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Nusinersen Managed Access Agreement: interim arrangements for 

ambulation stopping criteria as explained on NICE website 29.10.2020

Who does this apply to? 

These interim arrangements apply only to Type 3 paediatric Spinal Muscular Atrophy 

(SMA) patients who lost ambulation in the 12 months prior to 28th July 2019 and 

who have been initiated on nusinersen.  

What has been agreed? 

Until the outcome of the evidence review is known, NHS England and NHS 

Improvement (NHSE&I) has agreed to suspend the stopping criterion for paediatric 

patients who have not regained independent ambulation after 12 months of 

treatment. The proposed arrangements below will enable these patients to have 

continuing access to treatment with nusinersen for the duration of the evidence 

review. 

All other MAA starting and stopping criteria remain in place 

Interim arrangements: 

Without prejudice to the outcomes of the evidence review, for patients who meet the 

criteria above, it is recommended that the clinician, patient and/or their 

family/carer(s) review the clinical benefits of treatment with nusinersen and jointly 

decide whether to continue or stop treatment. 

Clinicians should notify the nusinersen Clinical Panel of patients who are affected by 

this interim arrangement. 

NHSE&I will write to the clinical leads in each of the 13 paediatric treatment centres 

to confirm how many patients are affected by this interim arrangement. 

Once the outcome of the evidence review is known, this interim arrangement will be 

reviewed. If the evidence review concludes that: 

• Nusinersen provides comparable clinical benefits for non-ambulant patients

and there is a recommendation to revise the MAA starting and stopping

criteria to expand access to this patient group, then these specific paediatric

patients to whom the interim arrangements apply will continue to be treated

with nusinersen (provided none of the other stopping criteria have been met).

• There is not enough new information to revise the MAA starting and stopping

criteria, then these specific paediatric patients will stop treatment with

nusinersen and transition to best supportive care.


