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World Health Organization. Resolution WHA78.11, "Rare diseases," adopted by the 78th World Health Assembly, 24
May 2025. Recognizes over 300 million people living with more than 7,000 rare diseases, about 70 percent beginning in
childhood, and mandates a Global Action Plan.

. United Nations General Assembly. Resolution A/RES/76/132, "Addressing the challenges of persons living with a rare

disease and their families," adopted 16 December 2021. Cites an estimated 300 million persons worldwide.

. Nguengang Wakap S, Lambert DM, Olry A, et al. "Estimating cumulative point prevalence of rare diseases: analysis of

the Orphanet database." European Journal of Human Genetics 2020;28(2):165-173. Point prevalence 3.5 to 5.9 percent;
about 72 percent genetic; about 70 percent pediatric onset.

. Kaufmann P, Pariser AR, Austin C (NIH National Center for Advancing Translational Sciences). "From scientific

discovery to treatments for rare diseases." Orphanet Journal of Rare Diseases 2018;13:196. About 30 million people in
the United States, or 1 in 10 Americans; fewer than 5 percent of rare diseases have an effective approved treatment.

. National Organization for Rare Disorders (NORD), USA. "1 in 10 Americans" living with a rare disease; more than 25

million Americans. United States Orphan Drug Act, 1983 (defines a rare disease as affecting fewer than 200,000 people).

. EURORDIS-Rare Diseases Europe. Approximately 30 million Europeans live with a rare disease; EURORDIS estimates

that 6 to 8 percent of people are affected over a lifetime.

. World Health Organization, ICD-11 and Rare Diseases International. Operational description of rare disease (1 in 2,000

or fewer), Orphanet Journal of Rare Diseases 2024; ICD-11 codes approximately 5,500 rare diseases.

. Global Genes; The Lancet Global Health. "The landscape for rare diseases in 2024," editorial, Lancet Global Health

2024. Restates that about 95 percent of rare diseases have no approved treatment, and cites the community estimate
that about 30 percent of children with a rare disease die before age 5 (an advocacy-origin estimate, presented here as
such).

. Faye F, Crocione C, Anido de Pena R, et al. (EURORDIS RARE Barometer). "Time to diagnosis and determinants of

diagnostic delays of people living with a rare disease." European Journal of Human Genetics 2024;32(9):1116-1126.
Average time to diagnosis 4.7 years; 22 percent of patients (about 1 in 5) consult 8 or more health professionals.

Shire Rare Disease Impact Report, 2013. Time to diagnosis 7.6 years (United States) and 5.6 years (United Kingdom);
a patient typically sees 8 physicians and receives 2 to 3 misdiagnoses.

Government of India, Ministry of Health and Family Welfare. National Policy for Rare Diseases, 2021. Three-group
framework; 63 notified diseases; treatment support up to Rs 50 lakh per patient at Centres of Excellence.

Government of India, Lok Sabha. Written reply of the Minister of State for Health, 6 February 2026. India operates 15
Centres of Excellence for rare diseases (up from 8 at the policy's 2021 inception), including AIIMS Patna (designated by
Office Memorandum dated 7 August 2025).

Government of India, Lok Sabha. Written reply of the Minister of State for Health, 9 August 2024 (Press Information
Bureau, release PRID 2043516). 1,118 patients had benefited under the policy since March 2021.

Indian Council of Medical Research. National Registry for Rare and Other Inherited Disorders (NRROID). Enroliment of
15,369 patients across 23 centres and 231 diseases as of February 2025 (2025 registry report).

The Hindu, February 2026 (based on a Right to Information reply). Of about Rs 299 crore allocated for rare-disease
treatment in 2025-26, only about Rs 30.79 crore was utilised, with roughly Rs 271 crore set to lapse on 31 March 2026.

High Court of Delhi, order of 4 October 2024, Master Arnesh Shaw v. Union of India (directing a Rs 974 crore National
Fund for Rare Diseases); stayed by the Supreme Court of India, 9 December 2024, with the matter pending.

Government of India, Union Budget 2026-27 (Press Information Bureau). Ministry of Health and Family Welfare
allocation Rs 1,06,530 crore; Indian Council of Medical Research Rs 4,000 crore; seven additional rare diseases granted
customs-duty exemption on imported therapies.

Government of India. National Sickle Cell Anaemia Elimination Mission, 2023. Bihar among high-burden states;
documented tribal sickle-cell prevalence.

Anjana RM, et al. I(CMR-INDIAB). "Metabolic non-communicable disease health report of India." Lancet Diabetes and
Endocrinology 2023. National multi-stage, community-based epidemiology across 31 states and union territories; the
design precedent for a national rare-disease prevalence study.
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Thalassaemia International Federation. Guidelines for the Management of Transfusion-dependent Thalassaemia, 4th
edition, 2021. Survival with treatment; gene therapy (betibeglogene autotemcel).

World Federation of Hemophilia. Guidelines for the Management of Hemophilia, 3rd edition, 2020. Factor replacement,
emicizumab, and gene therapy.

Birnkrant DJ, et al. "Diagnosis and management of Duchenne muscular dystrophy." Lancet Neurology 2018 (three-part
care considerations). Corticosteroids, respiratory and cardiac care; exon-skipping and gene therapy.

Butler MG, Manzardo AM, Heinemann J, Loker C, Loker J. "Causes of death in Prader-Willi syndrome." Genetics in
Medicine 2017;19(6):635-642. Mean age at death 29.5 years; 70 percent of deaths in adulthood.

Landfeldt E, et al.; Broomfield J, et al. (UK CPRD, Brain and Behavior 2023). Duchenne muscular dystrophy life
expectancy historically late teens to early twenties, extending toward the late twenties to forties with modern care.

National Health Mission, India (2016); Colah RB, et al., Pediatric Hematology Oncology Journal 2017. Guidelines
for Prevention and Control of Hemoglobinopathies in India; carrier frequency 3 to 4 percent; roughly 10,000 to 15,000
thalassemia-major-affected births per year (a 2023 meta-analysis by Dharmarajan and Kar implies about 8,700 affected
births per year).

Orphanet / Orphadata; NIH GARD; NHLBI; American Society of Hematology (2020). Per-disease prevalence figures
and disease-specific clinical guidelines used in the disease reference table.
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World Federation of Hemophilia; World Duchenne Organization; International Prader-Willi Syndrome Organisation; Asia Pacific
Alliance of Rare Disease Organisations (APARDO); Beacon for Rare Diseases|
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