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Objectives
To achieve reimbursement for elosulfase alfa for MPS [VA patients resident in England.

Background
= MPS VA is an ultra-rare disease affecting less than 100 patients in England.

= In 2013, responsibility for the reimbursernent decision making process for treatments for
rare diseases, formerly governed by the Advisory Group for National Specialised Services,
was replaced by a joint process involving the Highly Specialised Technologies Evaluation
Committee of NICE and the Programme of Care Group of NHS England.

= The only treatment currently available, elosulfase alfa, was licensed by the European
Medicines Agency on 28th April 2014.

= The UK had been a major contributor to the Phase Il clinical trial with 35 patients being
enrolled out of the 176 recruited worldwide.

= Interim funding was not available when elosulfase alfa was licensed and there was a high
degree of interest and concern in continuing access to treatment in England.

= Although patients who had taken part in the clinical trial continued to receive free drug, other
English MPS VA sufferers had no access to treatment.

Methods

On the 21st Novernber 2014, a 10 year old boy, supported by the MPS
Society legally challenged NHS England's scorecard decision method.
This marked the start of a year long process involving the engagement
of all stakeholders to develop a workable solution for treatment access
(Figure 1). Patients together with the patient organisation MPS Society
UK, members of Parliament and clinicians canvassed NHS England
and the Department of Health for a fair process with equal access to
therapies as for common disorders (Figure 2}

This resulted in elosulfase alfa for MPS IVA being referred to NICE for full evidence review
and decision. During the NICE process, the MPS Society suggested a robust procedure
whereby all patients that met a set of criteria would be able to access treatment (Figure 3).
Stopping criteria were also included for the first time ever. This was incorporated by NICE and
announced in their draft guidance in September 2015,

The development of the Managed Access Agreement (MAA) became a working partnership
between NHS England, NICE, the MPS Society, BioMarin and a clinical expert.
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The MAA was designed to be inclusive for patients, ensuring response to treatment in a
minimumm of 4 out of 5 criteria through consistent clinical and quality of life monitoring. An
intensive follow up programme and multi domain ients would be ired and
treatrment would stop for those not meeting treatment targets (Table T

Results

On 16th December 2015 NICE guidance recommended elosulfase alfa for patients in England
via the MAAY As of 31st May 2016, a total of 46 patients have been recruited to the MAA
through 7 hospitals in England. This represents 48% of the 95 patients known to have MPS
IVA in England. Of these, 27 patients previously took part in the clinical trials for elosulfase alfa,
and 19 patients are receiving this new treatment for the first time.

Table 1. Response criteria for continued treatment”

Response aiteria Nailve patient (in 1st year
of treatment)
Improvement of & MWT or 25ft 10% Improvement over Remains 5% above basaline
Ambulation Test baseline
Improvement in FVC or FEV-1 5% Improvement over Remains 2% above basaline
baseline
Stabilsation defined as no adverse change in Stabiisation Stabilization
‘the numerical value in two of the following
three measures:
of Life as measured by the
EQSD-51 or MPS HAQ Caregver Domain
= Adolescent Paediatric Pain Tool or Brief
Pain Inventory depending on age
PReduction in urinary keratan sulfate 0% Reduction from Remain reduced at least
baseline 20% from baseline value

Deciine of less than 10%
from baseline

Dedine of less than 10%
from baseline

Dedline in ajection fraction as measured by
echocardiogram

FEV: forced expiratory volume, FUC forced vital capacity, MWT: minute walk test
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AGNSS: Adwsory Group for National Speciised Servees; EMA: Eurapean Medhones Agency; HST: Highly Specilised Technolagies

A patients experience of treatment

Whilst we are in the first year of this new initiative, MPS IVA patients have embraced the

Conclusions

www.mpssociety.org.uk

In an environment where health systems are having to choose between high cost drugs and
the funding of other health resources, the MAA, with a confidential financial arrangement,
offers all patients meeting the treatment criteria access 1o reimbursad therapy in the first 12

months. The MAA will be subject to annual review under the chairmanship of NICE and the
data collected will be used to assess whether NICE will continue to fund the treatment after
the 5 year term of the MAA.
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