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A B O U T  T H E 
A N P D F

T h e  A N P D F  ( A u s t r a l i a n  N P C  D i s e a s e  F o u n d a t i o n )  i s  a 
n o t - f o r - p r o f i t  o r g a n i s a t i o n  d e d i c a t e d  t o  i m p r o v i n g 
t h e  l i v e s  o f  A u s t r a l i a n s  d i a g n o s e d  w i t h  N i e m a n n - P i c k 
d i s e a s e  a n d  t h e i r  f a m i l i e s .
F o u n d e d  i n  2 0 0 9  b y  a n  A u s s i e  m u m  w i t h  t w o  r e c e n t l y  d i a g n o s e d  b o y s , 
t h i s  v o l u n t e e r - p o w e r e d  c h a r i t y  i s  t h e  c u l m i n a t i o n  o f  p a r e n t s  t r y i n g  t o 
s a v e  t h e i r  c h i l d r e n  f r o m  a n  i n c u r a b l e  a n d  f a t a l  d i s e a s e .

W e  m a y  b e  s m a l l ,  b u t  w e  s t r i v e  t o  d o  i t  a l l .

T h r o u g h  a c t i v i t i e s  t h a t  r a i s e  f u n d s  a n d  a w a r e n e s s ,  t h e  A N P D F  s u p p o r t s 
f a m i l i e s ,  f u n d s  s c i e n t i f i c  r e s e a r c h  a n d  m a i n t a i n s  k e y  s t a k e h o l d e r 
r e l a t i o n s h i p s  t o  e n s u r e  o u r  A u s t r a l i a n  p a t i e n t s  h a v e  a c c e s s  t o  a s  m a n y 
t r e a t m e n t  o p t i o n s  a s  p o s s i b l e .

E a c h  m e m b e r  o f  t h e  A N P D F  d o n a t e s  t h e i r  t i m e 
t o  e v e r y  v e n t u r e  a n d  h a s  p r o d u c e d  o u t s t a n d i n g 
r e s u l t s .  F r o m  o u r  a n n u a l  e v e n t s  ( C h a r i t y  G a l a 
D i n n e r  a n d  C o n f e r e n c e )  t o  s m a l l e r  o n e - o f f 
v e n t u r e s  ( G l e n a r t h o n  l i v e  A u c t i o n ,  R a f f l e s , 
e t c ) ,  w e  c o n t i n u e  t o  k e e p  o u r  e y e s  p e e l e d  f o r 
e v e r y  o p p o r t u n i t y  t o  a c h i e v e  o u r  g o a l s  t o :

 � Provide an NPC-specific patient support group in Australia, 
where none had previously existed. Our patient liaison officers make 
themselves available to all our families for support and guide the 
foundation towards providing relevant services where resources 
allow - including but not limited to the conference.

 � Advocate for Clinical Trials in Australia, as majority of available 
trials don’t make it to our shores. The ANPDF has been instrumental 
in gaining access to key treatments like Miglustat (Mar. 2010), 
Cyclodextrin (extended in 2017), Trappsol® Cyclo™ (current). 

 � Fund scientific research for a treatment that will delay or halt Niemann-Pick disease. We proudly 
support the Florey Institute of Neuroscience and Mental Health and have set clear parameters towards a 
potential treatment that, in its most hopeful outcome, will be deliverable to clinical trials within 8 years.

 � Raise awareness of Niemann-Pick disease to decrease diagnostic time, thereby increasing time 
available for treatments. By hosting globally and nationally recognised events in Australia, we increase 
our platform to drive awareness within the medical community.
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2 0 2 2  A N P D F 
C O M M I T T E E

D E A N N A  C A R P I N O

President

Officially joining ANPDF 
in 2019, Deanna is 
inspired by her son Noah 
who was diagnosed 
with NP-C at 1yo. She 
launched the NPC 
Charity Gala in her first 
year and continues to 
drive the ANPDF forward 
wherever possible. 

C H R I S  M A K U L S K I

treasurer

Our newest executive 
committee member, 
Chris is a qualified 
accountant kindly 
dedicating his time 
and skills to managing 
the ANPDF’s financial 
requirements and guide 
us into the future.

 � Marian Shoebridge

 � Mary Calcagno

 � Milva Carpino

 � Ruth Gott

 � Ya Hui Hung, Chair

 � Pip Johnston, ANPDF rep. 

 � Ashley Bush

 � Caroline Hastings

 � Sarah Mercuri, Merch Manager

 � Vince Demarte

Interested in joining the committee? 
Email us at info@npcd.org.au.

 � Felicity Munro

 � Joy Lee

 � Mark Walterfang

 � Tina Soulis

M A N DY  W H I T E C H U R C H

Vice-President & Founder

Our fearless Founder 
continues to play a 
vital role as advocate 
and supporter of NP-C. 
When she isn’t working 
and looking after her 
two boys with NP-C, 
she also represents the 
foundation as our Adult 
Patient Liaison.

P I P  J O H N S T O N

secretary

As both Vet and mum 
of three, Pip has 
brought her invaluable 
knowledge and 
compassion to her 
roles in the foundation 
as both Secretary and 
Young Patient Liaison. 
Thanks Doctor Pip!

A N D R E W  C A R P I N O

Public oFFicer

G E N E R A L

committee members

S C I E N T I F I C  A D V I S O R Y

board membersA constant support 
to his wife (Deanna), 
Andrew joined the 
executive committee in 
2021. Leaving no stone 
unturned, he brings new 
ideas and strategies to 
the ANPDF’s corporate 
partnerships as our 
Corporate Liaison.

T h a n k  y o u  t o  a l l  o u r  c o m m i t t e e  m e m b e r s 
f o r  t h e i r  o n g o i n g  s u p p o r t .
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W E L C O M E  T O 
T H E  C O N F E R E N C E

T h e  2 0 2 2  N P C  C o n f e r e n c e  i n  A u s t r a l i a  i s  a b o u t  s h a r i n g  k n o w l e d g e  a n d 
e x p e r i e n c e s  b e t w e e n  p a t i e n t  f a m i l i e s ,  c l i n i c i a n s  a n d  r e s e a r c h e r s .

G e t  t h e  l a t e s t 
i n f o r m a t i o n  o n 

u p c o m i n g  C l i n i c a l 
Tr i a l s  b o t h  i n  A u s t r a l i a 

a n d  o v e r s e a s .

E V E N T  PA R T N E R

G a i n  n e w 
u n d e r s t a n d i n g ,  i n s i g h t s 

a n d  t o o l s  f r o m  t h o s e 
w h o  f a c e  t h e  s a m e 
c h a l l e n g e s  a s  y o u .

S h a r e  i d e a s  a n d  b u i l d 
n e w  r e l a t i o n s h i p s 

w i t h i n  o u r  A u s t r a l i a n 
N i e m a n n - P i c k 

C o m m u n i t y .

A u s t r a l i a n  N P C  D i s e a s e  F o u n d a t i o n  I n c .  ( A N P D F )  i s 
a  n o t - f o r - p r o f i t  o r g a n i s a t i o n  d e d i c a t e d  t o  m a k i n g 

a  p o s i t i v e  d i f f e r e n c e  t o  t h e  l i v e s  o f  t h o s e  a f f e c t e d 
b y  N i e m a n n - P i c k  D i s e a s e . 

T h r o u g h  a c t i v i t i e s  t h a t  r a i s e  f u n d s  a n d  a w a r e n e s s , 
w e  a r e  a b l e  t o  s u p p o r t  p a t i e n t s  a n d  t h e i r  f a m i l i e s , 

a s  w e l l  a s  h e l p  f u n d  s c i e n t i f i c  r e s e a r c h  t o w a r d s 
b e t t e r  t r e a t m e n t s .

F o l l o w  o u r  j o u r n e y  a t  w w w . n p c d . o r g . a u

Hosted 
by

C y c l o  T h e r a p e u t i c s ,  I n c .  i s  a 
c l i n i c a l - s t a g e  b i o t e c h n o l o g y 

c o m p a n y  d e d i c a t e d  t o  d e v e l o p i n g 
l i f e - c h a n g i n g  m e d i c i n e s  t h r o u g h 

s c i e n c e  a n d  i n n o v a t i o n  f o r 
p a t i e n t s  a n d  f a m i l i e s  l i v i n g  w i t h 
c h a l l e n g i n g  d i s e a s e s  i n c l u d i n g 

N i e m a n n - P i c k  Ty p e  C 1 .

http://www.npcd.org.au
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C O V I D - S A F E 
V E N U E  P L A N

A N  O V E R V I E W  O N  H O W  T H E  F L O R E Y  I N S T I T U T E  I S 
K E E P I N G  YO U  S A F E :

S t a y  S a f e !  A n d  e n j o y  t h e  
2 0 2 2  N P C  C o n f e r e n c e  i n  A u s t r a l i a .

A l l  v i s i t o r s  c a n  h a v e  t h e  u t m o s t  c o n f i d e n c e  t h a t  o u r  c h o s e n  v e n u e ,  T h e 
F l o r e y  I n s t i t u t e ,  h a s  d e v e l o p e d  a n  i n t e l l i g e n c e - l e d  C O V I D - S a f e  P l a n , 

i n  c o n s u l t a t i o n  w i t h  i n d u s t r y  e x p e r t s  a n d  g o v e r n m e n t ,  t h a t  e m p l o y s  r i s k 
m i t i g a t i o n  p r i n c i p l e s  t o  e n s u r e  h e a l t h  a n d  s a f e t y .

T h e  c o n f e r e n c e  i s 
o n l y  a c c e s s i b l e 

t o  p r e - r e g i s t e r e d 
a t t e n d e e s .

E n h a n c e d 
v e n u e  c l e a n i n g 
c o n c e n t r a t e d  i n 

h i g h  t r a f f i c  a r e a s .

P h y s i c a l  d i s t a n c i n g 
i n  c o n f e r e n c e 

r o o m  a n d  b r e a k 
o u t  a r e a s  t o  m e e t 
c u r r e n t  d i s t a n c i n g 

s t a n d a r d s .

S a f e  f o o d  a n d 
b e v e r a g e  s e r v i c e 

—  A l l  f o o d  i s 
p r e p a r e d  u n d e r  a 

H A C C P  a c c r e d i t e d 
s y s t e m .

S a n i t i s e r  s t a t i o n s 
t h r o u g h o u t  t h e 

v e n u e  a n d  d i n i n g 
a r e a s .

D i g i t a l  t i c k e t s 
t o  r e d u c e  s h a r e d 

c o n t a c t .
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T h e  F l o r e y  I n s t i t u t e  o f 
N e u r o s c i e n c e  a n d  M e n t a l 
H e a l t h  i s  t h e  l a r g e s t  b r a i n 
r e s e a r c h  g r o u p  i n  t h e  S o u t h e r n 
H e m i s p h e r e .  W i t h  m o r e  t h a n 
6 0 0  r e s e a r c h  a n d  s u p p o r t 
s t a f f  a n d  e d u c a t i n g  9 0  p o s t -
g r a d u a t e s .  T h e  c o n f e r e n c e  i s 
l o c a t e d  i n  t h e  K e n n e t h  M y e r 
B u i l d i n g ,  C n r  G e n e t i c s  L a n e  & 
R o y a l  P a r a d e .

PA R K I N G

E n t e r  v i a  R o y a l  P a r a d e  b e t w e e n  G e n e t i c s  L a n e  &  G r a t t a n  S t r e e t . 
H o u r s :  6 : 0 0 a m  t o  1 0 : 0 0 p m . 
F e e s :  $ 1 2 . 0 0  u p  t o  4  h o u r s ,  o r  $ 2 5 . 0 0  a l l  d a y .

F R O M  T H E  A I R P O R T

D i s t a n c e     2 1  k m  /  2 0  m i n  ( c a r ) 
E s t .  Ta x i  f a r e   $ 5 0 
S k y  B u s  f e e    $ 1 9 . 7 5

N E A R B Y  H O T E L S

N a u g h t o n s  H o t e l   4 3  R o y a l  P a r a d e    ( 0 3 )  9 3 4 7  2 2 5 5 
M e r c u r e     C n r  F l e m i n g t o n  &  H a r k e r  S t  ( 0 3 )  9 3 2 9  1 7 8 8 
T h e  L a r w i l l  S t u d i o  4 8  F l e m i n g t o n  R d    ( 0 3 )  9 0 3 2  9 1 1 1 
J a s p e r  H o t e l   4 8 9  E l i z a b e t h  S t    ( 0 3 )  8 3 2 7  2 7 7 7

P U B L I C  T R A N S P O R T

S t a t i o n s     M e l b o u r n e  C e n t r a l  a n d  F l a g s t a f f  S t a t i o n s 
Tr a m s     Tr a m  1 9 ,  S t o p  1 1 - U n i v e r s i t y  o f  M e l b o u r n e / R o y a l  P d e 
Ta x i s  S i l v e r  To p  1 3 0 0  9 76  4 0 4 
B l a c k  C a b s    1 3  2 2  2 7 
Tr a n s p o r t  i n f o    w w w . p t v . v i c . g o v . a u

T H E  F L O R E Y  I N S T I T U T E

K e n n e t h  M y e r  B u i l d i n g 
3 0  R o y a l  P a r a d e 
P a r k v i l l e ,  V I C  3 0 5 2

t  + 6 1  3  9 0 3 5  3 0 0 0 
e  i n f o @ f l o r e y . e d u . a u 
w  f l o r e y . e d u . a u

V E N U E 
I N F O R M AT I O N

THE FLOREY THE FLOREY 
INSTITUTEINSTITUTE

http://www.ptv.vic.gov.au
mailto:info%40florey.edu.au?subject=
https://florey.edu.au/
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C A R O L I N E  H A S T I N G S

C O N A N  D O N N E L LY

F I O N A  H E L L I E R

F R A N K  P F R I E G E R

G A I L  H I LT O N

J A C K I E  I M R I E

J OY  L E E

L O U I S E  H E A LY

M A R C  PAT T E R S O N

M A R K  W A LT E R FA N G

S E A N  H O S K I N G

YA  H U I  H U N G

C a r o l i n e . H a s t i n g s @ u c s f . e d u

C o n a n . D o n n e l l y @ i n p d r . o r g

d s a @ d e m e n t i a . c o m . a u 

f w - p f r i e g e r @ g m x . d e

g a i l @ c h i l d h o o d d e m e n t i a . o r g

J a c k i e . I m r i e @ i n p d r . o r g

J o y . L e e @ r c h . o r g . a u

e d u c a t i o n @ r a r e v o i c e s . o r g . a u

P a t t e r s o n . M a r c @ m a y o . e d u

M a r k . W a l t e r f a n g @ m h . o r g . a u

s e a n . h o s k i n g @ m h . o r g . a u

y a h u i . h u n g @ f l o r e y . e d u . a u

A l l  d a y  m e a l s  w i l l  b e  p r o v i d e d 
i n c l u d i n g  l u n c h  a n d  t e a 
b r e a k s .  C o f f e e  a n d  t e a  w i l l  b e 
a v a i l a b l e  a l l  d a y . 

I f  y o u  h a v e  a d v i s e d  a n y  s p e c i a l 
d i e t a r y  r e q u i r e m e n t s  o n  y o u r 
r e g i s t r a t i o n  f o r m ,  t h e s e  w i l l 
c a t e r e d  t o  o n  t h e  d a y .  P l e a s e 
a s k  t h e  c a t e r i n g  o r  s u p p o r t 
s t a f f  t o  f i n d  t h e  c o r r e c t  m e a l 
o p t i o n .

C AT E R I N G

A c c e s s  i s  e n a b l e d  a n d 
a v a i l a b l e  a t  a l l  e n t r a n c e s  a n d 
e l e v a t o r s .

D i s a b l e d  t o i l e t s  w i l l  a l s o  b e 
l o c a t e d  o n  t h e  s a m e  f l o o r  a s 
t h e  c o n f e r e n c e .

D I S A B I L I T Y  A C C E S S

P l e a s e  r e s p e c t  t h e  p r e s e n t e r s 
a n d  o t h e r  m e m b e r s  o f  t h e 
a u d i e n c e  b y  e n s u r i n g  y o u r 
p h o n e  i s  s w i t c h e d  o f f  o r  s e t  t o 
s i l e n t  w h i l s t  i n  s e s s i o n .

W e  u n d e r s t a n d  t h e r e  m a y  n o t  b e  t i m e  t o  a n s w e r  e v e r y  q u e s t i o n  o r 
q u e r y  w i t h i n  e a c h  p r e s e n t a t i o n ’ s  t i m e s l o t .  I f  y o u r  q u e s t i o n  w a s 
u n a n s w e r e d  d u r i n g  t h e  c o n f e r e n c e ,  w e  i n v i t e  y o u  t o  f o l l o w  u p  w i t h  o u r 
s p e a k e r s  d i r e c t l y  a t  t h e  b e l o w  e m a i l  a d d r e s s e s .

A l t e r n a t i v e l y ,  y o u  m a y  c o n t a c t  t h e  c o n f e r e n c e  o r g a n i s e r s  v i a  e m a i l :  
i n f o @ n p c d . o r g . a u

M O B I L E  P H O N E S

S P E A K E R  C O N TA C T  D E TA I L S

G E N E R A L 
I N F O R M AT I O N

mailto:info%40npcd.org.au?subject=
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S P E A K E R S
D i s c o v e r  m o r e  a b o u t  N i e m a n n - P i c k  D i s e a s e  t y p e  C  (NPC) 
a n d  t h e  p e o p l e  i t  i m p a c t s  w i t h  o u r  s p e a k e r s .

F R A N K  P F R I E G E R

uniVersity oF strasbourg

M A R C  PAT T E R S O N

mayo clinic

C A R O L I N E  H A S T I N G S

ucsF benioFF children’s hosP.

S E A N  H O S K I N G

royal melbourne hosPital

M A R K  W A LT E R FA N G

royal melbourne hosPital

YA  H U I  H U N G

the Florey institute

F I O N A  H E L L I E R

dementia suPPort australia

J A C K I E  I M R I E

inPdr
C O N A N  D O N N E L LY

inPdr

G A I L  H I LT O N

childhood dementia initiatiVe

L O U I S E  H E A LY

rare Voices australia

J OY  L E E

royal children’s hosPital
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S C H E D U L E 
O F  TA L K S

C O N F E R E N C E  C H E C K - I N ,  T E A  &  C O F F E E

Conference opening and Welcome to country 
Felicity Munro, ANPDF Committee Member, Aust.

Niemann-Pick Type C Disease: Past, present and future 
Frank Pfrieger Phd - Tenured Scientist, Institute of Cellular and Integrative Neurosciences, France

Updates on clinical trials in Niemann-Pick disease, type C 
Marc Patterson md FracP Faan Fana - Professor of Neurology, Pediatrics and  
Medical Genetics, Mayo Clinic, USA

M O R N I N G  T E A  B R E A K

Cyclo Therapeutics’ Development Program 
Caroline Hastings md - Director of fellowship program in pediatric hematology and 
oncology, UCSF Benioff Children’s Hospital, USA

Behind the Scenes: A look at the preparation and set up of clinical trials 
Sean Hosking - Clinical Trials Coordinator - Royal Melbourne Hospital, Aust.

Royal Melbourne Hospital Clinical Research 
Mark Walterfang mbbs (hons) Phd FranZcP - Professor of Neuropsychiatry,  
The University of Melbourne; Consultant Neuropsychiatrist, The Royal Melbourne Hospital, Aust.

The Florey Institute Research 
Ya Hui Hung bmus bsc (hons) Phd - Senior Research Officer, The Florey Institute of 
Neuroscience and Mental Health, Aust.

L U N C H  +  N E T W O R K I N G

Dementia Support Australia 
Fiona Hellier - Team Leader - Dementia Support Australia, Aust.

International Niemann-Pick Disease Registry 
Jackie Imrie msc, Clinical Research Manager and Conan Donnelly Phd, CEO,  
International Niemann-Pick Disease Registry, UK

Childhood Dementia Initiative 
Gail Hilton - Project Manager, Childhood Dementia Initiative, Aust.

Rare Voices Australia 
Louise Healy - Education and Advocacy Manager, Rare Voices Australia

A F T E R N O O N  T E A

Live Q&A with Frank Pfrieger

Current Australian Clinical Experience 
Mark Walterfang and Joy Lee md FracP - Metabolic Consultant, Royal Children’s Hosp., Aust.

National Framework for NP-C care and management workshop

Conference Closing 
Deanna Carpino - ANPDF President, Aust.

F E L I C I T Y 
M U N R O

Mistress of 
Ceremonies
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4 : 0 0  P M
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4 : 4 0  P M

5 : 4 0 P M
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S P O N S O R S  & 
PA R T N E R S

E V E N T  PA R T N E R

M A J O R  F U N D I N G  &  S P O N S O R S

C O M M U N I T Y  PA R T N E R S

V E N U E  PA R T N E R

N a t i o n a l  D i s a b i l i t y  C o n f e r e n c e 
I n i t i a t i v e  G r a n t  f u n d e d  b y  t h e 

A u s t r a l i a n  G o v e r n m e n t  D e p a r t m e n t 
o f  S o c i a l  S e r v i c e s .

T h e  A u s t r a l i a n  N P C  D i s e a s e  F o u n d a t i o n  t h a n k s  o u r 
C o m m u n i t y  P a r t n e r s  f o r  t h e i r  o n g o i n g  s u p p o r t  - 

w i t h o u t  y o u  a l l ,  t h i s  w o r k  w o u l d  n o t  b e  p o s s i b l e .
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S TAY  C O N N E C T E D

w i t h  A u s t r a l i a n  N P C  D i s e a s e  F o u n d a t i o n  I n c

J O I N  T H E 
C O N V E R S A T I O N

# N P C O N F 2 0 2 2 
# N C 2 0 2 2

/ N i e m a n n P i c k O z

@ N i e m a n n P i c k O z

@ N i e m a n n P i c k O z

/ A N P D F

https://www.npcd.org.au/
https://www.facebook.com/pg/AustralianNiemannPickTypeCDiseaseFoundation/
https://www.instagram.com/niemannpickoz/
https://twitter.com/NiemannPickOz
https://www.linkedin.com/company/anpdf/
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K E Y N O T E 
L E C T U R E

M y  p r e s e n t a t i o n  w i l l  p r o v i d e 
b a c k g r o u n d  i n f o r m a t i o n  a b o u t  t h e 
d i s e a s e .  To  t h i s  e n d ,  I  w i l l  o u t l i n e 
t h e  s o m e w h a t  t o r t u o u s  h i s t o r y  o f 
i t s  d i s c o v e r y ,  s u m m a r i z e  s e l e c t e d 
a s p e c t s  o f  c u r r e n t  r e s e a r c h 
a n d  p r o v i d e  a n  o u t l o o k  o n  t h e 
d e v e l o p m e n t  o f  n e w  d i a g n o s t i c  a n d 
t h e r a p e u t i c  a p p r o a c h e s .

N I E M A N N - P I C K  T Y P E  C 
D I S E A S E :  PA S T ,  P R E S E N T 
A N D  F U T U R E

F r a n k  W .  P f r i e g e r ,  P h D
I n s t i t u t e  o f  C e l l u l a r  a n d 
I n t e g r a t i v e  N e u r o s c i e n c e s . 
C e n t r e  N a t i o n a l  d e  l a 
R e c h e r c h e  S c i e n t i f i q u e , 
U n i v e r s i t y  o f  S t r a s b o u r g . 
6 7 0 0 0  S t r a s b o u r g ,  F r a n c e .

Frank is working as tenured scientist at 
the Institute of Cellular and Integrative 
Neurosciences affiliated with the 
French Centre National de la Recherche 
Scientifique and the University of 
Strasbourg (France).

He studied biology at the University of 
Konstanz (Germany) and obtained his 
PhD in 1994 from the same university 
after experimental work with H.D. Lux at 
the Max-Planck Institute for Psychiatry in 
Martinsried (Germany). 

From 1994 to 1997, he worked as postdoc 
with B.A. Barres at Stanford University 
(CA, USA). In 1997, he was recruited as 
independent group leader to the Max-
Delbrück Center for Molecular Medicine in 
Berlin-Buch. 

In 2001, he moved to Strasbourg as group 
leader of the German Max-Planck Society 
in a bilateral cooperation with the CNRS. 
Since 2005, he holds his current position. 

His research aims to understand the 
mechanisms of neurodegeneration in NPC 
disease and to develop new diagnostic 
and therapeutic approaches.

N O T E S
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There  a re  cu r rent l y  severa l  c l i n ica l  t r ia l s , 
o r  expanded access  p rograms ,  ava i lab le  to 
pat ients  w i th  N iemann-P ick  d i sease ,  t ype 
C.  The  most  recent  add i t ion  to  these ,  i s  a 
doub le-b l ind ,  randomized ,  p lacebo cont ro l led , 
mu l t i  cente r  I n te rnat iona l  t r ia l  o f  i n t ravenous 
hydroxypropy l -beta-cyc lodext r in ,  fo r  wh ich 
the re  w i l l  be  a  separate  p resentat ion 
[NCT04860960] .

Th i s  t r ia l ,  and  a l l  bu t  one  of  the  remainder , 
a re  des igned to  amel io ra te  the  c l i n ica l 
course  of  N iemann-P ick  d i sease ,  t ype  C.  The 
except ion  i s  the  p lanned t r ia l  o f  N-acety l -
L - leuc ine ,  a  randomized ,  doub le-b l ind , 
c rossover ,  p lacebo cont ro l led  t r ia l ,  whose 
p r imary  outcome measure  w i l l  be  atax ia 
[NCT05163288] .

M a r c  C .  P a t t e r s o n  M D 
F R A C P  FA A N  FA N A
M a y o  C l i n i c  C h i l d r e n ’ s 
C e n t e r ,  U S A

Marc Patterson was born and educated in 
Australia, and trained in neurology, child 
neurology and neurometabolic disease at 
the University of Queensland in Australia, 
at Mayo Clinic, and at NINDS/NIH. He is 
currently Professor of Neurology, Pediatrics 
and Medical Genetics at Mayo Clinic. 

He was Director of the Child Neurology 
Training program at Mayo 2008-2016), 
and Chair of the Division of Child and 
Adolescent Neurology (2008-2017). 
Dr Patterson had previously served as 
Professor and Director of Pediatric 
Neurology at Columbia University in New 
York (2001-2007). 

Dr Patterson is currently an Editor for the 
Journal of Inherited Metabolic Disease, and 
JIMD Reports, Editor-in Chief of the Journal 
of Child Neurology and Advisory Editor of 
Child Neurology Open. 

His research and practice have focused on 
rare diseases in children, including multiple 
sclerosis and neurometabolic disorders in 
general, with special interests in Niemann-
Pick disease, type C (NPC), other lysosomal 
diseases, and congenital disorders of 
glycosylation, areas in which he has 
published more than 300 peer-reviewed 
papers and book chapters. 

He serves on the scientific advisory boards 
of several rare disease foundations. Dr 
Patterson has received funding support 
from NIH, industry, and private foundations.

C L I N I C A L  T R I A L S 
A N D  R E S E A R C H

U P D AT E  O N  C L I N I C A L 
T R I A L S  I N  N I E M A N N -
P I C K  D I S E A S E ,  T Y P E  C

N O T E S
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C L I N I C A L  T R I A L S 
A N D  R E S E A R C H

Niemann-P ick  D i sease  Type  C1  (NPC1 )  i s  a  d i so rder  o f  i n t race l lu la r  cho les te ro l  and 
l ip id  t ra f f ick ing  that  leads  to  the  accumu lat ion  of  cho les te ro l  and  l ip ids  i n  the  la te 
endosomal/ l y sosomal  compar tment ,  resu l t i ng  in  s y s temic  man i fes tat ions  ( i nc lud ing 
hepatosp lenomega ly  and  lung  in f i l t ra t ion )  and  neurodegenerat ion .P rec l in ica l  s tud ies 
have  demonst ra ted  that  s ys temica l l y  admin i s te red  2-hydroxypropy l -β-cyc lodext r in 
(HPβCD;  Trappso l® Cyc lo™)  res to res  cho les te ro l  metabo l i sm and homeostas i s  i n 
per iphera l  o rgans  and  t i s sues  and  in  the  cent ra l  ne rvous  sys tem (CNS) .

A  Phase  I  c l i n ica l  t r ia l  assessed  the  safety ,  pharmacok inet ics ,  and  pharmacodynamics 
o f  2  doses  o f  HPβCD in  per iphera l  t i s sues  and  the  CNS in  adu l t  sub jects  w i th  NPC1 .  A 
Phase  1 -2  t r ia l  cont inued to  assess  these  parameters  us ing  3  dose  leve l s  i n  ch i ld ren 
and adu l t s ,  and  as  we l l  eva luated  ear l y  c l i n ica l  e f fects  over  a  48-week  per iod .  
Deta i led  resu l t s  f rom these  t r ia l s  w i l l  be  p resented  wh ich  demonst ra te  an  exce l len t 
safety  p rof i le  and  suppor t  the  mechan i sm of  act ion  of  s y s temica l l y  admin i s te red 
HPβCD in  mob i l i z ing  in t race l lu la r  cho les te ro l  s to res  i n  sub jects  w i th  NPC1  as 
demonst ra ted  in  p rev ious  p rec l in ica l  s tud ies .

These  data  suppor t  the  need to  tes t  these  encourag ing  resu l t s  i n  long  te rm s tud ies  and 
w i th  p rec i se  c l i n ica l  assessment  too l s .  The  background ,  e l ig ib i l i t y ,  and  methodo logy  of 
the  mu l t i -cente r ,  doub le-b l ind ,  randomized ,  p lacebo-cont ro l led  Transpor t  NPC Phase  3 
in te rnat iona l  t r ia l ,  cu r rent l y  en ro l l i ng ,  w i l l  be  p resented .

I N T R AV E N O U S  T R A P P S O L ®  CYC L O ™  I N 
PAT I E N T S  W I T H  N I E M A N N  P I C K  D I S E A S E  T Y P E 
C 1 :  U P D AT E S  O N  T H E  R E S U LT S  F R O M  P H A S E  1 
A N D  P H A S E  1 - 2  S T U D I E S  A N D  L A U N C H  O F  T H E 
I N T E R N AT I O N A L  P H A S E  3  P I V O TA L  T R A N S P O R T 
N P C  T R I A L

C U R R E N T LY 
E N R O L L I N G

N O T E S
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C L I N I C A L  T R I A L S 
 A N D  R E S E A R C H

C a r o l i n e  H a s t i n g s  M D
D i r e c t o r ,  P e d i a t r i c  H e m a t o l o g y  O n c o l o g y 
F e l l o w s h i p  P r o g r a m  C h i l d r e n ’ s  H o s p i t a l 
&  R e s e a r c h  C e n t e r  O a k l a n d ;  P r o f e s s o r  o f 
P e d i a t r i c s ,  U n i v e r s i t y  o f  C a l i f o r n i a ,  S a n 
F r a n c i s c o ,  S c h o o l  o f  M e d i c i n e ,  U S A

Caroline Hastings received her M.D. from the University of California, 
Davis in 1986 and subsequently completed her Pediatric residency and 
fellowship in Pediatric Hematology and Oncology at Children’s Hospital & 
Research Center Oakland, California.  She is on the faculty at UCSF School 
of Medicine and Benioff Children’s Hospital Oakland, and serves as the 

Director of the Pediatric Hematology/Oncology Fellowship Program and clinical site 
Director of the Pediatric NeuroOncology program. 

Her academic interests include clinical trial development in high risk and relapsed 
extramedullary leukemia, brain and spinal cord tumors in infants and children, and 
rare metabolic diseases including Niemann-Pick Type C disease.  

She was the first physician in the US to develop and use hydroxypropyl-β-cyclodextrin 
in children with NPC and developed the first FDA approved compassionate use 
protocol.  Building on her experience with compassionate use of cyclodextrins, Dr. 
Hastings served as the Principal Investigator for a US phase I clinical trial supported 
by CTDH to test intravenous cyclodextrins formally in NPC.  She also served as a 
Senior Clinical Advisor to CTD’s EU/Israel phase I/II clinical trial, Co-Chair of CTD’s 
Family and Physicians Listening Circle, and member of CTD’s Scientific Advisory 
Board.  

Dr. Hastings is currently conducting clinical trials (inclusive of gene therapy) in 
patients with Gangliosidosis Type I and Metachromatic Leukodystrophy, as well as 
natural history and registry studies in rare disease.  

Dr. Hastings is involved with advocacy on a national and regional level and serves on 
the Executive Board of Trustees for the American Society of Pediatric Hematology 
Oncology and is the President elect of the society.  She leads awareness and 
philanthropic events and has personally raised several million dollars to support 
local programs in research and clinical care as well as pediatric clinical trials in rare 
disease.  

Dr. Hastings enjoys spending time with her husband and three daughters, traveling, all 
animals, reading about sociology and economics and creating the perfect garden.
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C L I N I C A L  T R I A L S 
A N D  R E S E A R C H

The  runn ing  of  a  sponsored  c l i n ica l  t r ia l 
i s  heav i l y  dependent  on  the  pa ins tak ing 
p reparat ions  made f rom everyone  invo l ved 
f rom the  sponsor  to  the  pat ient  and  a l l 
those  in  between .  My  p resentat ion  w i l l  focus 
on  the  p rocess  completed  by  the  research 
team at  the  ins t i tu te  leve l .  P r io r  to  ins t i tu te 
invo l vement  –  I  w i l l  g i ve  a  b r ie f  ove rv iew of 
what  i s  i nvo l ved  in  the  p reparat ion  of  the 
P ro toco l  and  Inves t igato r  B rochure .

 � Site Selection – Choosing a site requires a clear 
and calculated feasibility process. I will explain 
how an institute is chosen and how an Investigator 
determines the capability of their team.

 � Ethics – The most important part of all research is 
operating in the realm of Human Ethics.

 � Governance – Once main site is identified and the 
HREC has been submitted we are still faced with the 
great task of submitting Research Governance for 
each of the institutes.

 � Patient Selection and recruitment – Here we will look 
at the process in which a patient is chosen and the 
efforts taken in navigating recruitment criteria.

 � Running the trial – It is only after all these processes 
that we actually get to the running of the research 
project.

 � Coming to an end – Through hard work and years of 
effort we come to the end of a trial. I will show the 
processes necessary to close the trial out.

I n  conc lus ion ,  us ing  examples  o f  the  pat ients  I 
w i l l  re f lect  upon  the  re la t ionsh ip  we have  had 
w i th  those  ef fected  by  NPC and g i ve  a  b r ie f 
i n s ight  i n  to  the  jou rney  we a l l  took  together .

B E H I N D  T H E  S C E N E S : 
A  L O O K  AT  T H E 
P R E PA R AT I O N  A N D  S E T 
U P  O F  C L I N I C A L  T R I A L S

S e a n  H o s k i n g
R o y a l  M e l b o u r n e  H o s p i t a l , 
A u s t r a l i a

I started my medical career in the 
Australian Defence force in 1999. Trained 
as a field medic then transferred to 
nursing. Left the army and completed my 
Nursing in 2004. Worked in Orthopaedic 
surgery and urology for 6 years.

After being trained in managing clinical 
trials in a ward setting I developed a love 
of research. I applied for the position of 
Epilepsy research coordinator in June of 
2010 and was interviewed by the head of 
the department Professor Terence O’Brien.

I began working on clinical trials in 
Epilepsy and other neurological conditions 
that year. In 2016, I met Professor Mark 
Walterfang when he approached me 
about a new and exciting trial for NPC. 
We began working together closely on this 
very long trial and have been managing 
NPC research ever since.

N O T E S
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Over  the  las t  15  years ,  pat ients  w i th  NPC 
have  been  inc reas ing l y  i nvo l ved  in  c l i n ica l 
research  and c l i n ica l  t r ia l s  i n  Aus t ra l ia .  I n 
th i s  p resentat ion  we w i l l  h igh l igh t  some 
pas t ,  recent  and  ongo ing  research  in to 
NPC in  Aus t ra l ia ,  par t icu la r l y  w i th  pat ients 
o f  the  Roya l  Me lbourne  Hosp i ta l  and  i t s 
co l laborato r s .

We w i l l  h igh l igh t  research  examin ing  b ra in 
changes  in  NPC and the  ef fect  o f  med icat ion 
on  these  changes ;  add i t iona l l y ,  we  w i l l  a l so 
desc r ibe  a  range of  o ther  c l i n ica l  s tud ies 
across  a  range of  hea l th  d i sc ip l i nes  that 
looked to  fu r the r  e luc idate  changes  in  o rgan 
sys tems  in  NPC and how these  changes  cou ld 
be  used  to  t rack  i l l ness  and  t reatment .

M a r k  W a l t e r f a n g  M B B S 
( H o n s )  P h D  F R A N Z C P
R o y a l  M e l b o u r n e  H o s p i t a l , 
A u s t r a l i a

Professor Mark Walterfang has worked 
as a consultant neuropsychiatrist at the 
Royal Melbourne Hospital for more than 20 
years, having completed specialist training 
at Neuropsychiatry, RMH, and his PhD at 
the Melbourne Neuropsychiatry Centre, 
focusing on neuroimaging.

He is completing a second research 
doctorate in Niemann-Pick type C disease, 
having managed adolescent and adult 
patients with this illness at Neuropsychiatry 
since 2000.

C L I N I C A L  T R I A L S 
A N D  R E S E A R C H

A N  U P D AT E  O N  C L I N I C A L 
R E S E A R C H  I N T O  N P C  I N 
A U S T R A L I A

N O T E S
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C L I N I C A L  T R I A L S 
A N D  R E S E A R C H

P a t h o l o g i c a l  m u t a t i o n s  i n  t h e 
N P C 1  g e n e  r e s u l t  i n  t h e  f a t a l 
n e u r o d e g e n e r a t i v e  d i s o r d e r  N i e m a n n -
P i c k  D i s e a s e  Ty p e  C 1  ( N P - C 1 ) .

M e s s e n g e r  R N A  ( m R N A )  g e n e  t h e r a p y 
i s  a n  e m e r g i n g  a p p r o a c h  t o  r e s t o r e 
f u n c t i o n a l  g e n e s .   T h i s  p r e s e n t a t i o n 
w i l l  p r o v i d e  a n  u p d a t e  o n  t h e  N P C 1 
m R N A  g e n e  t h e r a p y  b e i n g  d e v e l o p e d 
a t  t h e  F l o r e y .

M E S S A G E  I N  A  FAT 
B U B B L E :  A N  M R N A  G E N E 
T H E R A P Y  F O R  N I E M A N N -
P I C K  D I S E A S E  T Y P E  C 1

Ya  H u i  H u n g  P h D
T h e  F l o r e y  I n s t i t u t e  o f 
N e u r o s c i e n c e  a n d  M e n t a l 
H e a l t h ,  A u s t r a l i a

Ya Hui Hung is a molecular biologist/
biochemist at the Florey Institute of 
Neuroscience and Mental Health.  

Her interest in rare genetic diseases 
began with her PhD studies on Menkes 
disease and copper metabolism at the 
University of Melbourne (Australia).  
Her research interest in Niemann-
Pick Disease Type C (NP-C) evolved 
from her early postdoctoral studies 
investigating the relationship between 
copper and cholesterol metabolism in the 
development of neurodegeneration and 
Alzheimer’s disease.  

Her NP-C research has contributed to 
mapping of the metallobiology landscape 
in NP-C, and identified early neurological 
changes in the heterozygous Npc1 mice 
that may have clinical implications for 
human NPC1 carriers.  

She is currently exploring new therapeutic 
options to treat NP-C, with a particular 
interest in mRNA-based gene therapy.
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A rare ,  fata l  and progress ive  genet ic 
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D e m e n t i a  S u p p o r t  A u s t r a l i a  ( D S A ) 
a r e  a  n a t i o n a l  s e r v i c e  t h a t  i s  l o c a l l y 
b a s e d  a n d  p r o v i d e  t a i l o r e d  p e r s o n a l 
a d v i c e  t o  c a r e r s  o f  p e o p l e  w i t h 
d e m e n t i a  w h e r e  b e h a v i o u r s  m a y  b e 
i m p a c t i n g  n e g a t i v e l y  o n  t h e  c a r e r 
a n d / o r  t h e  p e r s o n  w i t h  d e m e n t i a . 

T h i s  p r e s e n t a t i o n  p r o v i d e s  a  b r i e f 
o v e r v i e w  o f  t h e  w o r k  t h e  d e m e n t i a 
c o n s u l t a n t s  h a v e  d o n e  w i t h  f a m i l i e s 
w i t h  a  c h i l d  w i t h  d e m e n t i a ,  h o w  t o 
a c c e s s  t h e  s e r v i c e  a n d  w h a t  s u p p o r t 
i s  a v a i l a b l e .  A  c a s e  s t u d y  w i l l  b e 
d i s c u s s e d .

D E M E N T I A  S U P P O R T 
A U S T R A L I A ;  PA R T N E R I N G 
T O  S U P P O R T  YO U N G 
P E O P L E  L I V I N G  W I T H  A 
D E M E N T I A  D I A G N O S I S

F i o n a  H e l l i e r
D e m e n t i a  S u p p o r t  A u s t r a l i a

I am an experienced Registered Nurse 
having worked in the hospital & health 
care industry for many years. I have 
worked across the acute healthcare 
sector, community nursing and aged 
care in clinical and management roles in 
regional and metropolitan areas. 

I am currently completing my Masters of 
Gerontology through Flinders University 
with a focus on dementia care. I have 
been working with Dementia Support 
Australia for over four years and manage 
a team of carers who work alongside 
staff and community carers modeling and 
coaching approaches and engagement 
to assist in supporting with behaviour 
management. 

I am part of the DSA Childhood Dementia 
Team and have completed the training 
put together with the assistance of BDSRA 
and other professionals. I have supported 
several families with children living with 
dementia to date. 

C O M M U N I T Y 
C O N N E C T I O N S

N O T E S
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The  In te rnat iona l  N iemann-P ick  D i sease  Reg i s t r y  i s  a  web-based ,  pat ient- led , 
i ndependent  reg i s t r y  fo r  the  co l lec t ion  of  c l i n ica l  and  pat ient- repor ted  f rom N iemann-
P ick  D i sease  pat ients .  The  INPDR i s  a  commun i t y  resource  to  i l l um inate  the  natu ra l 
h i s to ry  o f  NPD and improve  outcomes  fo r  pat ients  and  the i r  fami l ies . 

Over  the  las t  year  the  INPDR has  expanded in to  new count r ies ,  deve loped enhanced 
qua l i t y  s y s tems ,  ex tended data  co l lec t ion  across  both  the  c l i n ica l  and  pat ient-
repor ted  database  and suppor ted  and pub l i shed  research .  we w i l l  p resent  th i s 
p rogress  and  g i ve  examples  o f  how the  reg i s t r y  can  have  an  impact  on  the  fami l ies 
a f fected  by  N iemann-P ick  d i sease . 

We w i l l  be  inv i t i ng  fami l ies  to  par t ic ipate  in  the  reg i s t r y  and  show you  how you  can 
jo in  and  cont r ibute  to  th i s  g loba l  movement .

A D VA N C E S  I N  T H E  N I E M A N N - P I C K  PAT I E N T - L E D 
I N T E R N AT I O N A L  R E G I S T R Y

J a c k i e  I m r i e  M S c
I n t e r n a t i o n a l  N i e m a n n - P i c k  D i s e a s e  R e g i s t r y ,  U K

Having qualified as a paediatric nurse I obtained a Degree in Biochemistry 
and Genetics and MSc Genetic Counselling. I worked at the Willink 
Metabolic unit Manchester for 20 years seeing patients with many inborn 
errors of metabolism.

In 1999 I started as the first Niemann-Pick nurse, funded by NPUK, setting up 
the national database and supporting families and professionals.

Having retired from full time work for NPUK, I did Consultancy work in the field 
of NPDs for over 10 years, which included raising awareness to aid quicker diagnosis 

and contributing to scientific and clinical papers. I am currently leading recruitment as Clinical 
Research Manager with INPDR. I am also a Trustee for NPUK and MLD support association UK. 

C o n a n  D o n n e l l y
I n t e r n a t i o n a l  N i e m a n n - P i c k  D i s e a s e  R e g i s t r y ,  U K

Conan Donnelly is an epidemiologist and has been Chief Executive of the 
International Niemann-Pick Disease Registry since 2020. 

He has worked in disease registration for over ten years now and has seen 
firsthand the importance of patient-reported and clinical data in improving 
patient outcomes. 

Conan is currently leading the registry through some exciting changes 
including the rollout of an expanded patient-reported database, global 
expansion of the clinical registry and facilitating several research studies to improve 
the care and outcomes of patients and families affected by Niemann-Pick Disease.

C O M M U N I T Y 
C O N N E C T I O N S
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C H I L D H O O D  D E M E N T I A  - 
T H E  P R O G R E S S  S O  FA R

G a i l  H i l t o n
C h i l d h o o d  D e m e n t i a 
I n i t i a t i v e ,  A u s t r a l i a

With a masters degree in Development 
Studies and undergraduate degree in 
Biology, Gail has more than 15 years of 
experience in managing projects and 
delivering services within the paediatric, 
adolescent and young adult health sector. 

After many years in the oncology space, 
Gail has been involved with childhood 
dementia as a health issue for three years 
- first at Sanfilippo Children’s Foundation 
and since its inception as Head of 
Programs - Care & Quality of Life at the 
Childhood Dementia Initiative. 

Gail is responsible for all connections 
with families and health and social care 
professionals and is leading a number 
of projects to build the evidence base 
around the needs of families impacted by 
childhood dementia across Australia in 
order to drive improvements in care. 

The  Ch i ldhood Dement ia  I n i t ia t i ve  s ta r ted 
in  November  2020 in  Sydney .  I t  i s  the  f i r s t 
o rgan i sat ion  in  the  wor ld  represent ing  more 
than  70  ra re  genet ic  cond i t ions  that  cause 
dement ia  in  ch i ld ren .  The  o rgan i sat ion  was 
se t  up  by  Megan Donne l l ,  the  fo rmer  Founder 
and  CEO of  Sanf i l ippo  Ch i ld ren ’ s  Foundat ion 
w i th  th ree  majo r  goa l s : 

 � to increase awareness and advocacy,

 � to accelerate therapeutic development 

 � and to improve care and quality of life. 

Ga i l  w i l l  p rov ide  an  overv iew of  ch i ldhood 
dement ia ,  i nc lud ing  the  def in i t ion  and 
s ta t i s t ics .  The  p resentat ion  w i l l  then  exp lo re 
the  goa l s  and  ob ject i ves  o f  the  Ch i ldhood 
Dement ia  I n i t ia t i ve  and  w i l l  l ook  a t  the 
p rogress  o f  the  las t  18  months  s ince  the 
o rgan i sat ion  began .  Ga i l  w i l l  a l so  p rov ide 
a  look  fo rward  and d i scuss  ways  in  wh ich 
fami l ies  and  researchers  can  be  invo l ved  w i th 
p ro jects  now and in  the  fu tu re . 

C O M M U N I T Y 
C O N N E C T I O N S

N O T E S
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Newborn  B loodspot  Screen ing  i s  a  success fu l 
pub l ic  hea l th  p rogram that  has  been  of fe red 
to  a l l  bab ies  i n  Aus t ra l ia  fo r  ove r  50  years .  
Most  cond i t ions  sc reened fo r  a re  ra re 
and  many  peop le  w i l l  never  have  heard  of 
them unt i l  they  rece i ve  a  pos i t i ve  newborn 
sc reen ing  resu l t .

Over  recent  years  po l icy  a t tent ion  has  tu rned 
to  how to  bes t  ensu re  that  th i s  impor tant 
p rogram,  cu r rent l y  imp lemented by  s ta te 
hea l th  sys tems  remains  cu r rent ,  equ i tab le , 
safe  and  cons i s tent .  

Th i s  p resentat ion  w i l l  cover  the  ro le  o f 
newborn  sc reen ing ,  the  impor tance  of 
embedd ing  sc reen ing  in to  essent ia l  care 
and  suppor t  s y s tems  fo r  fami l ies ,  popu la t ion 
sc reen ing  p r inc ip les  and  how researchers 
and  newborn  sc reen ing  spec ia l i s t s  a re 
inves t igat ing  what  ro le  genomics  may  p lay  in 
fu tu re  sc reen ing .

L o u i s e  H e a l y
R a r e  Vo i c e s  A u s t r a l i a , 
A u s t r a l i a

Louise has post-graduate qualifications in 
psychology and has managed a consulting 
business for the past seven years. Her 
connection with rare conditions began 
when her first child was born with a rare 
metabolic disorder. 

Louise has been involved in rare 
disease support and advocacy for over 
10 years and she is the current Vice 
President of the Metabolic Dietary 
Disorders Association (MDDA). She has 
led successful advocacy campaigns 
for access to medicines and support 
programs for people with rare disorders of 
protein metabolism. 

Louise is a previous RVA Board member, 
current member of the Queensland 
Genomics Community Advisory Board and 
a founding board member of the Global 
Association for PKU.

C O M M U N I T Y 
C O N N E C T I O N S

N E W B O R N  B L O O D S P O T 
S C R E E N I N G

N O T E S
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W O R K S H O P
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N AT I O N A L  F R A M E W O R K  F O R  N P - C  C A R E  A N D 
M A N A G E M E N T

l e d  b y  P r o f .  M a r k  W a l t e r f a n g  a n d  D r .  J o y  L e e

B e g i n n i n g  w i t h  a n  o v e r v i e w  o f  w h a t ’ s  c u r r e n t l y 
a v a i l a b l e  i n  A u s t r a l i a  a n d  a c c e s s  t o  t r e a t m e n t ,  t h i s 
s e s s i o n  w i l l  p r i m a r i l y  a i m  t o  c r e a t e  a n  o p p o r t u n i t y 
f o r  f e e d b a c k  f r o m  k e y  s t a k e h o l d e r s ,  p a t i e n t s  a n d 
f a m i l i e s .  T h i s  w i l l  b e  s t e p  o n e  a n d  r e s u l t  i n  s e t t i n g 
t h e  a g e n d a ,  t i m e l i n e  a n d  k e y  p a r a m e t e r s  o f  t h e 
p r o j e c t  m o v i n g  f o r w a r d .
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F R A M E W O R K 
W O R K S H O P
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