name or contact details. We would also like to be able to quote what people have told us, but we will
not identify you if we do this but may add what Type of SMA / age or other non-identifying information is
helpful for readers to understand some of the reasons for what is being said. Please tell us if you are
willing for us to include what you have written in this survey.

*

Yes, I am willing for you to use the comments I have written

No, please don't use the comments I have written

Name  

Address  

Address 2  

City/Town  

County  

Post Code  

Email Address  

Phone Number  

12. If you are willing to say who you are, please give your name and contact details here. We will not
pass on this information.



Thank you very much for completing the survey.

A copy of our submission will be made available via the SMC. We also plan to publish it on our
website. We will notify people of this posting via our monthly e-news. If you are not already on
the mailing list, you can sign up at: www.smasupportuk.org.uk/sign-up-for-mailings 

If you want to talk further about any issues this has raised for you, please contact
supportservices@smasupportuk.org.uk or phone us on 01789 267520. Our office is closed from
3.30pm on Thursday 21st December and re-opens at 9.00am on Tuesday 2nd January.
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