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1t MLDA Protemp Committee

on April Fool 2011
.

Malaysia Lysosomal Disases Association (MLDA) was founded by 7 families.

Our Vision
To ensure that all patients who suffering from LSD receive proper medical treatment and enjoy equal
opportunities in life regardless of race gender, age, education and religion.

Our Mission

1. Educate and incraese public awareness on the
existence of LSD

2. Advocate and work with policy makers towards
better suuport for LSD patients.

3. Support the welfare of LSD patient and their
familiies.
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ACTIVITIES HIGHLIGHT

¢ Ice Bucket Challenge Sep 2014 Subang Jaya




ACTIVITIES HIGHLIGHT

¢ Every Life Counts Charity Dinner Empire Hotel 2016
Fund Raised 116k USD
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ACTIVITIES HIGHLIGHT

% Provided 11 families with money allocation every 2 month.

1 Muhamad Shapingi bin Hashim Sunsidising e 200.00
2 Salbiah binti Mohd. Razali Sunsidising 400.00
3 Subaramaniam A/L Nagappan Sunsidising 200.00
4 Paezah binti Awang Puteh Sunsidising 200.00
5 Bong Siaw Fui Sunsidising 400.00
6 Norhaiwati binti Che Wil Sunsidising 200.00
7 Sunarti binti Che Wil Sunsidising 400.00
8 Faizal bin Sait Sunsidising 200.00
9 Nur Nadia Bt Shamsudin Sunsidising 200.00
10 Jussena Ata Ak Jaboh Sunsidising 360.00
hd Najmudin bin Yasok Sunsidising 200.00

, o Total RM 2,960.00

NGO COMMITTEE FOR RM 17,760 per year USD 4,200
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PATIENT SUPPORT & CARE

MLDA procured 3 mini Ipad, 5 sofa bed(USD 1100) and freezer +Data net (USD 4100)
for Hospital Kuala Lumpur children.

" CPAP = W
(USD1,000) T ¥ - |
machine > PV, E |
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Freezer
+Datanet
USD 4,100
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International Collaboration

LOOKING
FORWARD TO
SEEING YOU

BAHIA | BRAZIL | 13 - 17 AUGUST 2014 W SRAZR:

ON MUCOPOLYSACCHARIDOSES AND RELATED DISEASES
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INTERNATIONAL SYMPOSIUM ‘ . "

Bonn, German 2016 -

Singapore 2015 - First Asia Rare International MPS Meeting

Disease Conference

Today
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2nd Rare Dlsease Asna Conference 2016

17-19 November 2016 | Kuala Lumpur, Malaysia

Patient Advocacy Group Panel - Landscape
of the Support Networks in Asia
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The Place @ ONE City, USJ 25/1 Subang Jaya
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Every Life Counts Charity Dinner 2014 One City, Malaysia
Health Minister granted us RM 2.5mil .
We use 2 mil to procure drugs to save 7 life.

The King receives a gift of one of the members of MLDA The Minister of Health welcomed by Haziq a MPS type 6 patient
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Statistics

m |nitially Received
Treatment
Waiting for Treatment

® Going To Start Trial

m Late/No Treatment
Available

= Treatment Ending Soon

m Passed Away

Under Trial
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TREATMENT ENDING by Jan 2017

Estimation Cost

A Age < 3 ERT Treatment : izati
No* Name of Patients s Location Disease stat per Year ERT Start Date | ERT End Date Efficiency of ERT Medication
1| Muhammad Hazim Imran
Bin Faizal
- Finger less stiff Elaprase
14 | ShahAlam,| MPS Type Il | Ending by Apr 16 RM 994,500.00 13 Apr2i3 | 14 Apr 2016 - Appetite Improved of
Selangor Hunter -Taller Hunterase
2| Liew May Yee @ Jooel
- Able to walk around unaided
2 Ipoh, GSDTypell | EndingbyApr16 | RM 100048000 | 16Apr2015 | 15Apr2016 | -Meckis stronger Myozyme
Perak Pompe - Able to stand up unaided
3| Maclean Korinth Anak
Malken
o
+ Able to walk up the staircase Bl
7 Kuching, | MPS Typell | Ending by Apr 16 RM 976.083.00 | 29Apr2015 | 28 Apr20i6 unaided , or
S arvarak Hunter - Increased in immunity Hunterase
- Improved in balancing
4| Afiq Lugman Bin Mad Nawi
- More active in sports and Elaprase
12 Kelang, | MPS Typell | Ending by Jun 16 RM 579, 766.00 2 Jun 25 1.Jun 2016 physical activities ar
Selangor Hunter - Less snoring Hunterase
- Stomach no more swollen




TREATMENT ENDING by Jan 2017

Estimation Cost

: Name of Patients yoars) | Loc3toN Disease s per Year ERT Start Date | ERT End Date Efficiency of ERT T
3 | Darmash AL
Subaramanlam
- Stomach no more swollen E
16 Mentakab, | MPS Type Il | Ending by Aug 16| RM 513.466.00 6 Aug 2013 4 Aug 216 - Fingers less stiff lq:ln:ilse
Pahang Hunter - Facial features hawe soften Hunterase
g
- Stomach no more swollen
- Fingers less stiff Elaprase
T Fuchong, ( MP5Typell | Ending by Sep 16 RM 104238300 | 235ep2MM3 | 22 5ep2016 | . Facial features have soften or
Selangor Hunter - Able to waik up the staircase Humnterase
unaided
- More verbal
7| Muhammad Shafwan
Bin Mohd Salim
Elaprase
&  |TanahMerah.| MPS Typell | Ending by Mar 17 |  RM £99.833.00 1Apr20i6 | 3 Mar207 | - Just started or
Kelantan Hunter Hunterase
RM &,606,511.00

"N
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In memorial of Darmash
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STILE WAITING FOR TREATMENT

ERT Treatment

R el e (e Status Period pex Vear ERT Start Date | ERT End Date Efficiency of ERT Medication
\:f Aaron Mg Yik Fung
4 Ampang, | MPS Type VI Waiting 2 RM 842,400.00 . . ) Maglazyme
KL Marote aux- years
Lamy
1§  |Subang Jaya.| MPS Type IVA Waiting 2 RM 1,347,840.00 . - - Vimizim
Selangor Morguio years
F;' Ahmad Adam Bin Sharin
Elaprase
7  |Petaling Jaya, MPS Type Il Waiting 2 RM 773,500.00 or
m Hunter years Hunterase
‘:" Agilah Bt Baharudin
14 |Subang Jaya| MPS Type IVA Waiting 2 RM 1.198,080.00 . . } Vimizim
Selangor Morquio years

NGO
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STILL WAITING FOR TREATMENT

NG

RARE DISEASES

. . i ERT Treatment Waitin Estimation Cost
of  Mame of Patients [\:E:s} Location Disease Sitatus ,,,,n-mﬂ per Year ERT Start Date | ERT End Date Efficiency of ERT Medication
W | Muhammad Arman Bin
3| Sharin
3 |Petaling Jaya) MPS Type I Waiting 2 RM 552.500.00 ) ) X Elaprase
Selangar Hunter years or
Hunterase
W | Siti Mur Shahira Bt
6 | Muhd Nizam
12 | Rawang. |MPS Type IVA Waiting 2 RM 1.123.200.00 ) 3 } Vimizim
Selangor Morquio years
W | Woon Jia Huey
7
17 | Cheras, | MPS Type VA Waiting 2 RM 1,572,480.00 _ ) ) Vimizim
KL Morquio years
W A male patient 23 | Ipch P Waiti 3
. ompe ng
8 Perak years RM £11.200.00
Total: RM 8.221,200.00
Grand
Total: | RM 14,827.741.00




Shafie et al. Orphanet Joumnal of Rare Diseases (2016) 11:107
DOI 10.1186/513023-016-0460-9 Orphanetjoumal of
Rare Diseases

@ CrossMark

State of rare disease management in
Southeast Asia

Asrul Akmal Shafie” ®, Nathom Chaiyakunapruk®***, Azuwana Supian', Jeremy Lim®, Matt Zafra®
and Mohamed Azmi Ahmad Hassali'

France

Taiwan

Indonesia
Vietnam Thailand
Singapore Malaysia
drafting since | Australia South Korea
2012... Canad
nada Philippines

Fig. 1 Rare disease journey-Progress of SEA and benchmark countries



Table 1 National initistives to support rare diseases and access to orphan drugs

Imncicaiton Philigpines SEnEnoe MalEyeEa Incdomesia  Vistnam Thailand
ety sysiem | G0 per capita JUS0) 2538 10440 3551 1755 5430

Healty expendituse per canita JUAD) ng 2426 410 108 118 215

Toml health axpenditure (% of GDH 45 47 35 30 a6 39

Fealty coverage (W [37] 76 100 100 43 55 k]

O of poscket haalth appandites 3 of tonal 520 5365 356 453 488 131

expanditure on haslith)

Life awpectandy a1 btk fvears) (a0 =] az 75 70 73 75

Mcrtality rate, infant {per 1000 Bve biths) [40] .y 18 7 32 16 n
Gowemance | Presence of national straegy fag M I e s Mo Mo M

Cefnition of ras dises fas e e M M M

Comgrahansive rafe disease begsBTon Mo Mo Mo Mo Mo

Cieplhan dasg act legisation Pending approval e (1997 Mo Mo Mo Mo
AE e Paitient suppontadvacacy gius oD RIS BALCE, MBS, M Mo MIFH D Cantic LS50 Foundation

b
Patient suppant gRoun achaty s e Y Mo Y s
fsinca 2010) |smnce A013) |snce 2070) (Ence A013) Einoe 200 1)

Media arenion Hased on Fadaiva 48 aredes 33 aredes 13 25 arides 12 anickes

saanch from A009-2015) armiches
Chinacal Presance of pathent regitnes Largedy instinstion specilic ) ) Planmed, 150 desate
expente Presence of centse of expertise Yes (1) Yes {3 Yes (3) Mo Yes (1) Yes [2)

Presence of national guidelines o Fagtment M ] M M M M

Priofess gioanal sowiaties 1o SupporT specialia ] ] Limitad ) ) ]

Fumcling Cowvernanent funding for rane disesse tmeatments | Limited Limied Limitad ) ) Limited
Caweernanent funding o rare disease reseasdh M e M M M M
NE-OOWETTINENT A00e 1 fam diseae Some chanitable and Lerne chaftable and Serne chariable and ) ) Some charitable and
Al Ent inchery funds imchustry fumdks sty fundks, emplover inchs iy fumds

nafis

Meww Do Metional reonatl screening pROSEMS Yes Yes Yes Mo Yes Yes

sTeening Fercertage of new bom soreened A% 100 % =95 % <1 % IN% =37 %

Sonrce of payment for the new bom somening  ODPfinswance Q08 [0 % Caoed I0H Qop Corernimant

Abbreviatons O0F Out of Pocket, Gov Gowemment, 2500 Philippine Sooety for Orphan Disonders, 055 Rane Disorders Sockety (Singay
MAssocotion, MADE Mabwysin o Disorder Society, MPH 80 National Pediavtic Hospital jram diseace], L850 Lysosomal sioege dEemes

it
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* Firstly: To formulate an International Policy to protect the right for rare
disease patients across the globe.

# 2nd: To mark Rare Disease as one of the key issue in UN meeting.

# 3rd: UN Economic & Social Council to file up any discrimination cases in
certain countries when the code of ethic has been violated.

# 4t UN to help collaborate medical assessment in countries with unmet
medical needs. Help governing and regulate orphan drug pricing to avoid
overpricing that could deprive of the chance for treatment.

@
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ELIRDIEE

15,106 km '

AFRICA

SLILTH
AERILA

Map data @2016

To fight for the children is a long journey
Until we get to know about ConNGO
You are the light at the end of the tunnel for us
Today is a beautiful day because
Love travel 15,106KM away and unite us together

/% Let’snot leave anyone behind...

W

NGO COMMITTEE FOR

RARE DISEASES



Thank You So Much!

% 6 DECEMBER 2014
s 3 8.00 PM
e Grand Ballroom, Rooftop,
The Place @ ONE City, USJ 25/1 Subang Jaya

Organised by: Co-Organised by: Main Sponsor
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