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Highly Specialised Technologies (HST) criteria checklist
Burosumab for treating FGF23-related hypophosphataemia in tumour-induced osteomalacia ID3924

Introduction
The NICE HST criteria checklist is to highlight where a technology meets/partially meets or does not meet the criteria for routing to the HST programme. Its purpose is to show the details of why a technology may not be appropriate for HST evaluation, but also where it has been identified as suitable. For more information, please see section 7 of NICE health technology evaluation topic selection: the manual
 
Key – does the technology meet the criteria? Please use the colour key to advise if the technology meets the criteria 
	Met 
	There is clear and strong evidence that this criterion is met

	Unclear
	There is some evidence, or the evidence available is unclear.

	Not met
	There is no evidence or limited evidence that the criterion is met.  




MA wording: Treatment of FGF23-related hypophosphataemia in tumour-induced osteomalacia associated with phosphaturic mesenchymal tumours that cannot be curatively resected or localised in patients aged 1 year and over

	Number
	Criterion

	Description of how the technology meets the criteria 

	Does the technology meet the criteria?


	1. 
	The condition is very rare defined by 1:50,000 in England 


	There are an average of 5 finished consultant episodes in England per year (2015-2021), with a primary diagnosis of other adult osteomalacia. The number of these that are tumour-induced osteomalacia with unresectable tumours is unknown. The target patient group is likely to be very small.  

A Denmark registry study has estimated the prevalence of tumour-induced osteomalacia to be less than 0.7 per 100,0001 and the corresponding mortality rate at 1%. Applied to a population in England of 56 million, this would be less than 392 people with the condition, of which ~4 would die from it.   The anticipated marketing authorisation suggests the underlying causal tumours are phosphaturic mesenchymal tumours which are “exceptionally rare”2. 
	Met


	2. 
	Normally no more than 300 people in England are eligible for the technology in its licensed indication and no more than 500 across all its indications 

	The number of people in England eligible for the technology in its licensed indicated is unknown. Taking the estimate of 392 people in England with tumour-induced osteomalacia and assuming those with unresectable tumours will be a proportion of that population, it may be less than 300.

A targeted review3 summarising the pathophysiology of TIO, found that of 31 patients with TIO syndrome in which genetic causes of hypophosphatemia were excluded, the causative tumour was identified in 61% of them. Assuming <40% of TIO cases are non-localised/non-resectable tumours and applying these estimates to England would equate to 157 people with tumours that cannot be curatively resected or localised.

It was concluded in the scoping workshop that the statistics from the Danish registry would overestimate the eligible population in England. Based on clinical expert experience, patient expert experience and the company’s experience, it was agreed that an estimate of 20 would be reasonable as the outside upper limit. 

Burosumab is also indicated for X-linked hypophosphataemia – the adult population is approximately 350 people currently in treatment with a prevalence of up to 1,000 people including those not in treatment or undiagnosed. Burosumab is also indicated for X-linked hypophosphataemia in children. There are approximately 250 children and young people with X-linked hypophosphataemia in England (HST8 scope). This means that total numbers including these indications exceeds 500.
	Not met


	3. 
	The very rare condition significantly shortens life or severely impairs its quality 

	In the case of unresectable TIO, the condition is chronic. A delay in diagnosis can result in severe disability, including thoracic and spinal deformity. Management therapy is expected to improve symptoms and skeletal involvement but other complications may develop as a result of this therapy. Tolerance of management therapy in patients is poor.

There is very limited evidence on mortality and disease burden for patients with FGF23-related hypophosphataemia in tumour-induced osteomalacia associated with phosphaturic mesenchymal tumours that cannot be curatively resected or localised specifically.
	Unclear


	4. 
	There are no other satisfactory treatment options, or the technology is likely to offer significant additional benefit over existing treatment options.


	If the tumour can be located but surgery not possible then image-guided ablation with radiofrequency or cryoablation provides an alternative treatment but long-term outcomes are unknown1. Otherwise there is no treatment beyond symptom management. Management options include phosphate supplementation, vitamin D analogues such as alfacalcidol or calcitriol, or supportive care1. Conventional therapy is taken 4-6 times a day which interferes with usual activities including work and can disturb sleep.
	Met
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