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RESPOND:  
A clinical research 
study for children  
living with SMA 



We are conducting a clinical research 
study that may be of interest to 
you and your family. Our study is 
evaluating the safety and efficacy of 
nusinersen (Spinraza) in infants and 
children with SMA three years of age 
and under who have been previously 
treated with onasemnogene 
abeparvovec (Zolgensma). 

This brochure will provide you with 
information about clinical research in 
general, explain why we are conducting this 
clinical research study, and describe what 
your child’s participation will involve.

Choosing to take part in a clinical research 
study is a big decision. It is important for you 
to understand what the study is about, what 
the potential risks are, and what your child’s 
participation would involve before agreeing 
to have him or her take part. 
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Potential study 
participants must:  

Be three years of age  
and under

Have been diagnosed 
with SMA

Have taken Zolgensma

Other criteria will need to be met before your 
child can participate. The doctor will be able to 

explain these in more detail with you.
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About Clinical 
Research Studies
A clinical research study is a scientific 
investigation designed to answer 
important questions about an investigational 
drug, such as:

-   Is it safe?

-   Does it work?

-   What are the side effects?



People take part in clinical research studies 
for a number of reasons. Parents of children 
with SMA may: 

•    Have run out of approved or alternative 
treatment options for their child

•    Want to help others with the same disease 
or add to the knowledge of their child’s 
disease or condition
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Even before a study starts, safety is our 
highest priority. Every study must be 
reviewed and monitored by an Independent 
Ethics Committee (IEC). These groups, made 
up of both scientists and non-scientists, 
review the study’s plan to make sure that: 

•    The rights of participants and their study 
partners / caregivers will be protected

•    The Informed Consent Form outlines all 
known potential risks and benefits for the 
participant to review 

•    The study addresses important unanswered 
medical questions

Without people willing to volunteer for medical 
research and clinical research studies and to 
enroll their children, it would be almost impossible 
to evaluate potential new treatments for medical 
conditions like SMA.
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Why is this clinical 
research study 
needed? 
There is an important medical and  
scientific need to research the safety and 
efficacy of different treatment options for 
children with SMA who did not respond as 
expected to Zolgensma.

The RESPOND study will evaluate the 
safety and efficacy of nusinersen (Spinraza) 
in this population.
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Spinraza and SMA 

Young children with SMA cannot make enough of the 
protein their motor neurons need to function because 
their survival motor neuron 1 (SMN1) gene is either 
mutated or lacking altogether. The gene they do have, 
SMN2, does not produce enough protein for all of the 
body’s muscles. The investigational drug (Spinraza) 
is what’s known as an “antisense oligonucleotide,” a 
substance that helps to increase the amount of protein 
produced by SMN2.  

About Spinraza

•    Antisense oligonucleotide (ASO), a type of therapy that 
targets a specific gene and is believed to increase its 
protein production

•    Delivered by injection into the spinal canal near the 
spinal cord every four months, following four initial 
loading doses over a two-month period

•    This clinical research study aims to study how children 
respond when they receive Spinraza following 
Zolgensma treatment 
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Study Activities
Participation lasts approximately 115 weeks 
(approximately 29 months) and includes:



Screening Period  
(up to 3 weeks)

Treatment Period  
(up to 95 weeks,  

approximately 8 months)

Follow-up Period   
(up to 17 weeks)
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Study Activities (Continued)

Screening Period 
(up to 3 weeks)

The study doctor and their staff will perform 
medical tests and assessments to determine if 
your child is eligible to participate.

Treatment Period 
(up to 95 weeks,  
approximately 8 months)

If your child qualifies and you choose to 
participate, your child will receive Spinraza. 
They will receive three “loading” doses 
of the investigational drug during three 
outpatient visits to the study center at 14-day 
intervals. Your child will receive a fourth dose 
approximately 35 days after the third dose  
and then “maintenance” doses every four 
months after that.  
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Follow-up Period 
(up to 17 weeks)

Your child will return to the study location for 
some final tests and assessments. You will also 
receive a phone call from a member of the 
study team to check on your child’s health.

During the course of the study, all eligible 
study participants will receive at no cost: 

•    Comprehensive study-related health 
evaluations and assessments 

•    Investigational drug (Spinraza)

•    All study-related visits and care

•    Potential stipend and reimbursement
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How will my 
child’s health 
be monitored? 
As safety is our highest priority, your child 
will be monitored continuously throughout 
the treatment and follow-up periods during 
the study. You will also have phone calls after 
certain visits to check on your child’s health. 
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Participant assessments and 
activities will include: 

Blood samples

Electrocardiogram (ECG) test

SMA genetic testing

Assessment of your 
child’s symptoms

Neurological examinations

Physical examinations

Questionnaires 

Questions about your child’s 
health and medications

Urine samples 

Vital signs

Weight
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What are the potential risks of this 
clinical research study? 

It is important to remember that, as with any 
investigational drug, you can never be sure of the 
outcome. Your child’s health may improve, it may 
stay the same, or it may get worse. 

There may be side effects to Spinraza treatment 
after Zolgensma that are unknown. The effects  
of the investigational drug, when combined with 
other medicines or substances, may not be fully 
known. A combination of medicines and other 
substances might result in serious or even life-
threatening reactions. Therefore, you should always 
discuss the use of any medicine (over-the-counter, 
prescription, herbal) with your doctor while your 
child is in this study.
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What else do I need to consider?  

The study team will explain the known possible risks 
and benefits of having your child take part in this 
clinical research study.

Taking part in the study is voluntary. You can 
decide to withdraw your child from the study at 
any time, and it will not affect your child’s care 
now or in the future. 

Thank you

If you would like more information about taking 
part in this study, please contact the study site. 
For general information about the study, go to  

www.SMArespondstudy.com.
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