
 

 

 

 

Sir Andrew Dillon 

Chief Executive 

NICE 

10 Spring Gardens 

London 

SW1A 2BU 

1st May 2019 

 

Dear Sir Andrew, 

Urging NICE, NHS England and Biogen to work strenuously this week so that on May 8th, the 

NICE committee can endorse an agreement for access to Spinraza for all with SMA Type 1, 2 

or 3.  

Today marks 8 weeks since the third NICE committee meeting on access to Spinraza and over 15 

months since the NICE process began. You will be only too well aware of the distress felt by the 

SMA community as they continue to wait for a decision on this life-changing treatment. The sense of 

urgency has been compounded by Biogen’s closure on 1st November 2018 of its compassionate 

use programme for infants newly diagnosed with SMA Type 1. Every month that has passed since 

this date has seen more infants diagnosed with SMA Type 1. Unable to access this treatment, their 

SMA will follow a more severe, and possibly fatal, course.  

But it is not only these infants; it is also all the other children, young people and adults with SMA 

Types 2 and 3 that are desperate for the opportunity to access the drug. Spinraza has now been 

made available in 46 countries globally. As you are aware, Spinraza was approved on the NHS in 

Scotland for infants with SMA Type 1 in May 2018. This inequity of access with be further 

exaggerated when Scotland fulfils its commitment to expand access to children and adults with 

SMA Types 2 and 3, whilst the health of people with SMA in England is changing irrevocably.  

NICE has now announced a fourth committee meeting on 8th May.   

On behalf of the SMA community we urge NICE to work strenuously with Biogen and NHS England 

in the intervening days before the committee meeting so that an agreement for a Managed Access 

Agreement for all with SMA Type 1, 2 or 3 is ready for the committee to endorse.  This will allow 

access while further evidence is collated for a treatment which has already been shown to be 

clinically effective. 

Can you assure the SMA community that this week and at the meeting, NICE’s cost effectiveness 

calculations will be flexible and will recognise that this treatment should not be judged by the 

thresholds set by the Single Technology (STA) route for common conditions?  

 



 

The NICE appraisal process has already taken too long and people with SMA are paying the price 

with their health and independence. We urge NICE to step-up and act to make this clinically 

effective drug available to the people who are desperately holding out hope of receiving it. Please 

don’t make families wait any longer or allow them to be devastated by a negative decision. Please 

do everything within your power to enable all with SMA Type 1, 2 or 3 to access this life-changing 

treatment.  

Additionally, we have heard from several NICE officials over the past two years that Spinraza shows 

that the system is longer appropriate. This aligns with recent comments made by the Health Minister 

and is a view we share. We are gravely concerned that a failure to address this as a matter of 

urgency is leading to lives being needlessly cut short. We urge NICE to be transparent as it 

embarks on its methods review and to fully involve the key stakeholders – patient groups and 

clinicians in designing a new system that is fit for purpose. Make Spinraza the last treatment to be 

appraised so inappropriately. Make the SMA community the last patient group to have expericned 

such distress at the hands of regulatory authorities. 

 

Yours sincerely, 

 

 


