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Biogen statement re: NICE invitation to submit via STA 

Yesterday, we received a formal invitation from the National Institute for Health and Care Excellence 

(NICE) to submit SPINRAZA® (nusinersen), the first and only disease-modifying treatment for 5q spinal 

muscular atrophy (SMA), for a Health Technology Appraisal (HTA) via the Single Technology Appraisal 

(STA) route. 

The invitation comes following a lengthy time period during which we, alongside the clinical and patient 

communities, presented a thorough case for nusinersen to be reviewed via the Highly Specialised 

Technology (HST) programme, a route which can be used to appraise medicines for rare diseases.   

Whilst on its own the STA route presented a degree of uncertainty, we have been encouraged by a 

recent meeting with NICE and NHS England representatives, during which the need to respond to 

specific STA and access challenges in appraising nusinersen were expressly acknowledged, such as 

limited availability of long-term effectiveness and quality of life evidence usually needed to complete an 

STA cost-effectiveness analysis. Furthermore, it was agreed that an immediate plan be initiated to 

collaborate, with urgency, towards a Managed Access Agreement (please see ‘What is a Managed 

Access Agreement?’ on page 2) that can work alongside the STA process with the aim of limiting, or 

indeed avoiding, unnecessary delays to the process. This is welcome news; both for Biogen and more 

importantly, for those patients waiting to hear whether they will get access to nusinersen. 

The openness demonstrated by NICE and NHS England to commence development of a Managed Access 

Agreement straight away has reassured us that there is still a viable, long term reimbursement path, and 

now is the time for all stakeholders to work together to ensure as many patients as possible get access 

to nusinersen as soon as possible. 

 

What happens now? 

Biogen will submit to NICE in March 2018 (in line with the submission request date), and the NICE 

appraisal committee will outline their initial recommendation in June 2018 – at this point, feedback will 

be invited from relevant stakeholders including clinicians and patient representatives. NICE then 

provides its recommendation on whether routine funding can be made available to patients in England 

via the NHS, currently scheduled for November 2018. The STA will consider nusinersen for all 

appropriate patients who may benefit, which extends beyond those affected by infantile-onset SMA 

(consistent with type 1).  In parallel, NICE and NHS England have agreed that a Managed Access 

Agreement be developed without delay, and they will be initiating a project team which will include 

members from the HST team - this is encouraging as they can bring their experience in reviewing the 

wider context surrounding significant therapeutic advancements for rare diseases.  In addition, 

members of the patient and clinical communities will be invited to join the group.  

 

The Biogen expanded access programme remains open to all eligible children at the current time. 

However, it cannot be a replacement for health services, and urgent funding is needed in order to make 

nusinersen available long-term to the whole patient population who may benefit. 
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What is a Managed Access Agreement? 

Managed Access Agreements are a relatively new process, which allows NICE and the NHS to enter into 

negotiations with the manufacturers of medicines to agree special terms for reimbursement while further 

evidence is still being gathered, i.e. long-term data. Managed Access Agreements are often ‘outcomes 

based’, to allow the NHS and the manufacturer the opportunity to monitor how well the medicine is 

working in practice.  
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