
 Casa Hunter,             
a place for rares




CASA HUNTER 

ABOUT US...

https://www.youtube.com/watch?v=JjRDRRLUnkw&t=10s



CASA HUNTER, A MIX OF PEOPLE, 

CURIOSITY AND RESEARCH

 Non-profit organization with non-political nor religious affiliation,
formed by:

- parents of children carrying rare disorders

- physicians specialized in genetic studies

- researchers and pharmacists

- businessmen concerned with public welfare and 

- Human Rights activists





PROJECTS WITH A FOCUS ON THE 
PATIENT, SERVICE AND RESEARCH

Day Hunter

Continuos Education

Awareness
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PROJECTS WITH A FOCUS ON THE 
PATIENT, SERVICE AND RESEARCH

Clinical Research

Public Policies
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BRAZILIAN SCENARIO

8,3%
46%

Public

54%
Private

23%
Private

77%
Public

ANVISA CMED CONITEC
~1,3 years~ 90 days~ 6 MONTHS – (RDC 205/17 

– to rare diseases)

Source: Interfarma Report
OCT 2017Source: WHO 2016

• While the public market accounts 
for 46% of health spending, with a 
potential to reimburse treatments 
for the entire Brazilian population 
(208 million), the private market 
accounts for 54% of the 
expenses, covering only 23% of 
the Brazilian population (47.3% 
millions).

• Rare patients in Brazil, an
estimated 13 million Brazilians

• Brazil reveals a total imbalance 
on health investment

• Approx. 8.3% of Brazil's GDP is spent on health
• 4.5% - Private market / 3.8% - Public market

• ACCESS TO TREATMENTS





BRAZILIAN SCENARIO - Legal Aspects

NATIONAL 
POLICY





BRAZILIAN SCENARIO - Legal Aspects

Rare Diseases National Policy - Law Enforcement 
#199 de 01/30/14)
(a) common responsibility of the three management spheres - Ministry of Health, 
regional health secretaries and Municipalities - to stimulate social control for the 
elaboration of strategies and control in the elaboration of the Policy;

(b) it is incumbent upon the Ministry of Health: to establish, through PCDTs, 
recommendations for treatment of rare diseases, taking into account the 
incorporation of technologies by CONITEC, in order to qualify the care of people 
with rare diseases;

(c ) Enabling Reference Centers for Rare Diseases.





BRAZILIAN SCENARIO - Legal Aspects

 Clinical Research - Resolution 563/2017 - 11/10/2017

Regulates the right of the research participant to post-study access in clinical research protocols 
intended for patients diagnosed with ultra rare diseases.

 Anvisa - RDC 204/2017 - 12/27/2017

Provides for the classification in the priority category, registration petitions, post-registration and 
prior consent in clinical drug research. 

 Anvisa - RDC 205/2017 - 12/28/2017

Establishes special procedure for approval of clinical trials, certification of good manufacturing 
practices and registration of new drugs for treatment, diagnosis or prevention of rare diseases.

 Anvisa - Resolution 260 - 12/21/2018

Provides on the rules for conducting clinical trials with advanced research therapy product in 
Brazil - Gene Therapy!
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BRAZILIAN SCENARIO –
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CONITEC ANSWER I –
Participation of 

the claimants by 
incorporation and 
expansion of use 

(drugs)

Claimant Type Total with
decision

Decisions with 
requests for 

incorporation or 
expansion of 

use

Total decisions
(incorporation / 
expansion) (%)

Incorporated

Rate of 
incorporation 

by type of 
demand (%)

AGU (Brazil’s General Counsel) 1 1 0,4% 0 0,0%

Patient Groups 6 6 2,3% 6 100,0%

DPU 1 1 0,4% 1 100,0%

Industry 114 114 43,0% 46 40,4%

Federal Justice 4 4 1,5% 2 50,0%

State Public Ministry 1 1 0,4% 0 0,0%

Federal Public Ministry 3 3 1,1% 0 0,0%

Individual Entity 1 1 0,4% 0 0,0%

Society of Medical Specialties and 
Associations

6 6 2,3% 2 33,3%

SUS 169 128 48,3% 108 84,4%

Total 306 265 100,0% 165 62,3%

Source: CONITEC (updated until October 31, 2018; Elaboration: Interfarma)





CONITEC ANSWER II –

 MPS I (Aldurazyme)

 MPS II (Idulsurfase)

 MPS IV and VI

 PAF

 AME (Spiranza)

 HPN (Soliris)

 Fenilcetonúria (Kuvan)

 FABRY (Fabrazyme e 

Replagal)

Record of public consultations to 
receive contributions from the 
Society and the publication of 

PCDTs.

PCDT MPS I - published
April 19th 2018

We need more...





UNFORTUNATELY, for lack of therapeutic alternatives, until
the patients have the protocols published and the products
available on SUS, they will have to go to the Judiciary.

 The judiciary is not a choice of the doctor or the patient. 
Is the search for life and human dignity.
 The denial of this access is PATIENT DEATH AND HOPE OF 

HIS FAMILY

BRAZILIAN SCENARIO – Judicialization





BRAZILIAN SCENARIO – Judicialization
 Disorganization of public accounts, health care planning, and planning for 

production and delivery by industry

 In just five years, the Ministry of Health's spending on lawsuits jumped from 
1,4 billion on 2018

CNJ and Ministry of Health agree

New platform to support the Judiciary 
(NAT-Jus)





BRAZILIAN SCENARIO – Opportunities
Febrararas, Brazilian Federation

ABC (CE)
ACDG (CE)
ACDM (CE)
AMPS-IBB (PE)
ASFIP (PI)
ASPADOR (PB)
ASPAHC (PA)
IDR-PD (PB)rdim
Borboletas (BA)

ABPAT (DF)
AbrACCHS (DF)
AjudeC (DF)
Aliança Cavernosa (DF)
AMAVI (DF)
APEMIGOS (DF)
APPEB (DF)
Assoc Goiana de Esclerose (GO)
Assoc. Sul Matogrossence Fibrose Cística (MS)
Sos Kids (DF)

AADORA (MG)
AAME (RJ)
ABEM (SP)
ABH (SP)
ABPDG (RJ)
ABRANGHE (SP)
ABRAPHEM (SP)
ABRAPOMPE (RJ)
AFAG (SP)
AHF (SP)
AME (SP)
Assoc. Mineira de MPS (MG)
ARELA (MG)
Bengala Verde (SP)
Casa Hunter (SP)
Dermacamp (SP)
FADEMG (MG)
IGEIM (SP)
Inst Amor e Carinho (SP)
Mães Metabólicas (RJ)
PRO CURA (SP)
SAUVI (SP)
SAFE Brasil (SP)

ABRAPO (PR)
ABGLICO (PR)
ACDR & ACAMU (SC)
ACPAGUER (SC)
AHESC (SC)
ANPB (PR)
APPAG (PR)
Assoc Dar a Mão (PR)
Debra Brasil (SC)
Inst. Atlas Biosocial (RS)
OBADIM (PR)
Sanfilippo Brasil (SC)





BRAZILIAN SCENARIO – Opportunities
Febrararas, Brazilian Federation

Federates with many years of experience serving 
rare patients ...

... ... working with more than 50 different rare 
pathologies


AADC ou deficiência da 
descarboxilase dos aminoácidos 
L-aromáticos

 Angioedema Hereditário

 Artrite Reumatóide (juvenil)

 Ataxia de Stress

 Atrofia Muscular Espinhal

 Cavernoma

 Cistinose

 CLN2

 Coagulopatias

 Dermatomiosite juvenil

 Distrofia Muscular de Duchenne

 Distrofias Musculares

 Doença de Fabry

 Doença de Gaucher

 Doença de Huntington

 Doença de Pompe

 Epidermólise Bolhosa

 Esclerose Lateral Amiotrófica

 Esclerose Múltipla

 Esclerose Sistêmica 

 Fenilcetonuria

 Fibromialgia

 Fibrose Cística

 Fibrose Pulmonar

 Genodermatoses raras

 Glicogenose

 Hemofilia

 Hipercolesterolemia Familiar

 Hipertensão Pulmonar

 Homocistinúria

 Ictiose Congênita

 Imunodeficiência Primária


LC FOAD - Long-chain Fatty Acid 
Oxidation Disorders 

 Leucinose

 Lúpus
 Mucopolissacaridose (MPS)
 Neurofibromatose
 Neuromielite Óptica 
 Niemann Pick


Osteocondromatose Multipla
Hereditária

 Osteogenesis Imperfecta


Paramiloidose ou PAF 
(Polineuropatia amiloidótica
familiar)

 Porfiria
 Raquitismo 
 Raquitismo ligado ao X


RTA (Acidose Tubular Renal 
Distal)

 Síndrome de Ehlers-Danlos
 Síndrome de Ondine (CCHS)


Sindrome Hemolitica Uremica 
Atipica (Shua)

 Tirosinemia 
 XLH





BRAZILIAN SCENARIO – Opportunities

Casa dos Raros 
(House of the Rares)



CASA DOS RAROS – The future

UNDERGROUND: PARKING LOT, GENERATOR





https://casadosraros.org.br/

CASA DOS RAROS – The future





CASA DOS RAROS – Follow the steps

https://www.youtube.com/watch?v=XhVOpp6mkG4




Thanks!

Antoine Daher – a.daher@casahunter.org.br

Ariadne Guimarães Dias – ariadne.dias@casahunter.org.br

Casa Hunter – (5511) 2776-3647

Casa Hunter (Social Media)

Facebook – https://www.facebook.com/CasaHunterBrasil/

Instagram – https://www.instagram.com/casa_hunter_oficial/

Youtube – https://www.youtube.com/channel/UCo01hp8QRe0GUD1hlI0FgwQ

mailto:a.daher@casahunter.org.br
mailto:ariadne.dias@casahunter.org.br
https://www.facebook.com/CasaHunterBrasil/
https://www.instagram.com/casa_hunter_oficial/
https://www.youtube.com/channel/UCo01hp8QRe0GUD1hlI0FgwQ
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