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About AKU
(Black Bone Disease)



How AKU affects patients



Metabolic pathway

Nng
Q—CHE-GH—GGDH Phenylalanine
Phenylalanine Phenylketonuria
Ivdroxyiase
' ' Nle
HDQ—CHE'GH_CGDH Tyresine =i DOPA == |\elanin
Tyrosine Albinism
aminotransferase
O
HDGCHE—C — COOH 4-0OH-Phenylpyruvic Acid

A-hrydroory- ..
Phenaylpyruvic ﬂf‘e’dl 4- - Nitisinone

diovgenase
y CH;—COO0OH I Homogentisic Acid
HD—Q—UH
Homaogentisate Al kapto nuria
1, 2-diovygenase
Maleyacetoacetic Acid=—
Tyrosinaemiatype 1 I Succinylacetoacetic Acid
Fumarylacetoacetic Acid-"" l

Succinylacetons



A global patient movement



The treatment we were crowdfunding for:
Nitisinone
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Nitisinone reduces
homogentisic acid by

95%



Why this drug is so promising



The crowdfunding campaign:
key message and action






AKU patient Ann Kerrigan



B M John Rajkumatr,
AKU patient and head of the 500,000-strong
Tamil Nadu Gypsy Society



Prof Ranganath,
Coordinator of DevelopAKUre



The AKU Soclety team



The campaign:
Indiegogo















Eurordis networks






See our AKU campaign on
Indiegogo

e http://www.indiegogo.com/projects/cure-
black-bone-disease/x/1961731



http://www.indiegogo.com/projects/cure-black-bone-disease/x/1961731
http://www.indiegogo.com/projects/cure-black-bone-disease/x/1961731

Findacure: It's time to care
Crowdfunding campaign






What is Findacure?

Findacure helps patients promote the search
and development of treatments and cures for
fundamental diseases

We do this by:

Empowering patient

) Facilitating patient
groups to evolve into

groups to drive the Campaigning for a

receptive research

effective campaigners development of :
environment

for change treatments




What are fundamental diseases?

Fundamental diseases are extreme and rare genetic
disorders that offer a unique opportunity to better
understand other diseases, including many common

conditions.
Familial Hypophosphatasia ~ Neuroacanthocytosis Alkaptonuria Congenital
Hypercholesterolemia generalised
‘ lipodystrophy
Heart disease Osteoporosis Parkinson’s and Osteoarthritis

Huntington’s Type Il diabetes









igg.me/at/f-d-care #time4fd



Please support our Findacure campaign on Indiegogo

igg.me/at/f-d-care



Crowdfunding:
lessons learnt



Dos and don’ts

Prepare and plan carefully

Contact friends/family/networks beforehand
Make a strong, short video

Make it personal, but back it with a big team
7-9 perks

Always thank your donors

Work with the Eurordis team to promote it



Dos and don’ts

Choose your platform carefully

Get at least 35% from friends/family initially
Get media coverage

Ask your patient supporters to promote it
Use social media

Email people directly

Frequent updates and comments
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