
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.
 
The SMC wants to understand how SMA affects children, young people and their families in their
day-to-day life in Scotland - both practically and emotionally. It also wants to hear about their
priorities and preferences and whether they think nusinersen treatment could make a difference
(and, if so, in what way).
 
For us, it is therefore important that our submission reflects and summarises as many people's
experiences as possible and includes clear, concise facts and balanced information.
 
To try to achieve this we have drawn up  this survey for families whose child(ren) is / are
not receiving the treatment, nusinersen. It is quite long but the questions are designed to help
you give us the information we need to submit to the SMC. For ease, questions refer to 'your
child' throughout. Young people who wish to respond, please just take this to mean 'you'. 
 
If there is more than one child / young person in your family who has SMA, please complete a
survey for / with each child. Unfortunately if you do this electronically, you will need to use a
different device to complete each survey.
 
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 like to
be able to quote what people have told us. We will not identify you if we do this, but may include
non-identifying information that may help readers to understand some of the reasons for what is
being said e.g. age of child / Type of SMA. You will be asked at the end of the
survey whether you consent to this.
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Printed version for  Survey 1.  How does 5q SMA Types 1, 2 and 3 affect children and young
people aged 0 - 17 years living in Scotland with the condition and their families? What are
their views on nusinersen?
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The survey should take between 20 minutes and an hour to complete, depending on how much
detail you wish to include in your comments. 

If you would prefer to complete this survey online, please do so at
www.surveymonkey.co.uk/r/nusinersen1cyp

The online survey is set up so that you can take a break while completing it.  Please note, if
more than one person in your family wiahes to complete the online survey, each person will
need to use a different device (e.g. a different computer, iPAD etc)

If you are completing a printed copy of this survey, please return it by the closing date of
January 12th 2018.
 
Post to
SMA Support UK
40 Cygnet Court
Timothy's Bridge Road
Stratford upon Avon
CV37 9NW

If a second person wishes to complete their own survey, they can 

photocopy this blank form
or download and print out the appropriate survey from www.smasupportuk.org.uk/not-
received-the-treatment-nusinersen
or complete an online survey at www.surveymonkey.co.uk/r/nusinersen1cyp

Thank you.



Questions 1 to 39 are about the impact of SMA.
Any question marked with an * requires an answer.  

The Impact of SMA

Printed version for  Survey 1.  How does 5q SMA Types 1, 2 and 3 affect children and young
people aged 0 - 17 years living in Scotland with the condition and their families? What are
their views on nusinersen?

Please tell us more about who is completing this survey e.g. parents and young person age 14 completing this together.

1. Please tell us who is completing this survey (please tick as many as apply)*

I am the parent / primary carer of a child aged 0 - 17 years who has SMA and lives in Scotland

I am a child aged 0 - 17 years who has SMA and lives in Scotland

Other e.g. parents and child completing this together - please describe below

2. Please tell us what area of Scotland you live in*



3. Please tell us your child's age on December 31st 2017*

0 - 7 months

8 - 18 months

19 - 35 months

3 - 4 years

5 - 6 years

7 - 8 years

9 - 10 years

11 - 12 years

13 - 14 years

15 - 16 years

17 years

4. Which ethnicity best describes your child? (please tick as many as apply)*

English / Scottish / Welsh / Northern
Irish / UK

Irish

Gypsy or Irish Traveller

Any other white background

Indian

Pakistani

Bangladeshi

Chinese

Any other Asian Background

African

Caribbean

Any other Black / African / Caribbean
background

Arab

Any other ethnic group

Mixed ethnic background

Prefer not to say

5. Which Type of 5q SMA affects your child?*

Type 1

Type  1 / 2

Type 2

Type 2 / 3

Type 3

6. Prior to the diagnosis of SMA, how old was your child when symptoms were noticed? Your answer
may be in weeks of age, in months of age or in years of age



7. How old was your child when SMA was confirmed? Your answer may be in weeks of age, in months
of age, in years of age.

 Best Now

Able to sit without
support

Able to sit with support

Unable to sit - needs to
lie on their back / side

Any comment

8. What is the best  sitting ability your child has ever had and what is their current sitting ability?*



 Best Now

Able to stand
independently

Able to stand with
assistance e.g.
crutches / frame
/holding someone's
arms

Unable to stand  with
assistance e.g.
crutches / frame
/holding someone's
arms

Not applicable

Any comment

9. What is the best  standing ability your child has ever had and what is their current standing ability?*



 Best Now

Able to walk
independently

Able to walk with
assistance e.g.
crutches / frame
/holding someone's
arms

Unable to walk with
assistance e.g.
crutches / frame
/holding someone's
arms

Not applicable

Any comment

10. What is the best  walking ability your child has ever had and what is their current walking ability?*



 Previously Currently

Contractures (tightness
around joints)

Pain

Osteopenia (bone
weakness due to bone
density)

Bone fractures

None of these

Please tell us what impact these symptoms, and how you manage them, has had / has now on day-to-day life for both you and
your child  (this might be physically, emotionally, practically)

11. Has your child ever had / do they now have (please tick as many as apply):*

12. Has your child had / do they now have  spinal scoliosis (curvature)?*

Yes - please go to Q 13

No - please go to Q 14



 Has been done Is being done Is planned to be done

Lycra suit

Spine orthotics (spinal
brace / jacket)

Spinal rods - initial
surgery

Spinal rods -
lengthening

Spinal surgery -
completed

Other active
management 

No  active management

Please tell us what impact scoliosis, and its management, has had / has on day-to-day life for both you and your child (this might
be physically, emotionally, practically)

13. What has been done / is being done / is planned to be done about your child's  spinal scoliosis /
curvature?

14. Has your child ever had / do they now have  acute (sudden) breathing issues?*

Yes - please  go to Q 15

No - please go to Q 17



 Previously Currently

Shortness of breath

Excessive secretions

Fatigue

Nausea / morning
headaches / frequent
night time waking (due
to low oxygen / high
carbon dioxide levels)

Chest infections /
pneumonia

Blue lips / unresponsive
/ very pale skin ('blue'
episode)

Other - please explain

Please add any more information

15. What symptoms of   acute (sudden) breathing issues  has your child had / do they have now?



 Previously used Currently used

Assisted cough e.g.
cough assist machine

Nebuliser

Chest physiotherapy

Posture draining

Oral suctioning

Sleep study

Short-term non-
invasive ventilation

Night-time non-invasive
ventilation

Intubation and short
term mechanical
ventilation

Tracheostomy /
mechanical ventilation

Other

Please tell us about the impact these breathing issues, and their management, has had / has now on day-to-day life  for both you
and your child (this may be physically, emotionally, practically)

16. What has been / is used to help manage your child's  acute (sudden) breathing issues?

17. Has your child ever had / do they now have  chronic (ongoing) breathing issues?*

Yes - please  go to Q 18

No - please go to Q 20



 Previously Currently

Shortness of breath

Excessive secretions

Fatigue

Nausea / morning
headaches / frequent
night time waking (due
to low oxygen/high
carbon dioxide levels)

Chest infections /
pneumonia

Blue lips / unresponsive
/ very pale skin ('blue'
episode)

Other - please explain

Please add any more information

18. What symptoms of   chronic (ongoing) breathing issues  has your child had / do they have now?



 Previously used Currently used

Assisted cough e.g.
cough assist machine

Nebuliser

Chest physiotherapy

Posture draining

Oral suctioning

Sleep study

Non-invasive
ventilation

Night-time non-invasive
ventilation

Intubation and short
term mechanical
ventilation

Tracheostomy /
mechanical ventilation

Other

Please tell us about the impact these breathing issues, and their management, has had / has now on day-to-day life  for both you
and your child  (this may be physically, emotionally, practically)

19. What has been / is used to help manage your child's  chronic (ongoing) breathing issues?



 Previously Currently

Prolonged mealtimes

Fatigue with oral
feeding

Choking issues or
coughing during
swallowing

Recurrent pneumonia
caused by food getting
into the lungs

No

Other

Any other information

20. Has your child ever had / do they now have any of the following   choking / swallowing issues?*



 Previously Currently

Prolonged mealtimes

Fatigue with oral
feeding

Gastro-oesophageal
reflux

Constipation

Excessive weight gain

Insufficient weight gain

Weight loss

None

Other

Any other information

21. Has your child ever had / do they now have any issues with  digestion, constipation
or maintaining a healthy weight?

*



 Has had Has now Planned

Dietitian assessment /
advice

Speech and Language
Therapy assessment /
advice

Parent / carer oversight
and vigilance at meal
times

Mobile arm supports

Change to food
consistency (e.g pureed
food)

Calorie control diet

Medication (e.g. for
constipation)

Tube feeding (ng or nj)

Gastrostomy

None of the above

Other

Please tell us what impact your child's issues with choking / swallowing / digestion constipation / weight changes, and their
management, has had / has on day-to-day life for both you and your child (this may be physically, emotionally , practically)

22. What management has your child had / do they have now for their issues with  choking
/ swallowing / digestion / constipation / weight changes?



 
As I expect for a child of

their age

With a bit more help than
I expect for a child of

their age

With a lot more help than
I expect for a child of

their age

Needs full help - not
what I would expect for a

child of their age

Washing

Dressing

Toileting

Transfers

Eating and drinking

Any other information you would like to give

23. How does your child manage daily living tasks - compared with what you would expect for a child
of their age?

24. Does your child need night care? (e.g. help to turn over at night)*

Yes - please go to Q 25

No - please go to Q 26



25. What care does your child need at night time and how many times a night do they need it?

 Has this Applied for and waiting
Applied for and turned

down
Wanted but not applied

for yet

Physiotherapy

Occupational Therapy

Specialist car seat

Specialist buggy

Specialist seating

Specialist bed

Wizzybug

Standing frame

Walking frame

Manual wheelchair

Powered wheelchair

Mobile arm supports

Orthotics (e.g. leg
splints)

Wheelchair accessible
vehicle

Adaptations to toilet
and bathroom facilities

Hoist (mobile or ceiling
track)

26. Which of the following  health-related interventions and equipment  does your child currently
have / need? Please tick all that apply



Other home
adaptations (e.g.
bedroom, ramps, lift)

Assistive technology

None of the above

Other

 Has this Applied for and waiting
Applied for and turned

down
Wanted but not applied

for yet

Please tell us about the impact of these health related interventions and use of equipment on day-to-day life for both you and your
child (this might be physically, emotionally, practically)

27. How many  planned and unplanned hospital admissions  to do with SMA has your child had in
2017? Please explain if you wish.

*



Any comments

28. How many different  health and social care professionals  have you seen this year in connection
with your child's SMA?

*

Paediatrician

Neuromuscular Specialist

Respiratory Specialist

Orthopaedic Specialist

Physiotherapist

Occupational Therapist

Orthotist

Speech and language therapist

Dietician

Neuromuscular Care Advisor

General Practitioner

Health Visitor

Community Nurse

Social Worker

Special Educational Needs Coordinator

Work Experience Coordinator

University / college access disability services 

Benefits Assesor

Benefits Advisor

Other - please specify in comments



29. On average, how many  health and social care appointments  do you and / or your child have
each month that are to do with their SMA?

*

30. How much time do you estimate you spend on average each month - including travel time - on
issues related to your child's SMA e.g. hospital appointments, phone calls, chasing up on equipment.

Never able to access Always able to access

Please tell us about this.

31. How would you rate your experiences in your child's access to the  nursery / schools / college 
that you / they have wanted.

*



Never able to access Always able to access

Please tell us about this

32. How would you rate your experiences of your child's access to the  social and leisure options  that
they / you have wanted?

*

33. How many hours of paid care / personal assistance (funded by health and social care) do you
receive each week to help your child  at home?

*

34. How many  paid hours of personal assistance (funded by health / social care / education) does
your child have each week when they are at nursery / school / college?

*



Please tell us more and about the impact this has on day-to-day life for both you and your child (this may be physically, emotionally,
practically)

35. Who provides the unpaid care and personal assistance your child needs at home / school /
leisure time over and above what you would expect for a child of the same age?

*

Child's mother

Child's father

Child's grandparent(s)

Other relatives

Friends

Other



Please tell us more and about the impact this has on day-to-day life for both you and your child (this may be physically, emotionally,
practically)

36. What other caring responsibilities does your child's main carer (and partner if applicable) have?*

None

Other children

Ageing parents

Other relatives

Other - please describe below



 Main carer Main carer's partner Other family e.g. grandparent

Yes - completely

Yes - had to drop to part
time

No

Explain more if you wish

37. Which, if any, of your child's carers has given up work to care for them?*



 Yes Not really No Don't know

Keep physically well

Get enough sleep

Keep emotionally well

Keep socially
connected

Manage financially

Work the hours they
wish

Please tell us more if you wish

38. Is the paid personal assistance / care (funded by health / social care / eduction) for your child
enough for  the  main carer(s) to manage and..

*

39. In summary, what are the  biggest challenge(s) caused by your child's SMA that you want the
SMC to know about?





Questions 40 to 47 are about your views on nusinersen

Printed version for  Survey 1.  How does 5q SMA Types 1, 2 and 3 affect children and young
people aged 0 - 17 years living in Scotland with the condition and their families? What are
their views on nusinersen?

Any comments

40. 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'm interested to know more

Not a lot, and I'm not interested

Other, please specify below

41. 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

*



Please tell us more about why you have given this answer

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 if you want your child to have the opportunity to access this treatment.

Yes

No

Not sure



42. Please tell us about your expectations of nusinersen for your child and what access to the treatment
would mean to you / them.



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

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

45. 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, but we would like to be able to quote what people have told us. We will not
identify you if we do this but may include non-identifying information that may help readers to
understand some of the reasons for what is being said e.g. age of child / Type of SMA. 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



46. We may wish to contact you to ask further questions about your responses. Do you consent for us
to do this?

*

Yes - please give us your contact details when you get to Q 47

No

47. If you are willing to say who you are, please give your name and contact details here. This is so that
we can contact you if we need to - we will not pass on this information. It will not affect any services you
receive from SMA Support UK



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 9am on Tuesday 2nd January.

Thank You

Printed version for  Survey 1.  How does 5q SMA Types 1, 2 and 3 affect children and young
people aged 0 - 17 years living in Scotland with the condition and their families? What are
their views on nusinersen?
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	* 41. 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 if you want your child to have the opportunity to access this treatment.
	42. Please tell us about your expectations of nusinersen for your child and what access to the treatment would mean to you / them.
	43. Is there anything you have heard or read about nusinersen that concerns you in any way?
	44. Please add anything else here that you want the SMC to know about SMA and your views on whether NHS Scotland should fund nusinersen for all with 5q SMA Types 1, 2 and 3.
	* 45. 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, but we would like to be able to quote what people have told us. We will not identify you if we do this but may include non-identifying information that may help readers to understand some of the reasons for what is being said e.g. age of child / Type of SMA. Please tell us if you are willing for us to include what you have written in this survey.
	* 46. We may wish to contact you to ask further questions about your responses. Do you consent for us to do this?
	47. If you are willing to say who you are, please give your name and contact details here. This is so that we can contact you if we need to - we will not pass on this information. It will not affect any services you receive from SMA Support UK


	Printed version for  Survey 1.  How does 5q SMA Types 1, 2 and 3 affect children and young people aged 0 - 17 years living in Scotland with the condition and their families? What are their views on nusinersen?
	Thank You
	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 9am on Tuesday 2nd January.
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