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Advice sought The Committee is asked to advise whether: 

 any changes are required to the RMP 

 any additional pharmacovigilance activities are required 
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1.0 PURPOSE 

An application for consent to distribute nusinersen has been made to Medsafe by Biogen.  This is a 
new category of medicine and therefore Medsafe is seeking the Committee’s opinion on whether 
any additional post-market activities will be required, should this medicine be approved.  The RMP 
provided to Medsafe is version 5.0, dated 24 April 2017. 

2.0 RISK MANAGEMENT PLAN 
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2.1.3  
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2.5 Elements for the public summary 

Spinal muscular atrophy (SMA) is a genetic disease caused by a shortage of a particular protein 
(called survival of motor neuron, or SMN). This results in the loss of nerve cells in the spine, leading 
to weakness of the muscles in the shoulders, hips, thighs, and upper back. SMA may also weaken the 
muscles used for breathing and swallowing. SMA is considered an orphan disease, which means that 
it affects fewer than 200,000 people in each country. SMA occurs in 8.5 to 10.3 per 100,000 live 
births. 

Nusinersen works by helping the body to produce more of the SMN protein that people with SMA 
don’t have enough of. This reduces the loss of nerve cells and so improves muscle strength. 

Spinraza is used to treat a genetic disease called SMA. Spinraza is one of a group of medicines known 
as antisense oligonucleotides (ASO). It contains the active substance nusinersen. 

Spinraza works by helping the body to produce more of the SMN protein that people with SMA are 
short of. This reduces the loss of nerve cells and so improves muscle strength. 

It is unclear if there are additional unknown factors that might influence the response to nusinersen. 
It is uncertain what the appropriate amount of SMN protein is to remain symptom-free. 

Table 9: Summary of the Risk Management Plan 
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All medicines have a data sheet that provides physicians, pharmacists, and other health care 
professionals with details on how to use the medicine and the risks and recommendations for 
minimising them. An abbreviated version of this in lay language is also provided for use by patients in 
the form of consumer medicine information. The measures in these documents are known as routine 
risk minimisation measures. 

There are no additional risk minimisation measures. 
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The Applicant will conduct routine pharmacovigilance and will continue to monitor the safety profile 
and the longer-term efficacy in the ongoing clinical studies. In addition, the Applicant will collaborate 
with existing disease registries to understand the long-term benefit-risk safety profile of nusinersen. 

Table 10: Summary of ongoing clinical studies 
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3.0 DISCUSSION AND CONCLUSIONS 

SMA is a rare disease associated with severe outcomes including death, depending on the number 
of copies of SMN2 the patient has.   
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4.0 ADVICE SOUGHT 

The Committee is asked to advise whether: 

 any changes are required to the RMP 

 any additional pharmacovigilance activities are required 

5.0 ANNEXES 

1. Risk Management Plan 




