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Two key questions

• How to decide which mix of drugs maximise health value in the UK health 

system, balancing the needs of the many with those of the few?

• How can (stretched) universal health care budgets such as the NHS fund 

promising but uncertain drugs – routine commissioning, CDF, IMF, other tools?
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Health Technology Assessment (HTA): A comparative tool to 
evaluate the clinical and cost effectiveness of new treatments

• The National Health Service (NHS) does not have enough resources to do everything -
spending more on one thing means less of something else

• Cost utility analysis can help - could we do more good by spending money in other 
ways?

• Use society’s stated preferences on priorities to underpin health economics decisions

• Prioritise interventions with a high health gain per £ spent – measured in ‘Quality 
Adjusted Life Years’ (QALYs) to aid comparability
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What is a QALY? Use of ICERs to decide on allocation?

NICE recommends treatments with an ICER <£20,000 – £30,000 
per QALY gained typically for routine use within the NHS

1 2

Cost (£)

Effect (QALYs)

Low extra cost
High QALY gain

Treatment cost-
effective in 
shaded region

CE threshold 
£20,000 per 
QALY gained

High extra cost
Low QALY gain

QALYs
gained

With 
treatment

Without 
treatment

‘Perfect’ 
health=1

Death=0

Health 
related 
quality of 
life

The QALY concept. Perfect health for 1 year  =1 QALY, perfect health for 0.5 year = 
0.5 QALY, half of perfect health for 1 year = 0.5 QALY

Length of 
life 
(years)
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Applicability of QALY to Rarity and 
Severity
• Societal analysis suggests wide support to “pay” more for drugs that tackle 

severe conditions (not just end of life)

• But no evidence that rarity without severity attracts extra support

• So rare and severe conditions – amplify the “willingness to pay” thresholds 

(Severity modifier for ICER)

• Ultra rare conditions – highly specialised technologies programme – even 

higher willingness to pay (HST programme)



7£35,000 or £51,000 QALY threshold, depending on severity

Severe and end-of-life conditions
Evidence that people value highly health benefits in severe diseases

Gives more weight to health benefits in the most severe conditions

2022: “End-of-life criteria” to “severity modifier” 

Managed Access Agreements and Real World Evidence

Extra flexibility for exceptionally severe conditions:

• Severity understood as the amount of health lost (QALY shortfall)

• Taking into account broad range of conditions

• Reflect spectrum of severity with x1.2 or x1.7 modifier

Rarity: Challenges and considerations
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Developing the severity modifier
Review of evaluations with aim to spread QALY weighting (equivalent to end-
of-life modifier) across broader range of topics

No additional weighting 

Medium

High

8
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Ultra-rare disease treatments HST: 
greater willingness to pay

To be considered for HST: 

normally all 4 criteria must be met

Very rare: prevalence lower than 1:50,000 in England 

Normally <300 people in England eligible for in its 
licensed indication </=500 across all  indications

Disease significantly shortens life or severely impairs 
quality of life.

No other satisfactory treatment options, or the 
technology offers significant additional benefit over 

existing treatment options.

and

Designed to be used in exceptional circumstances for: 

• very rare diseases

• no other satisfactory treatment options

• uniqueness of condition creates challenges for research and difficulties with evidence 
generation.

The programme aims to:

• encourage research and innovation in very rare conditions when there are challenges in 
bringing the product to market, eg generating robust evidence 

• secure fairer, more equitable treatment access for very small populations with very rare 
diseases 

• recognise that an approach that maximises health gain across whole population may not 
always be acceptable: it could deliver results that are not equitable.

HST threshold: £100,000 per QALY gained, but can 
increase to £300,000 if the benefits of the treatment 
are substantial (curative)

1

2

3

4
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Qn 2 – how stretched health budgets can fund 
promising drugs?

• Routine commissioning – QALY analysis supports price negotiations with manufacturers, 

allocating fixed budget wisely

• Acceptance of flexibilities to exceed routine commissioning price points for “special cases” -

Severity modifier and HST programme. Some other levers too eg

• Non-reference case discount rate (1.5% vs 3.5%)

• Health inequalities consideration

• Cancer Drugs Fund – additional £340m p.a. (managed access up to 5 yeas for oncology 

treatments) where further data collection can elucidate uncertainty

• Innovative Medicines Fund IMF - a further £340m p.a. – dedicated additional fund for promising 

non-cancer medicines (plausible clinical/cost effectiveness, data uncertainty)
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• Any patient regardless of condition has the opportunity to benefit from promising but uncertain therapies (not just cancer 

patients)

• Only drugs where there is significant remaining uncertainty of cost/clinical effectiveness can be considered

• Funding only for drugs that are priced responsibly within the IMF period

• Managed access for the shortest possible time necessary to collect the data needed to resolve uncertainty

• Entire eligible population as determined by NICE have opportunity to access the drug in the managed access period

• Re-evaluation by NICE once data available to generate a final conclusion

• If NICE does not approve then patients who have started treatment can continue if they wish, funded by the manufacturer until

stopping criterion reached

• IMF should not close to new entrants

Eight IMF principles that NICE applies
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IMF in practice
• £340 million to purchase and fast track the most promising medicines, being made available at a 

responsible price, but uncertainty means not (yet) clear suitable for routine commissioning 

• Recognises that rare diseases with smaller patient cohorts can take time for studies to report

• Have to believe that extra time to collect additional data can elucidate value ie whether clinically and 

cost effective and a good use of taxpayer money.

Three medicines funded so far :

• Sebelipase alfa for Wolman Disease, a rare genetic condition affecting babies

• Bulevirtide an option for treating chronic hepatitis D in adults with compensated liver disease

• Secukinumab for moderate to severe hidradenitis suppurativa - a chronic inflammatory 

skin condition that causes painful abscesses, scarring and tunnelling under the skin.
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Thank you.

Questions?
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Rare Disease Trust Fund: 
Malaysia Experience

DR. IZZUNA MUDLA BINTI MOHAMED GHAZALI
DEPUTY DIRECTOR, MEDICAL DEVELOPMENT DIVISION,

HEAD, MALAYSIAN HEALTH TECHNOLOGY ASSESSMENT SECTION (MAHTAS)



Malaysian Health Care 
Care System

• Population 33.4 million (2023, DOSM)

• Dichotomous system – public and 
private sector 

• Universal health coverage provided by 
public hospitals through tax-based 
funding system with minimum payment

• Private sectors are funded through 
private health insurance, employer 
benefit package, out of pocket 



Health Technology Assessment for Rare 
Diseases

• Started in 2008 - Enzyme Replacement Therapy for 
Metabolic Disorders 

• A National ERT Advisory Committee to be set up 
• evaluate each applicant for ERT
• Explicit criteria
 Funding allocated by government

• HTA on Management of Haemophilia (2012)
• New Policy Funds for Haemophilia patients' management including 

those with inhibitors
• CPG on Management of Haemophilia



Funding mechanism and challenges

• Specific funding allocation from government  for rare diseases
• Corporate bodies including government linked companies – full or co-

funding 
• non-governmental organisations
• Crowd funding
• Challenges

• Sustainability 
• Sufficiency

• National Rare Disease Committee was established in 2019 
• A trust fund was established in 2021 



Framework for Assessment of Rare Diseases Therapy

New

Established 

Emerging 

Horizon Scanning 
Standard HTA vs 
supplementary 
processes

Clinical Practice 
Guidelines

STANDARD PROCESS SUPPLEMENTARY PROCESS

To decide on program initiation/disease 
management/diagnostics

To decide which treatment to be 
reimbursed by Rare Disease Fund



Workflow of Supplementary Process
Topic Identification 

Assessment
(Evidence search, quality assessment, 

analysis&synthesis of evidence, report writing)

Appraisal
(Deliberation of evidence, voting based on 

MCDA, discussion)

Approval/Endorsement

National Rare Disease 
Committee/ Secretariat
(Annually) 

MaHTAS
National Rare Disease 
Committee 

MaHTAS
(6-12 weeks)

HTA and CPG 
Council

• Expedite evaluation 

• Stakeholder 

involvement

• Multicriteria decision 

analysis (MCDA)



What we have learned

• Stakeholders' involvement may ease 
complex decision

• Patience and passion
• It take times to build trust
• Capacity building 



THANK YOU

htamalaysia@moh.gov.my

@MaHTASMalaysia mymahtas

Malaysian Health 
Technology Assessment 
Section



India’s Digital Portal for Crowdfunding & Voluntary 
donations for Patients of Rare Diseases

Dr. B.S. Charan



(https://main.mohfw.gov.in/documents/policy)

Judicial Activism and 
representations from 
patient groups and 

other stakeholders –
led to formulation of 
National Policy for 

Rare Diseases (NPRD) 
2021 by MoHFW

Aim of NPRD 2021:
is to lower the 
incidence and 

prevalence of rare 
diseases based on 
an integrated and 
comprehensive 

preventive strategy  

Rare Diseases are 
currently

categorized under 3 
Groups under 

NPRD 2021

National Policy for Rare Diseases, 2021

Financial support up to Rs. 50 lakhs (61,000 USD) – by 
Government of India 



Crowdfunding Portal: A Glance (launched in August, 2021)



Crowdfunding Portal: A Glance (launched in August, 2021)

Portal Contains:-
• Information relating to patients, diseases 

from which they are suffering
• Estimated cost of treatment
• Details of bank accounts of the treating 

institutions Key Public KPIs on the Portal:
• Centers of Excellence (Treating 

Hospitals)- 12
• Registered Patients – 1216
• Total Donations Received – Rs. 

2,93,797/- (3540 USD)
• Total Donors Registered- 340

Types of Users:-
• Admin
• Donor
• Center of Excellences
• Ministry

As on 1 February 2024

Link:  https://rarediseases.mohfw.gov.in/

https://rarediseases.mohfw.gov.in/


WAY FORWARD 
FOR 

CROWD-
FUNDING PORTAL 

To encourage PSUs and corporate
houses to contribute as per the
Schedule VII of Section 135 of the
Companies Act, 1956 as well as the
CSR Rules, 2014

Tax exemption u/s 80G of Income Tax
Act, 1961 to facilitate donations
through individuals and CPSEs.



Indigenization of Rare 
Disease Drugs 

(already done for Gaucher’s Disease, 
Tyrosinemia Type I, Wilson’s Disease and 

Dravet Syndrome)

Exemption on Basic 
Customs Duty and GST on 
drugs imported for Rare 

Diseases 

Other Initiatives by the Government of India 



Thanks



Thank you for joining! 
Please take a moment to share your thoughts 
about the session on our feedback survey
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