[image: image2.jpg]Salford Royal INHS|

NHS Foundation Trust

University Teaching Hospital

safe e clean e personal



[image: image1.jpg]THE VARK

HOLLAND
METABOLIC UNIT




The Mark Holland Metabolic Unit
NW2, 2nd Floor Ladywell Building,
Tel:  0161 206 4365    Fax:  0161 206 4036

1st March 2017

Dr Margaret Helliwell

Vice chair

National Institute for Health and Care Excellence

10 Spring Gardens

London SW1A 2BU

Dear Margaret

Re: Final Appraisal Determination – Sebelipase alfa for treating lysosomal acid

                                                               lipase deficiency [ID737]

xx xxxx xxxxx, Consultee, Consultant Adult Metabolic Disorders, Salford Royal Hospital, NHS Foundation Trust, Salford would like to appeal against  the Final Evaluation Determination (FED) of NICE regarding ‘sebelipase alfa for treating lysosomal acid lipase deficiency (LAL-D)’ published February 15 2017.

Ground 1a: In making the assessment that preceded the recommendation, NICE has: failed to act fairly 

I would like to record a formal appeal which focuses on the clinical benefits provided by sebelipase alfa with late onset progressive LAL deficiency. 
1.1a    As a clinician who looks after adult LAL-D patients and some of whom have participated in the clinical trial I am in a position to comment that my patients have shown vast improvement in terms of reduction in liver and spleen size, normalisation of LFTs, improvement in lipid profile. The fibroscan has shown normal readings whilst previously reported widespread fibrosis on liver biopsy in addition to the clinical improvement with pain and fatigue. In the last four weeks whist patients have been off ERT as the clinical trial has come to an end the LFTs and liver profile have already deteriorated.
1.2a     I agree that it remains uncertain whether these patient will ever come to stage of cirrhosis or needing transplant and if sebelipase alfa will delay or stop progression to cirrhosis, need for liver transplant, or premature deaths in patients who present as non-infantile form of the disease as these longer-term clinical outcomes could not be assessed in the reported clinical trials. The reduction in steatosis and fibrosis in this group seen in a greater number of patients on sebelipase alfa compared with placebo (whilst not statistically significant) in the clinical trial should be taken into consideration (Burton, Balwani et al 2015). Liver fibrosis, liver biopsy with histology are well-studied accepted markers of disease progression in other liver disorders. 
1.3a     Sebelipase alfa is at least as efficacious as some other funded (enzyme replacement therapies) ERTs, and more effective than others which are currently funded and therefore that a decision not to fund treatment would discriminate against this particular patient group. Using this in selective adult patients with managed patient access agreement will be a very reasonable process without discriminating these patients and the process will ensure its use in the patients where it is going to be most useful. 
1.4a    I hope that the Company will be able to negotiate a price that will be acceptable to NICE / NHS England. I am aware that the budget for high cost drugs is limited, and that further treatments for other inherited metabolic disorders likely to impact on this budget are in development. May be this is also time to review all currently funded high cost drugs i.e. ERTs /substrate reduction therapies in the inherited metabolic disorders so that the budget is used effectively, fairly and where it is going to be of meaningful and reasonable benefits to the patients. 
Conclusion

I wish this appeal to proceed at written appeal.
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