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Highly Specialised Technologies (HST) criteria checklist
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Introduction: The NICE HST criteria checklist is to highlight where a technology 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.
 
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

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




Proposed MA wording: xxxxxxxxxx

	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 is little published epidemiology data for the prevalence and incidence of PFIC.
· Incidence has been estimated to be between 1:50,000 and 1:100,000 live births worldwide but the data on which these rates are based is unclear. 1,2
· The exact prevalence in England is unknown. We sought clinical expert advice and 1 expert suggested approximately 40 to 60 patients are living with PFIC in England. This was based on scaling up patients in their clinic (4) and multiplying by the number of clinicians treating the condition in England. 
· The company in HST17 suggested that the estimated survival is 30 years based on a range of studies.  Using the number of births in England (596,000)3 and an estimated survival of 30 years, an incidence of 1 in 50,000 births corresponds to 358 patients living with PFIC in England and 1 in 100,000 births corresponds to 179 patients.
· Although no robust estimates can be found it is estimated that there are less than 1:50,000 people living with PFIC in England. This criteria is met.
	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 

	· For criteria 1 it is estimated that up to 358 people could be living with PFIC in England. Although the number of people eligible for treatment with maralixibat is likely considerably lower than this based on clinical advice.
· Between June 2022 and June 2023 data obtained from NHS England shows there have been xx approvals for odevixibat in PFIC.
· Therefore the number of patients eligible for treatment with maralixibat in England is likely to be significantly under 300 based on NHSE data on odevixibat. 
· Maralixibat now has a licence in England for treating cholestatic pruritus in patients with Alagille syndrome 2 months of age and older. The NICE technical team estimated the numbers of patients eligible for treatment in this indication to be between xxx and xxx people (using 1:30,000 estimate of incidence). 
· Using the lower estimate of 447 and adding it to the number of patients who have already been treated with odevixibat in England (as a proxy for numbers eligible for maralixibat in PFIC). It is likely to remain under 500 across all its indications. This criteria is met.   
	Met


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

	· Yes – it is a chronic condition that severely limits life expectancy and greatly impacts health-related quality of life. Patients experience distressing symptoms including jaundice and severe itching. Untreated it leads to complications including portal hypertension, cirrhosis, liver failure, and hepatocellular carcinoma.  
	Met


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


	· Current clinical management in England includes odevixibat which is recommended and used routinely in the NHS for all PFIC subtypes in patients aged 6 months or older. 
· According to the mechanism of action and clinical expert advice, odevixibat and maralixibat are clinically similar. Any groups of patients who are unsuitable for treatment with odevixibat are highly likely to be unsuitable for maralixibat. This includes those patients whose disease is unlikely to respond to treatment, identified in the odevixibat summary of product characteristics (PFIC type 2 who have a complete absence or lack of function of bile salt export pump [BSEP]). 
· The company highlighted that there is a potential difference of xxxxx between when maralixibat could potentially be prescribed (at xxxx of age) and when odevixibat is recommended (6 months of age). In the HST guidance for odevixibat, clinical experts noted that off-label medicines would be started in the time leading up to diagnosis being confirmed. They also pointed out that off-label medicines would be started in babies younger than 6 months, who are not included in the marketing authorisation for odevixibat. These treatments can include cholestyramine, partial external biliary diversion, and surgical biliary diversion. However, it was acknowledged in HST17 that these treatments are very poorly tolerated (especially in very young children) and have limited efficacy.
· It is therefore highly likely that maralixibat does not offer significant clinical benefit over odevixibat. And whilst its acknowledged that other treatments are poorly tolerated, current NHS clinical practice in children under 6 months of age is to offer treatments to stop pruritis. Therefore despite the potential MA difference of xxxxx, other treatments are available and criteria 4 is not met. 

	
Not met
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