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LAWS FOR RARE DISEASES IN BRAZIL

✓ Health Expenditure

✓ Public Policy for Rare Diseases

✓ Drugs for the Treatment of Rare Diseases

✓ Regulatory Review for Clinical Research

✓ Newborn Screening Program
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HOW MANY RARE DISEASES ? 

✓ 6,172 clinically unique RDs1

(excluding groups of disorders and disorders subtypes)



HOW MANY PEOPLE IN THE WORLD

ARE AFFECTED BY A RARE DISEASE ? 

✓ 3,482 – 5,910 / 100,000 inhabitants1 (3,5 – 6.0 %)

✓ 262.9 – 446.2 millions affected in the world1 (7.5 billion)

✓ 7.3 – 12.4 million affected in Brazil2

1. Nguengang Wakap et al, Eur J Human Genet 2019

2. Calculated with data from Nguengang Wakap et al, 2019, estimating a Brazilian population of 210 million



PUBLIC HEALTH SYSTEM COVERS
77% OF THE POPULATION, BUT 

JUST 23% OF HEALTH EXPENDITURE
(SOURCE: INTERFARMA)

PER CAPITA HEALTH EXPENDITURE



HEALTH EXPENDITURE IN BRAZIL: 9.2% OF GDP

(5.4% IN THE PRIVATE SECTOR AND 3.9 IN THE PUBLIC SECTOR)
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RARE DISEASE: NO MORE THAN 65 IN EACH 100,000
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42 MILLION BRAZILIAN SUBSCRIBE PRIVATE HEALTH INSURANCE
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Protocolos de 
tratamento por 

equipe disciplinar 

REFERENCE SERVICES FOR RARE DISEASES
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RSRDs RECEIVE FROM MOH:

✓ MONTHLY FUNDING TO 
MAINTAIN A 
MULTIDISCIPLINARY TEAM

✓ PAYMENT FOR PATIENT, 
INCLUDING CLINICAL 
ASSISTANCE, LABORATORY 
INVESTIGATION AND GENETIC 
CONSELING 
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DRUG APPROVAL/REIMBURSEMENT PROCESS

~ 6 MONTHS

CMED ~ 3 MONTHS

~ 15 MONTHS

TECHNICAL 

REVIEW

PRICE 

APPROVAL

ADOPTION BY

THE PUBLIC

HEALTH SYSTEM

DIAGNOSTIC AND 

THERAPEUTIC 

GUIDELINE

~ 24 MONTHS



BRAZILIAN HIGH COURT DECISION (APRIL 25, 2018)

TO BE ELEGIBLE FOR A COURT DECISION, IT IS NEEDED:

1) Medical report confirming that the drug is needed and that there is no treatment
already provided by the public health system for the disease

2) Proof that the patient cannot support the treatment

3) Confirmation that the product has been approved by ANVISA



DRUG PURCHASES BY MOH AFTER LEGAL DECISIONS

Sindusfarma/Diretoria de Mercado e Assuntos Jurídicos (maio /21)

2015-2019 = 1.5 billion dollars



LEGAL DECISIONS: 

JUST 6 % OF PHARMACEUTICAL EXPENDITURE

Fonte: Sindusfarma – maio/2021



Fonte: Sindusfarma – fev/2019

✓ 97 % of expenses with legal decisions about drugs involve just 20 products

✓ 19 of these 20 products are for rare diseases

✓ 16 of these 20 products already have approval by ANVISA and CMED

✓ 11 of these 20 products have submit6ed request to CONITEC (6 with negative 

decision and 5 pending)

LEGAL DECISIONS
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RECENT CHANGES IN 

CLINICAL RESEARCH REGULATION

RESOLUTION CONEP/CNS (10/NOVEMBER/2017)

✓ REGULATE THE POST-STUDY ACCESS TO DRUGS IN THE CASE OF 
ULTRA-RARE DISEASES

✓ TO BE ULTRA-RARE, THE DISEASE SHOULD AFFECT NO MORE 
THAN 1 PERSON IN 50,000 INDIVIDUALS

✓ FREE DRUG SUPPLY FOR 5 YEARS AFTER CMED/ANVISA 
APPROVAL



ANVISA - RESOLUTION 204/2017

REGARDING REGULATORY APPROVAL OF CLINICAL 

RESEARCH PROTOCOLS, PRIORITY WILL BE GIVEN 

WHEN:

✓ THE DISEASE DOES NOT HAVE AVAILABLE THERAPY

✓ THE CLINICAL STUDY WILL BE CONDUCTED EXCLUSIVELY IN 

PEDIATRIC POPULATION

✓ THE PHASE 1 STUDY WILL BE CONDUCTED IN BRAZIL ONLY 



✓Approval of clinical research protocols for rare diseases

✓GMP certification for products for rare diseases

✓Registration for drugs for rare diseases

ANVISA - RESOLUTION 205/2017

REGARDING SPECIAL PROCEDURE FOR REVIEWS 

RELATED TO RARE DISEASES:



ANVISA - RESOLUTION 260/2018

REGARDING CLINICAL RESEARCH 

FOR ADVANCED THERAPIES
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Local Ethics 
Committee (LEC)

National Ethics 
Committee 

(CONEP)

ANVISA

Local Biosafety
Committee 

(CIBIO)

Sponsor submits
(after LEC 
approval)

National Biosafety 
Committee 
(CTNBIO) 

Hospital
Foundation 
(contract)

Sponsor submits 
(first step)

Clinical 
Research Group

Study could 
Start

(5-6 months 
after 

submission)

15 days
30/45
days

15/30
days

60/90
days

60/90
days

60/90
days

60/75
days

REGULATORY PROCESS FOR CLINICAL 

RESEARCH PROCESS

Figura preparada 

pelo apresentador
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NEWBORN 

SCREENING

2001 – PKU, CH, HEMOGLOBIN DISORDERS, CYSTIC FIBROSIS

2014 – CAH, BIOTINIDASE DEFICIENCY

2021 – AMINO ACIDS/ACYLCARNITINES, GALACTOSEMIA, SCID, SMA, LSDs



HOUSE OF RARES
✓ A recent initiative in Brazil

✓ House of the Rares Network

✓ Centers for Diagnosis, Management, 

training and education in RDs


