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ABOUT US...



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

CASA
HUNTER

CASA HUNTER, AMIX 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 AFOCUS ON THE
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PROJECTS WITH AFOCUS ON THE
PATIENT, SERVICE AND RESEARCH

Clinical Research

Public Policies




BRAZILIAN SCENARIO

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

GASTOS PUBLICO E PRIVADO  Brazil reveals a total imbalance « While the public market accounts
on health investment for 46% of health spending, with a
potential to reimburse treatments
for the entire Brazilian population

8:3% (208 million), the private market
accounts for 54% of the
54% expenses, covering only 23% of
. . Private the Brazilian population (47.3%
5 : o millions).

Estados Unides

* Rare patients in Brazil, an
estimated 13 million Brazilians

I Privado Publico
Source: Interfarma Report
Source: WHO 2016 OCT 2017

+ ACCESS TO TREATMENTS

~6 MONTHS - (RDC 205/17 ~90 days ~1,3 years
— to rare diseases)




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!




BRAZILIAN SCENARIO —

Estabelecimentos de saide habilitados como Servigo de referéncia em Doengas Raras

Municipio

DISTRITO FEDERAL

ANAPOLIS
BRASILIA
RECIFE
LVADOR
SALVADOR
FORTALEZA
FORTALEZA
RIO DE JANEIRO
SANTO ANDRE
BELO HORIZONTE
CAMPINAS
RIBEIRAO PRETO
VITORIA
FLORIANOPOLIS
JRITIBA
PORTO ALEGRE

Estabelecimento

5P. MATERNO INFANTIL DE BRASILIA) CC
STENCIA A C C. CIENTE NE
NE
NE
HOSP. UNIVERSITARIO WALTER CANTIDIO
HOSPITAL INFANTIL ALBERT SABIN
IFF
AMB. ESPEC. DA FACULDADE DE MEDICINA ABC
HOSP INFANTILJOAD PAULO NI
DA UNICAMP
)E RIBEIRAO PRETO
HOSPITAL SANTA CASA DE VITORIA
HOSPITAL INFANTIL JOANA DE GUSMAO ; 17,65%
PITAL PEQUENO PRINCIPE DE CURITIBA
OA
100,00%

[] Regido Norte

] Regido Nordeste

[ ] Regido Centro-Oeste
I Regido Sudeste

[ Regizo sul




CONITEC ANSWER | —

Participation of N
. Decisions with Rate of
the claimants by requests for ~ Total decisions

incorporation

incorporation and CEMERSZ B méi;%?\rs?gr? of é‘QSSEE?Jﬁ? i?r% neerporated dg;;ﬁ’f(g/z)
expansion of use use
(drugs) 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 6 6 2,3% 2 33,3%
Associations
SuUs 169 128 48,3% 108 84,4%
Total 306 265 100,0% 165 62,3%

Source: CONITEC (updated until October 31, 2018; Elaboration: Interfarma)
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CONITEC ANSWER |l —

SECRETARIA DE NCAO A SAUD

PORTARIA CONJUNTA N* 12, DE 11 DE ABRIL DE 2018
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BRAZILIAN SCENARIO — Judicialization

UNFORTUNATELY, , 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

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

ENCONTRO NACIONAL (NAT-Jus)
DO PODER JUDICIARIO

BRASILIA /DF




BRAZILIAN SCENARIO — Opportunities

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

ABPAT (DF)
AbrACCHS (DF)
AjudeC (DF)

Alianga Cavernosa (DF)
AMAVI (DF)

APEMIGOS (DF)

APPEB (DF)

Assoc Goiana de Esclerose (GO)

Assoc. Sul Matogrossence Fibrose Cistica (MS)
Sos Kids (DF)

Febrararas, Brazilian Federation

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)
Maes Metabodlicas (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 Mdo (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 ...

ate 3 anos

14%

=

NN EARAAAAE

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

AADC ou deficiéncia da
descarboxilase dos aminodcidos
L-aromdticos

Angioedema Hereditdrio
Artrite Reumatdide (juvenil)
Ataxia de Stress

Atrofia Muscular Espinhal
Cavernoma

Cistinose

CLN2

Coagulopatias
Dermatomiosite juvenil
Distrofia Muscular de Duchenne
Distrofias Musculares
Doenca de Fabry

Doenca de Gaucher

Doenga de Huntington
Doencga de Pompe

Epidermdlise Bolhosa

E  REREAARARNRNERA{ARQARARAER-{ERA

pathologies

Esclerose Lateral Amiotrofica
Esclerose Mdltipla

Esclerose Sistémica
Fenilcetonuria

Fibromialgia

Fibrose Cistica

Fibrose Pulmonar
Genodermatoses raras
Glicogenose

Hemofilia
Hipercolesterolemia Familiar
Hipertensdo Pulmonar
Homocistinuria

Ictiose Congénita
Imunodeficiéncia Primaria

LC FOAD - Long-chain Fatty Acid
Oxidation Disorders

Leucinose

N @ RN AX

N N I E IRA ®

Lapus

Mucopolissacaridose (MPS)
Neurofibromatose
Neuromielite Optica
Niemann Pick
Osteocondromatose Multipla
Hereditaria

Osteogenesis Imperfecta

Paramiloidose ou PAF

(Polineuropatia amiloiddtica
familiar)

Porfiria

Raquitismo

Raquitismo ligado ao X

RTA (Acidose Tubular Renal
DINE])]

Sindrome de Ehlers-Danlos
Sindrome de Ondine (CCHS)
Sindrome Hemolitica Uremica
Atipica (Shua)

Tirosinemia

XLH




BRAZILIAN SCENARIO — Opportunities

Casa dos Raros
(House of the Rares)

C=sNT RO O= /\TEN(.,__;'\D INT=ERAL = TR=EINAMENTO =M DO=NCAS RARAS




CASA DOS RAROS - The future

UNDERGROUND: PARKING LOT, GENERATOR




CASA DOS RAROS — The future
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https://casadosraros.org.br/




CASA DOS RARQOS - Follow the steps

Casa dgs Raros (constru¢ao) - Porto Alegre e
- .‘_\.

bduch rme-tarse



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

Thanks!

Antoine Daher — a.daher@casahunter.orqg.br

Ariadne Guimaraes Dias — ariadne.dias@casahunter.orqg.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/UCo01hp8QRe0GUD1hIIOFgwQ



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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