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Dear Liz, 

Novartis Gene Therapies is pleased to respond to your request for a statement regarding access to 

Zolgensma®▼ (known also as onasemnogene abeparvovec) gene therapy in the UK. This follows 

decisions published today by NICE and SMC, the bodies which advise the NHS in England and Scotland 

respectively, about what treatments should be available on the NHS. NHS England has also announced 

today a landmark agreement with Novartis Gene Therapies to enable earlier and broader access to 

onasemnogene abeparvovec in England than the ongoing NICE process is proposing. 

England 

We are delighted with the agreement that we have reached with NHS England which secures access 

for families in England to onasemnogene abeparvovec, the only one-time gene therapy for SMA. This 

agreement coincides with draft recommendations published by the National Institute for Health and 

Care Excellence (NICE) for the use of onasemnogene abeparvovec on the NHS to treat: 

• babies aged up to 12 months with SMA Type 1 

o only if permanent ventilation for more than 16 hours per day or tracheostomy is not 

needed 

o treatment of children aged between 7 and 12 months should be discussed by a 

multidisciplinary team (MDT) 

• pre-symptomatic babies with SMA who have up to 3 copies of the SMN2 gene, as part of a 

managed access arrangement while further data is collected 

These draft NICE recommendations are open for consultation until April 6th 2021. We will continue to 

work with NICE through the appraisal process, including the consultation just announced, to reach a 

positive final outcome that could benefit other families not covered by these arrangements as soon as 

possible. We encourage members of the SMA community to participate in the consultation to make 

their views known to NICE before guidance is finalised. Details of how to participate can be found at 

https://www.nice.org.uk/guidance/indevelopment/gid-hst10026/consultation/html-content-2.  

Because of the agreement made between Novartis Gene Therapies and NHS England, children with 

Type 1 SMA who currently fall outside these draft NICE recommendations, but are within the scope of 

the marketing authorisation for onasemnogene abeparvovec,1 can be considered for treatment by the 

national multidisciplinary team; where it determines that treatment with onasemnogene abeparvovec 

would be clinically appropriate, then NHS England will reimburse the cost of gene therapy. Therefore, 

children with SMA Type 1, over the age of 12 months, and those who are receiving an alternative 

treatment for SMA, may be considered for gene therapy.  

                                            
1 The licensed indication for onasemnogene abeparvovec is for the treatment of: 

• patients with 5q spinal muscular atrophy (SMA) with a bi-allelic mutation in the SMN1 gene and a clinical diagnosis of 
SMA Type 1, or 

• patients with 5q SMA with a bi-allelic mutation in the SMN1 gene and up to 3 copies of the SMN2 gene. 
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In an unusual and welcome move, NHS England has said that it will not wait until the NICE process is 

concluded but will make gene therapy available as soon as at least one centre is selected and ready to 

provide the service; it is currently conducting a process to select the expert centres that will offer gene 

therapy.  

Scotland 

In Scotland, the Scottish Medicines Consortium (SMC) has announced that it has accepted 

onasemnogene abeparvovec for restricted use within NHS Scotland for the treatment of: 

• patients with 5q SMA with a bi-allelic mutation in the SMN1 gene and a clinical diagnosis of 

SMA Type 1, or 

• pre-symptomatic patients with 5q SMA with a bi-allelic mutation in the SMN1 gene and up to 3 

copies of the SMN2 gene, where patients are expected to develop SMA Type 1. 

This follows assessment under the SMC orphan medicines process, which included a Patient and 

Clinician Engagement (PACE) meeting. It is also subject to a Patient Access Scheme, which is a 

confidential commercial arrangement with Novartis Gene Therapies. The SMC recommendation is 

effective immediately. 

We thank everyone in the SMA community for their efforts over many months to help NICE, NHS 

England and SMC appreciate the unmet need in SMA. 

All of this means that onasemnogene abeparvovec will soon become available to the families who 

need it in both England and Scotland. We will seek to expand access to Wales and Northern Ireland as 

soon as possible.   

We appreciate that the SMA community will want to understand the details as they develop over the 

coming weeks. We expect that the national MDT in England may establish principles to determine 

which children currently living with SMA it would be appropriate to treat with one-time gene therapy, 

and any necessary prioritisation in terms of urgency during an initial ramping up period. Highly 

specialised treatment centres to administer onasemnogene abeparvovec are currently being selected 

by NHS England. We will support NHS staff training and centre readiness to provide gene therapy 

without delay once these centres are known. 

We are also committed to help ensure that babies affected by Type 1 SMA are identified as early in 

their disease as possible. We will continue to support both clinician education about the signs of SMA 

and also projects to evaluate newborn screening for SMA to enable the earliest possible diagnosis and 

support positive outcomes. 

We look forward to a future when every child in the UK who is born with severe SMA is able to access 

one-time gene therapy as a treatment option. 

With best wishes, 

Sally-Anne Tsangarides 

VP and General Manager, UK 

Novartis Gene Therapies 




