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Approx. 1100+ registered patients
(and increasing.....)

SMA Type 1 SMA Type 2 SMA Type 3 SMA Type 4
2%

10% 63% 25%

(Note: Indicative break-down only)

& Patient registry and on-boarding increasing (diagnosis
and discovery +awareness)
¥ Formalised on-boarding process of CureSMA India

Critical patients in network
48 + lives lost ( in the last 6 months)



Cure SMA India’s Journey so far - POLICY MAKING AND ENGAGEMENT WITH
GOVERNMENT OF INDIA
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POLICY MAKING AND ENGAGEMENT WITH- DCGI-MoHFW,
New Rules for Clinical Trials
Draft Rules for Compassionate Use Program

GSR227(E) -~ WHEREAS the draf of the New Drugs and Clnical Trials Ruls, 2018 was publihed, in
exercise of the powers conferred by sub-section (1) of section 12 and subv-section (1) of section 33 of the Drugs and
Cosmetics Act, 1940 (23 of 1940}, in the Gazeti of India, Extraordinary, Part I, section 3, sub-section (i) vide
notificaion number G.5 R. 104E),datedth | February, 2018, by the Central Government, affr consutaion with the
Drugs Technical Advisory Board, nviting objections and suggestions from all persons likely to be affected thercby,
before the expiry of a peiod of foty-five days from the date on which copis of the Offcial Gazette containing the seid
notificaion were made availabl to the public;

AND WHEREAS, copies of the Offcial Gazette containing the said noification were made avaiable to the
pubic o the 7* February, 21;

AND WHEREAS, all objections and suggestions received in response to the said draft notificaion have been
duly considered by the Ceniral Government;

AND WHEREAS, the Hon'ble Supreme Court of India in Writ Petition(s) (Civil) No (s). 332012 Swathaya
Adhikar Manch, Indore and another Versus Union of India and others with WP.(C) No, 7972012 (PIL-W), iter alia
observed thatnew clnical rial rules shall be fnalised wrgenly;

NOW, THEREFORE, in exercise of the powers conferred by section 12 and section 33 of the Drugs and
Cosmetics Act, 1940 (23 of 1940), the Central Government, afer consutation with the Drugs Technical Advisory Board,
hereby makes the following rules, namely:—

(s 11872 3(1)] T T < S 147 12 THE GAZETTE OF INDIA : EXTRAORDINARY [PaRTII-Sec. 3()]
VINTRY OF EALTH ANDEAMILY WELEARE VINISTRY OF HEALTH AD FAMILY WELFARE
(Department of Health and Fanily Welfare) (Department of Health and Family Welfare)
NOTIFICATION NOTIFICATION
KR Db ek 0 e el e e 220

G.SR. 384(E)—The following draft of certain rules to amend the New Drugs and Clnical Trials
Rules. 2019 which the Central Governmient proposes to make. in exercise of the porwers conferred by sub-
section (1) of section 12 and subsection (1) of section 33 of the Drugs and Cosmetics Act. 1940 (23 of
1940) and in consultation with the Drugs Technical Advisory Board is hereby published for information of
all persons Lkely to be affected thereby and notice i hereby given that the said draft rules shall be teken
into consideration on or ate the expiry of a period of fifieen days from the date on which the copies of the
Gazette of ndia containing these draftruls are made avalable to public;

Objections and suggestions which may be recefved from any person within the period speified
above will be considered by the Central Government,

Objections and suggestions. if any. may be addressed to the Under Secretary (Drugs). Ministry of
Health and Famuly Welfare, Government of India. Room No. 414 A. D Wing. Nimuan Bhavan, New Delli -
110011 or emailed at drugsdiv-mobfivFgovin.

DRAFTRULES

1. (1) These rules may be called the Neow Drugs and Clnical Trias (... Amendment) Rules, 2020.
(2) They shall come into force on the dateof their final publication in the Official Gazette.
2. Tnthe New Drugs and Clinical Trials Rules, 2019,
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Cure SMA India- Seeking multi stakeholder support in creating pathway for
Sustainable healthcare ecosystem for SMA

Short term goal
*Management of disease SMA with
standard protocols and best practices
*Access to available treatment
immediately at affordable rates

Long term goal
oLife long continued access to affordable
treatment
- CORPORATE FUNDS & GOVT FUNDS
*Care & Management with standard
protocols at nearest convenient center.
*Social inclusion, accessibility, education
and employment, empowerment &
livelihood.
*Genetic screening, new born screening
*Pathway towards early access to life
saving medicines to save lives and
preserve functionality as much as
possible & create a sustainable
ecosystem for SMA patients.

Insurance
for
hospitalization
and treatment
support

Social
inclusion/
Education/
Employment

SMA
Patients &
Caregivers

Industry/
Pharma

State Govt.
& Policy
making

HCPs
multidisciplinary
SMA clinics, spine
surgery, orthotics
& treatment
support
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« We have been constantly meeting and advocating with both State &

O Vivek Tankha @

@VTankha
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~= Subhash Kumar @Subhash44...- 05/10/21
Replying to @VTankha and @priyankagandhi

3TN,

sft@VTankhasit &

AR 3TaTS IS § 33T 37 3o off AR ArdY St
T 3T BRIT

PUIT #SMA I Pl S1¢ 8H <] &I Wl I8 8 adls
#Evrysdi (risdiplam

U g WIS T8l Hebd 8H IR AT B

‘Institutionalise illlpOl’t
exemptions for SMA kids’
Raby Teera, who sdlers from o rae genetic divease, has pot an exemption of Cusoms duty and
GST wakvee worth over 85 creee on the import of Zolgensma — & gene therapy medication for SMA
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Central Government regarding treatment access and creating robust
infrastructure for SMA Patients and families. This has resulted in Custom and
Import Duty Exemptions for one of the SMA Drug

SMA



Access Win — Kerala NHM & RACE

S HIL al
SENTIEIES \L _—
SPINAL MUSCULAR ATROPH

Kerala govt. Is proving Risdiplam for
young SMA patients. The initial
procurement is expected to be
continued & the govt. may extend
the programme to more patients.
This is Outcome of the hard work by
all of us (CureSMA India especially
Dr Razeena, Roche and State NHM)

R — Railways

A- Army & Navy

C — Central govt employees
E - ESI



Strategic Global Partnership

Announcing Strategic Partnership
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TOGETHER

WE WILL MAKE A CHANGE

CureSMA India and CureSMA USA announce partnership to
build a long-lasting ecosystem for SMA patients in India

s

Cure SMA India & SMA Europe Strategic Partnership

India

Hope Beyond Boundaries

TOGETHER

WE WILL MAKE A CHANGE

Cure SMA India and SMA Europe announce partnership to build a long-lasting ecosy

for SMA pati

in Indiz



Standard of Gare (SoC)

Treatment that is accepted by
medical experts as a proper
treatment for a certain type of
disease and that is widely used

by healthcare professionals The Standard of Care is the

benchmark that determines
whether professional
obligations to patients have

Standards are created or
been met.

reviewed by experts in the
relevant field. They include
researchers, care providers,
patients and families, who form

a technical committee. In a rare disease like SMA,

following a SoC is important to
provide the best palliative and
medical care available.

SMA
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Standard of Care Review & Development Process
(Health Standard Organisations Model)
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'\, IDENTIFY
| Identify

opportunities
for standard
review

&

COMMITTEE

Finalize project
proposal and
establish technical
committee

STUDY

Preliminary study
and preparation
of a draft outline

PUBLIC PUBLISH
REVIEW Publish the
Public Review standard
of the draft

standard
> > >
CONSENSUS APPROVE
Committee Vote on the
meetings and draft standard
consensus building

on the draft

Source: https://healthstandards.orq/standards/development-process/



https://healthstandards.org/standards/development-process/

CHALLENGES

Low awareness about the condition
Poor clinical skills due to low disease
prevalence

Focus on symptomatic care rather on
holistic management

Focus on prognosis rather on Quality
of Life

Lack of resources, infrastructure and
skilled manpower

Financial constraints

SOLUTIONS

Awareness activities

Patient registry

Education programs to enhance
knowledge & skills

Including Rare Disease in medical
curriculum more elaborately
Advocating importance of holistic
care and multidisciplinary
management for better quality of life
with different stakeholders

Policy level advocacy to include Rare
Disease management and treatment
in Government Healthcare program
and health insurances

Standard of Care (SoC). Challenges, Solution & Benefits

BENEFITS

Multidisciplinary SMA clinics provide
regular and comprehensive care
Standardization of care protocol lowers
cost and improve outcome

Established centres and experienced
clinicians to initiate Disease modifying
therapy and clinical trials, studies and
research
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Standard of Care: Evolving Indian Scenario

2012 —— > 2017 ——— > 2023

Neurologist

PATIENT &

Rehabilitation

SMA
B PATIENT & S
TN FAMILY S

Management

Diagnostics &
Genetic Physiotherapy

Counselling
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Rehabilitation
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Genetic
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Multidisciplinary SMA Clinics in India

» CureSMA India started its first Multidisciplinary

SMA Clinic in 2017 in collaboration with Peerless
Hospital, Kolkata (Eastern India).

Presently, in collaboration with various
private/government hospitals, seven
Multidisciplinary SMA Clinics are running across
India in different geographical locations.

Multidisciplinary Clinics and present SMA
ecosystem in India is catering SMA individuals of
India (including more than 1500 registered
members of CureSMA India) and neighbouring
countries like Bangladesh, Nepal, Bhutan, Sri Lanka
and Pakistan (SAARC — South Asian Association for
Regional Cooperation — countries).
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CureSMA India SMA Task Force Team

» CureSMA India invited 21
renowned clinicians from
various tertiary care
hospitals across India to
form the first SMA Task
Force Team of India in
2020.

» The first SMA Task Force
Team drafted COVID-19
guidelines for Indian SMA
patients (available in
CureSMA India website).

» The present CureSMA
India Task Force includes
39 clinicians.

» This team is currently
working on drafting Type-
specific SMA guidelines
for HCPs and caregivers.

SMA

ALL INDIA SMA TASK FORCE TEAM
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We sincerely ‘Thank You’ for your time and consideration.

Our families are truly looking up to you, for your support in our journey to
‘Change & Save lives’!
Cure SMA Foundation of India

501/D23, Ireo Victory Valley, Sector 67, Gurugram, Haryana, India— 122018
y @CureSMAIndia e curesmaindia.org [~7] info@curesmaindia.org
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