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WELCOME
On behalf of the scientists and other staff at Children's 
Medical Research Institute (CMRI), I thank you for your 
generosity and support in 2020. Once again, you have 
kindly taken action to help others.

The past year has been one in which we have seen 
very clearly the benefits of everyone pulling together 
and acting in the interests of the whole community. I 
think we can all feel proud that, when the challenge 
of the COVID-19 pandemic arose, Australians heeded 
the advice of health authorities and took appropriate 
action – sometimes at considerable personal cost – to 
halt the spread of the virus, and protect our front-line 
health workers and the most vulnerable people in our 
community. Australia's achievements are the envy of 
many countries. 

I am also proud of the work our researchers 
accomplished during this challenging time. At CMRI, our 
scientists progressed research to find treatments for 
coronavirus and other related diseases in the future, 
they worked towards transforming cancer diagnosis 
and treatment, and they developed gene therapies for 
serious inherited childhood diseases. None of this work 
stopped in 2020 – on the contrary, much of it accelerated. 

Our ProCan® team demonstrated proof of concept of the 
technology we have developed, and analysed thousands 
of cancer samples. Professor Robyn Jamieson, Head of 
our Eye Genetics Unit, was instrumental in bringing the 
first approved gene therapy for inherited blindness to 
Australia. Professor Ian Alexander, Head of our Gene 
Therapy Unit, was instrumental in Australian infants 
being the first outside of North America to receive gene 
therapy treatments for Spinal Muscular Atrophy (SMA). It 
is an amazing time for gene therapy and exciting to see 
the more than 25 years of research and expertise we 
have built in this field achieving what we always believed 
possible.

Your steadfast belief in medical research and continued 
support has made all this possible. Thank you. Because 
of you, this vital research accelerated in a tumultuous 
year. As a result of your generosity, we are closer than 
ever to finding effective treatments and even cures for 
many children’s genetic diseases. 

I hope you enjoy reading more about the achievements 
you have helped make possible in this Year in Review.

Yours sincerely,

Roger Reddel AO 
Lorimer Dods Professor and Director  
Children’s Medical Research Institute
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“What I’m trying to do is build 
individualised treatments for children 
who have ultra-rare conditions—this is 

where my heart lies.’’

A/Prof Lisowski is Head of the Translational 
Vectorology Unit and Manager of the Vector and 
Genome Engineering Facility at Children’s Medical 
Research Institute. This combination of a vector 
research lab and facility is the only one of its kind 
in Australia and one of only a few in the world.

One of the highlights of the year included 
international acknowledgement by peers for 
his team’s work, which was published in the 
medical journal, Science Translational Medicine. 
Their results challenged one of the foundations 
of the gene therapy field and will help to improve 
strategies for treating serious genetic disorders 
of the liver.

It has been a 
particularly big year 
in the lab of Associate 
Professor Leszek 
Lisowski, but for him 
personally, it is about 
much more than the 
science.

Associate Professor Leszek Lisowski

Jerry was born with an extremely rare condition known as SPG50- 
associated hereditary spastic paraplegia. The progressive condition 
means he will soon lose his hard-won ability to crawl and to walk as his 
legs become more and more stiff and weak. He may never speak, and his 
brain will continue to deteriorate. 

“A/Prof Lisowski’s research focuses on gene-therapy technology, which could deliver the cure for 
this insidious disease by halting the disease process and preventing the faulty gene from further 
damaging Jerry’s brain and body,” Ms Ong said.  

It is work such as this that could  
save the lives of children like three-year-old  
Jerry Ong from Gippsland in Victoria. 

Jerry and 
mum, Bess

His team was also successful in receiving a 
$140,000 grant from the Cure4 Cystic Fibrosis 
Foundation, through the National Foundation 
for Medical Research and Innovation. The work it 
supports aims to develop gene therapy tools for 
the treatment of cystic fibrosis.

A/Prof Lisowski started the year by enlisting the 
support of GE Healthcare in Sweden to work on 
new gene therapies on a global scale.

However, what makes A/Prof Lisowski excited is 
the idea of helping children with rare diseases 
who often “slip through the cracks’’, by providing 
personalised treatments.

A/Prof Lisowski creates microscopic delivery 
vehicles, called vectors, which make gene 
therapies possible. The vectors deliver gene 
therapeutics into patient’s cells affected by 
the disease. The therapy adds a working copy 
or replaces the faulty copy of a gene with a 
functional version.
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Gene therapy aims to cure, not just treat, genetic 
disorders by correcting the mutations.

In the past, his work has been used for genetic 
diseases that impact the hematopoietic 
system (i.e. blood) or the liver, but now he is 
hoping to start a new project working to help 
young patients, such as Jerry, with devastating 
neurological disorders. 

“For genetic diseases of the brain we will need 
to make a vector to deliver a functional copy of 
the defective gene to the patient’s brain,’’ A/Prof 
Lisowski said. “We will make pre-clinical models, 
using organoids (mini human organs), and we are 
very fortunate because CMRI has a cutting-edge 
new stem cell and organoid facility.’’

Organoids are tiny organ-like structures that are 
grown in labs (from skin or blood cells) and can 
be used to test therapies. The team at CMRI will 
use brain organoids to test new therapies before 
trials can begin. 

“While the knowledge and diagnostic 
power around genetic disease has grown 

exponentially, the progress in disease 
prevention and treatment has been 
slower. Gene therapy has the power  

to fill the gap, and to bring real  
benefits to patients."

Gene therapies are relatively new additions 
to the healthcare toolbox but are already 
saving lives by curing previously incurable 
conditions. 

“Infants who would otherwise have 
succumbed to devastating neurological 
disorders are now developing normally 
with the very real prospect of living full and 
healthy lives,” he said. 

“This is an exciting and very rewarding time 
to be a researcher in gene therapy. We are 
hoping to be able to deliver this treatment 
to children within two years. It could even be 
faster.’’

While incredible work is being done around 
the world on truly devastating diseases, 
children like Jerry with rarer conditions are 
often forgotten.

“Most slip through the cracks. To help this 
family really aligns with my own personal 
values. We want to help people that are not 
being helped, to find those who are being 
overlooked.’’

To find out more about how you can support 
Gene therapy research at CMRI, contact us at 
research@cmri.org.au
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Charlize is just one example of the thousands of Australian 
children who will one day benefit from CMRI's research.

Your legacy can make a difference

Thank you for your ongoing 
support- it helps CMRI 
continue to help families like 
Charlize’s to find answers.

Twins Charlize and Isaac were 
diagnosed with a severe 
metabolic disorder called 
Propionic Acidemia, after 
ending up in intensive care not 
long after birth. Because of 
this disease, their little bodies 
couldn’t process protein, which 
meant toxic acids would build 
up in their blood and tissues. 
The condition can cause brain 
damage, stroke and physical 
disabilities. When Charlize went 
into a coma, there was great 
fear she could die. 

Both infants became so ill 
they each required a liver 
transplant. Isaac had his first, 
but unfortunately a month after 
coming home from hospital he 
developed an infection, went 
into septic shock and passed 
away. After hesitating initially, 
the family were faced with the 
incredibly difficult decision to 
put Charlize through the same 
procedure in order to save her 
life. The first transplant for 

Charlize didn’t work and within 
months she required a second 
transplant.

Life has been a constant 
struggle since then, but mum, 
Julie Gravina, says they are 
turning a corner. 

“It is absolutely unbelievable to 
think about where we’ve come 
from,’’ Julie said. “To see her 
eat and drink is an absolute joy. 
She’s able to be the little girl 
she wants to be. Previously, she 
couldn’t play with cousins, she 
couldn’t go to parties, because 
if she picked up a sniffle she’d 
be in hospital. She’s been able 
to go to preschool for the first 
time, she does dance class, 
and she’s loving life. These 
are things I could never have 
imagined for Charlize.’’

Charlize’s liver cells have been 
donated to Children’s Medical 
Research Institute for gene 
therapy research, where in the 
not-too-distant future, one 
injection could replace the need 
for a liver transplant.

“The liver transplant has 
saved her life, but we live 
in fear of rejection, and 

she still has a limited life 
span,” Julie said. “If she 
could have been given 
gene therapy, her life 

span would be normal. 
It may be too late now 

to help Charlize, but let’s 
hope it can help future 

generations.’’

Julie says, “Supporting research 
means so much to our family, 
because Charlize’s life relies 
so heavily on receiving better 
treatments and cures.”

Scientists at Children’s Medical 
Research Institute are working 
to find answers for many 
children’s genetic diseases 
and have already achieved 
world-class excellence in 
cancer research, neurobiology, 
embryology and gene therapy.

Charlize Charlize, Amelia and Isaac
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Struan Lamport, one of our 
special supporters, knows 
only too well that by 
leaving a gift in her Will 
to CMRI, she can leave 
a legacy of love for all 
children.

Giving is in Struan Lamport’s blood.

Her family have been supporters of Children’s 
Medical Research Institute for more than 40 
years, and Struan is ensuring that the legacy 
continues now and into the future. Struan has 
been a donor for 26 years.

It was her father, Norman Keith “Butts’’ Lamport, 
who originally donated to CMRI. The Australian 
rugby player, Rhodes Scholar and engineer felt 
that investing in research was vital. 

“He would say that he wanted all 
children to have that possibility, to  

be able to play football for Australia  
or be a Rhodes Scholar.’’

Many years ago, Struan decided that she would 
also set aside money in her Will to continue the 
family tradition, but then she thought - why not 
donate more now? She was a nurse working 
with premature babies in the 1960s and always 
understood the value of investing in medical 
research. She even worked with CMRI’s founder, 
Sir Lorimer Dods.

“I knew Sir Lorimer,’’ Struan said. “He was always 
Santa at the Christmas parties!’’

As well as working with sick children, Struan also 
understood what they were going through. She 
had a serious illness as a child, which her father 
supported her through.

“I was bed-ridden as a teenager and my father 
taught me to walk again.’’

Struan’s sister Kay, said when she and Struan 
discussed supporting CMRI, they decided that 
now was the time to invest. 

“Struan always wanted her Estate to be left to the 
Institute, but we started to talk about, why not be 
a donor when you’re alive?’’ Kay said. “That way 
you can see the benefits yourself.’’

If you would like to leave a gift in your Will to CMRI 
and would like more information, please contact us 
at bequests@cmri.org.au

Struan Lamport

Professor Roger Reddel, Kay Lamport, Struan Lamport,  
Jennifer Philps, Andrew Kelly (event held pre-COVID-19)
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CMRI welcomes the first gene 
therapy for eye disease 

2020 marked an incredible 
milestone in the career of 
Professor Robyn Jamieson, Head 
of CMRI’s Eye Genetics Research 
Unit and Head of the Western 
Sydney Genetics Program at The 
Children’s Hospital at Westmead. 
It has been 30 years since the 
inception of The Genetic Eye 
Clinic at the hospital, which 
diagnoses debilitating inherited 
diseases of the eye that cause 
blindness in children – 30 years 
of advancements in the field are 
now coming to fruition.

Prof Jamieson was part of a 
team that saw Australia’s first 
gene therapy for inherited 
retinal disease approved 
by the Therapeutic Goods 
Administration. The therapy 
(Luxturna®) is injected under the 
retina and carries a functioning 
gene to replace the faulty one 
which could allow children who 
are going blind to possibly see 
again.

“This is ground-breaking 
news in Australia: the first eye 
gene therapy,’’ Prof Jamieson 
said. “This one is for RPE65-
related retinal vision loss. It is a 
revolutionary change for people 
with genetic retinal disorders 
like retinitis pigmentosa, 
because it provides real hope for 
therapies for this whole group of 
conditions.’’ 

The availability of LUXTURNA® 

for the first time provides a 
treatment for people with 
inherited retinal diseases. 
This heralds a new era in 
transforming the lives of these 
people who otherwise have a life 
of blindness ahead of them. 

Getting to this point in history 
has been a labour of love for  
Prof Jamieson. 

Looking back at 30 years of the 
clinic, one of its biggest successes 
came in 2016 when it achieved 
an Australian first by translating 
research-only genomic testing 
for genetic eye diseases to 
clinical diagnostic testing, 
available for all Australians. This 
meant that patients with genetic 
eye diseases could be offered a 
diagnosis in the clinic. 

“This was an incredibly 
exciting time, to be able to 
provide genetic diagnoses 

where none were 
previously available, and 

to know that this would 
open up the prospect for 

patients to potentially 
benefit from new therapies. 

"What is even more exciting is 
that we are also now working 
with samples from some of 
our patients to improve the 
diagnostic detection rate and 
develop new therapies for some 
of these conditions,” said Prof 
Jamieson.

Your committed support of 
medical research enables Prof 
Robyn Jamieson and her team 
to progress their work into 
finding cures to treat genetic 
eye diseases and vision loss. 
Many children with inherited eye 
disease count on your support 
before their world fades into 
darkness.

Professor Robyn Jamieson
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Genome Integrity Unit records 
major successes

CMRI’s Genome Integrity Unit finished 
2020 on an incredible high after 
having two very high-profile papers 
published in prestigious science 
journals.

One publication in Nature upended 
20 years of thinking on how stem 
cells protect their DNA. They were 
studying structures, called telomere 
loops, which protect the DNA at the 
ends of every chromosome, and Unit 
Head Associate Professor Tony Cesare 
described the outcome as “the most 
surprising result of my career”.

“We now realize that the rules for 
creating telomere loops are entirely 
different in pluripotent stem cells, 
suggesting other cellular rules might 
also be different in these cells. This is 
tremendously exciting for molecular 
biology and opens up a whole new 
way of thinking about immortality in 
stem cells, and invites new research 
into cancer, ageing, embryonic and 
adult development, and regenerative 
medicine.”

Then one week later, a member of  
A/Prof Cesare’s team, Dr Noa Lamm, 
had an equally exciting publication in 
Nature Cell Biology. Her new discovery 
will spark efforts to produce new 
tailored therapies to kill cancer cells.

She also revealed she was inspired to 
become a cancer researcher after her 
mother died of the disease when she 
was a young girl.

“It was extremely hard, 
especially as a kid, to watch the 

person you love and depend 
upon the most, dying – and 

there was nothing you could do 
about it." 

“It’s exciting to now understand 
something that was not known 
before. We are very hopeful this will 
be a big step forward [for cancer 
treatment], because all progress 
starts with basic discovery.’’

Dr Noa Lamm

Associate Professor 
Tony Cesare

Dr Georgia Kafer
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Cancer research – 
ProCan® update

“We also took a gamble at the start of 
the research program that the particular 
approach we were taking to analysing 
proteomes would be suitable for predicting 
treatment outcomes, and we are delighted 
that a large study we are close to completing 
has shown that it is highly suitable,’’ Prof 
Reddel said.

And Dr Qing Zhong, ProCan Cancer Data 
Science Group Leader, has shown how 
analysing proteomic data using machine 
learning is able to predict which drugs the 
individual cancers will respond to.

ProCan is now at a “turning point’’, according 
to ProCan co-founder, Professor Phil 
Robinson.

“We’ve collected reliable data across multiple 
types of cancer and now we just have to put 
the whole thing together. Now that we have 
developed the technology, we are going to 
be answering many more really interesting 
questions from this point forward,’’ Prof 
Robinson said.

“When Roger and I first conceived this 
project, this is what we envisaged. 

We’ve now demonstrated that what we 
conceived can be done. We are looking 
forward to vastly increasing the ProCan 

database by processing thousands 
more cancer samples and answering 

many more clinically important 
questions, and in future, bringing the 

technology into the clinic."

Dr Qing Zhong with researchers Dr Asim Anees 
and Simon Cai

Your support of ProCan® will save lives by 
making cancer diagnosis faster and more 
accurate. 

Since its launch in 2016, the ProCan project 
has achieved many successes. 

A long-term project like ProCan requires 
patience from all involved, which is why the 
progress made on this major cancer project 
during 2020 was so exciting for the entire 
CMRI team and for the families who stand to 
benefit.

The ProCan team's work led to a very 
significant publication in an international 
scientific journal, Nature Communications, 
which demonstrated that the entire concept 
of the research program was not only viable, 
but even more successful than originally 
thought.

ProCan's strategy is to analyse thousands 
of protein molecules in individual cancer 
samples – the proteins collectively are called 
the proteome.

One of the challenges when the project 
started four years ago was to develop 
processes that would make it possible to 
analyse a cancer's proteome within 72 hours 
after receiving the sample, so that the data 
can be made available as rapidly as possible 
to the treating clinician. 

ProCan co-founder and CMRI Director, 
Professor Roger Reddel, said that the 
ProCan team of proteomicists, software 
engineers and data scientists has exceeded 
all expectations by devising methods to 
generate the protein list within only nine 
hours of starting to process a cancer sample.

Prof Reddel said that, up until now, analysing 
100 cancer proteomes was considered a large 
study, whereas ProCan needs to analyse 
tens of thousands of proteomes in order to 
achieve its clinical objectives. He said that 
ProCan's recent publication had shown for 
the first time that analysing proteomes on 
this scale is possible.

10



Ben, 6
Burkitt’s lymphoma

Peter Morris can't wait for these advances to move to the 
clinic. He recalls quite clearly the day his young son Ben 
was diagnosed with cancer but was optimistic that the 
work done up until that day gave them the best chance.

“When a family gets a diagnosis of cancer, when you hear those words 
like we did, ‘your kid has cancer’, there's nothing else you can do. 
There's a binary question in your mind – ‘is my kid going to survive 
or not?’ And the research that has been done five, ten, twenty years 
before, that is the only hope that you have for your kid's survival. 

“So, for us, research is critical. I think one of the defining memories of 
my life now is that moment receiving the diagnosis that Ben had cancer. 
And one of the things I'm most thankful for is the investments that 
other people made before us.’’

Professor Roger Reddel with researchers, Dr Steven Williams and Dr Jennifer Koh
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Supporting  
future generations
Barbara Beynon has been supporting research 
at CMRI for almost 20 years. Since a young 
age, Barbara saw her parents, Aileen and Noel 
Dowling, being actively involved in many ways to 
raise awareness of children’s genetic diseases, as 
well as raising crucial funds for medical research 
to find effective treatments.  

As a young child, Barbara was 
diagnosed with polio. She believes that 

for her parents to have experienced first-
hand what it was like to have a child who 
was so desperately ill motivated them to 

fundraise for medical research. 

She says, “Mum wanted to help in any way 
possible, so as to prevent children from being 
sick with childhood diseases.” 

Her mum, Aileen, was an active member of the 
Vaucluse Committee of CMRI and organised 
many fundraising functions, including the Queen 
Street Fair in Woollahra in the early 1960s that 
continued successfully for many years until the 
late 1970s.

Aileen and Barbara set up the Noel Dowling 
Memorial Fellowship in 2002 after the death of 
Barbara's father. This fellowship supported the 
research of Dr Samantha Ginn, a member of the 
Gene Therapy Unit (a joint venture of CMRI and 
The Children’s Hospital at Westmead). 

Dr Ginn has focussed her research on improving 
gene therapy approaches using DNA as medicine, 
for the treatment of the genetic diseases, like 
X-linked Severe Combined Immunodeficiency 
Disorder (SCID-X1), sometimes referred to as the 
“Boy in the Bubble disease” and more recently, 
the genetic metabolic liver disease, ornithine 
transcarbamylase (OTC) deficiency. These are 
both rare disorders that require either bone 
marrow or liver transplantation for survival, 
respectively. Currently, Dr Ginn is developing 
cutting edge genome editing technology to 
provide safer and more effective treatments for 
infants in the future.

Like her parents, Barbara is a strong advocate for 
medical research and continues to support the 
research at CMRI, certain that enabling the work 
of scientists like Dr Ginn will have a tremendous 
impact on the lives of children with serious 
conditions.

If you wish to support any particular area  
of research at CMRI, please contact us at  
research@cmri.org.au

Dr Samantha Ginn &  
Barbara Beynon

Barbara Beynon
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Sustaining research 
through your 
monthly gifts
The scale of research being 
undertaken at CMRI is truly 
remarkable. We are working 
towards finding new ways 
to understand and treat 
or cure birth defects and 
genetic diseases, like cancer. 
To achieve this, our research 
uses the world’s most 
advanced equipment, and we 
recruit specialists in leading 
technological fields such as 
gene editing and bioinformatics. 
This requires significant 
financial resources and forward 
planning, which is why regular 
monthly donations are so 
crucial and can have such a big 
impact.

A monthly gift to CMRI 
will directly support a 
young scientist, the future 
of medical research, and 
ensure vital research can 
continue uninterrupted to 
find treatments and cures for 
previously incurable genetic 
diseases, including cancers, 
affecting 1 in 20 kids. When 
funding stops, so does the 
research.

One of our amazing supporters, 
Sheena Daly, has been a 
monthly giver since 2009. 
Sheena says, “My reasons for 
supporting medical research 
are very personal—one of my 
four children suffers from a rare 

genetic disease and tragically 
we lost another one of our sons 
when he was only a day old.

“I understand that the 
medical advances we 

take for granted today are 
the result of yesterday’s 
research. I know that 

funding research is the 
way to help the next 

generation of parents and 
children.”

To find out how you can become a 
monthly giver, contact us at  
research@cmri.org.au

Sheena Daly

The Judith Hyam Memorial Trust Fund for Cancer 
Research was established in 1990 in memory of 
Judith Hyam, the Lady Mayoress of Parramatta. 
Judith was also a Councillor and a member of 
the Environment, Planning and Development 
Committee and the Works and Parks Committee, 
and she was a delegate to the Western Sydney 
Organisation of Councils. Judith was a Patron of 
numerous organisations, always giving her time, 
energy and support whenever she could. Judith 
unfortunately passed away in 1990 after a long 
battle with cancer.

Soon after, a group of family and friends got 
together to set up The Judith Hyam Memorial 
Trust Fund for Cancer Research—now in its 30th 
year—to raise funds for cancer research at CMRI. 
A small band of tireless workers continue to raise 
funds from street stalls, concerts, coach trips, 
donations, raffles and their hard work has raised 
over $1.2 million for cancer research. What an 
amazing achievement!

Judith Hyam Memorial Trust  
Fund for Cancer Research

The enthusiasm and energy of this dedicated 
fundraising group has helped CMRI's cancer 
research programs enormously, with the trust 
fund supporting many cancer research students 
at CMRI over the past 30 years.

Kelsy Prest was a recipient of the Judith 
Hyam Scholarship in 2020. Kelsy has recently 
completed her Honours degree in CMRI's Cancer 
Research Unit and is looking forward to starting 
her PhD next year.

The 2021 recipient of the Judith Hyam 
scholarship is Anton Hsu, a PhD student in 
CMRI's Telomere Length Regulation Unit.

Scholarship awardees 
Anton Hsu, Kelsy Prest 
with Diana Mahoney
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Dr Anai Gonzalez 
Cordero

We are happy to share with you an exciting new 
development in Dr Anai Gonzalez Cordero’s quest 
to find an effective therapy for Usher Syndrome.

Italian biotech start-up, Alia Therapeutics, came 
on board in 2020 to partner with CMRI and focus 
on innovative CRISPR gene therapy research for a 
devastating condition which causes children to lose 
both their hearing and their eyesight.

Usher Syndrome is a genetic condition where 
children are born with impaired hearing. As they 
grow older, they experience progressive vision loss. 
There are three types of this condition, and this new 
project will target those with Usher 2A – one of the 
most common forms of the syndrome.

The project will be led by Dr Anai Gonzalez Cordero, 
who heads the Stem Cell Medicine Group at CMRI. 
Dr Cordero moved from University College London to 
Sydney in 2019 to boost stem cell research at CMRI. In 
her lab, she transforms small samples of human skin or 
blood into stem cells and then instructs the stem cells 
to form “mini organs’’ or organoids so that researchers 
can better study the causes of human diseases and 
how to treat them.

Alia Therapeutics approached Dr Cordero because 
of her world-renowned expertise in growing stem 
cells and eye organoids generated from patients with 
Usher2A.

"This technology combined with the 
infrastructure and gene therapy expertise 
at CMRI are crucial for the development 
and success of the project,’’ Dr Cordero said. 
“I’m really confident about this work. We 
also hope to be able to work on more types 
of Usher Syndrome in the future, if we get 
more funding.’’

The future 
looks very 
exciting
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Natalie Mitchell says that every day since her three-
year-old daughter was diagnosed with Usher 2A 
has involved “constant grieving’’. Zarah has already 
experienced hearing loss and they are preparing 
her for vision loss.

“We know what is going to happen, but it's all a waiting game 
as we don't know when or how it will affect our daughter, as 
each case is different. Research is extremely important to our 
family. Without it, we may never have found out what Usher 
Syndrome is or what type our daughter has. Knowing what 
she has through research and genetic testing has helped us by 
preparing for and bettering her future.

“Investing in research not only gives those with Usher 
Syndrome hope, but it also gives hope to their families and 
loved ones. There are so many researchers who dedicate their 
life’s work to finding cures so people of all ages can have the 
best quality of life possible. We can only hope this will be the 
case for our family and many others in our situation.’’

Zarah, 3
Usher Syndrome
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Children’s Medical Research Institute announced 
a new partnership with the University of Sydney 
in 2020 and biopharmaceutical company, 
Biosceptre (BCIQ), to establish a new research 
program on CAR-T cell immunotherapy.

Biosceptre is developing anti-cancer therapies, 
in particular, targeted therapeutics and 
immuno-oncology products targeting most 
types of cancers, with the goal of bringing novel 
treatments to patients suffering from a wide 
range of malignancies.

The new team will be led by Dr Patrick 
Schlegel, a paediatric oncologist and leader in 
CAR-T technology from Tübingen, Germany. 
Using genetic engineering in safe laboratory 
environments, immune cells known as T-cells are 
modified to produce structures called chimeric 
antigen receptors (CARs) on their surface that 
can recognise and attack cancers, providing 
treatment for cancer patients.

Pioneering cancer  
lab comes to CMRI

Dr Schlegel has pioneered the use of the 
CAR-T technology with a novel targeting 
system that has the potential to treat a 

broad range of cancers and will develop 
this technology further in his laboratory 

in Australia.

In a multi-party partnership, Dr Schlegel will have 
appointments at CMRI, at the Cancer Centre for 
Children in The Children’s Hospital at Westmead, 
and as a Professor of The University of Sydney. 
His lab is based at CMRI and began work in 
January 2021.

CMRI’s Executive Director, Professor Roger 
Reddel, said, “We are delighted that Dr Schlegel 
has chosen the Westmead Health Precinct as 
the best environment for his CAR-T research 
program, which is complementary to the gene 
therapy and cancer research programs already 
at CMRI and with research partners in the 
Precinct. The agreement with Biosceptre in 
partnership with University of Sydney and The 
Children's Hospital at Westmead is an important 
component of CMRI's strategy to make new 
therapies developed in the laboratory available 
to patients faster.”

Dr Patrick Schlegel
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Mudgee Committee - Margaret Burns Farewell

Strathfield Committee - Melbourne Cup Event

Northern Beaches Committee - Christmas Pop Up Shop

Quirindi Committee - Christmas stall

CMRI 
Committees 
getting back  
to business
It has been a challenging year for all Children’s 
Medical Research Institute supporters, but 
particularly for our beloved Fundraising 
Committees who for the first time in 60 years 
have not been able to organise events to 
support our research.

A handful of committees were able to hold 
events before much of Australia went into 
lockdown earlier in 2020, but most plans for the 
year were completely cancelled.

It is with relief now, as COVID-19 positive 
cases continue to decline overall, that some 
committees have been able to hold smaller 
events.

On Sydney’s North Shore, Huon Park 
Retirement Village hosted their annual morning 
tea for the residents of the village on 28th 
October. The craft group at the village that has 
been a long-time supporter of CMRI set up a 
stall to raise funds for research.

Strathfield Committee held a Melbourne Cup 
event at the Strathfield Golf Club on Melbourne 
Cup Day which included a sit-down luncheon, 
raffle and a sweep.

Northern Beaches Committee set up their 
annual Christmas Pop Up Shop at the St Ives 
Shopping Village on 9th November selling CMRI 
Christmas cards and other merchandise with all 
proceeds coming to CMRI.

Mudgee Committee hosted a grand farewell 
for long time committee member, Margaret 
Burns, who had been on the committee for 
40 years. The event was attended by many 
members, including many past presidents of 
the committee, as well as new members.

Quirindi Committee raised almost $9,000 in 
profit at their recent Christmas stall. Among 
the items sold were 29 towels, 16 packs of 
Christmas cards, $456 worth of raffle tickets, 62 
bags of shortbread, 36 jars of chutney and 150 
cakes! Quirindi, you are helping make research 
possible!
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For the first time in 27 years, we weren’t able to 
come together in person on Jeans for Genes Day, 
but the Australian community still came together 
and united behind the 1 in 20 children living with 
birth defects and genetic diseases – raising a 
spectacular $500,000 in 48 hours!

Due to the pandemic, volunteers could 
not fundraise in public places in most 

parts of Australia. But that certainly didn’t 
stop our supporters fundraising in their 

own physically-distanced style. Childcare 
centres painted jeans, schools held 

fashion parades, mums baked cakes for 
their neighbours, businesses went blue, 
and a lot of people wore a lot of denim!

When the Jeans for Genes community heard 
that we couldn’t be out selling merchandise and 
collecting donations – they all headed online. 
Supporters all over Australia have together raised 
over $1.3 million.

Children’s Medical Research Institute’s 
Director, Professor Roger Reddel, said he was 
overwhelmed by the support for our scientists.

“Fundraising during the pandemic has been 
tough for all charities,’’ Prof Reddel said. 

 
in the year of the pandemic

“We know how difficult it is for many Australians 
who are living with uncertainty about their 
family’s health and financial future. We did not 
expect to be so overwhelmed with support from 
the community and we are very grateful.’’

Prof Reddel said it was fantastic for the 
researchers, who normally volunteer to fundraise 
at railway stations and on streets on Jeans for 
Genes Day, to see that the community remains 
firmly behind them.

“We would like to thank every single person who 
donned their denim and showed their support 
through advocacy or fundraising.

“I would like to personally acknowledge the 
parents of children living with genetic disease 
who go above and beyond for their families every 
day. Not only do they fight for their children’s 
lives, they also work very hard to educate the 
public about the importance of investing in 
medical research. They also pitch in to fundraise 
for our scientists – who in turn are fighting for 
their kids.

“Once again the Jeans for Genes family has 
shown its rock-solid loyalty to the scientists and 
the vital work being done in the labs at Children’s 
Medical Research Institute.’’
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When Kate New agreed to her son Lachlan becoming one 
of the faces of Jeans for Genes in 2020 she was so excited 
– then the pandemic hit and all her plans changed. But one 
thing that remained the same was the amazing community 
support for kids with genetic diseases.

Lachlan was born with an error in his SCN2A gene. This 
means he lives with autism, hypertonic cerebral palsy and 
global developmental delay. Kate wanted to use Jeans for 
Genes to educate the public about genetic disease, as well 
as fundraise for research.

“Fundraising was definitely a challenge this 
year,’’ she said. “We had big ideas about what we 

wanted to do and felt like we faced roadblocks 
whichever path we chose. Having said that, we 

were blown away that people opened their hearts. 
The generosity that was shown despite the general 

economic conditions was truly phenomenal."

Kate and Lachlan managed to raise an incredible $27,000.

Kate said despite the pandemic, people still connected to 
the cause.

“To be honest, being involved in Jeans for Genes was quite 
difficult for me, but I don’t regret it for a second. It was the 
first time I’d publicly shared Lachy’s story, and it was far 
more emotional than I had anticipated. Having said that, it 
was also far more rewarding than I had anticipated. Aside 
from the money we raised for critical research, the whole 
experience made me aware of how much support there is 
in the general community. This has given me the confidence 
to reach out for help when we need it, and also to advocate 
and stand up for Lachy.’’

Kate New with Lachlan 
and family
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When the Jeans for Genes Gala Ball could not be held in 
June because of the pandemic, we thought about our 
scientists who are constantly innovating and decided to 
do just that – by turning it into our first Virtual Gala!

This meant that all the fun of the Gala could be 
experienced at home by all our supporters.

The night was hosted by ABC Sydney Radio Presenter 
James Valentine, included live bands, an auction, and 
an interview with Professor Phil Robinson about his 
COVID-19 research. There was also a live cross to one 
of the faces of Jeans for Genes, Ben, who had been in 
isolation with his family for three months to protect his 
immune system.

CMRI Director Professor Roger Reddel thanked 
everyone for their support – on behalf of the children 
we are working to help.

“We know that the pandemic will eventually 
be brought under control, and when it is there 
will still be children facing cancer and serious 

inherited diseases. Through no fault of their 
own, these children have to deal with problems 
that are far more difficult than the pandemic is 

to most of us. 

“We gratefully appreciate your support, on behalf of the 
children our research helps, thank you.’’

More than $80,000 was raised and we are grateful to 
our sponsors Linden Electric, Mortgage Choice, Digital 
Realty, Forum Group and Empire Project Management. 

We’d also like to acknowledge the team at Encore Event 
Technologies who made it possible to take the Gala into 
everyone’s lounge rooms!

Jeans for Genes 
Virtual Gala
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During one of the most difficult years we’ve ever 
experienced, thousands of Australians came 
together as a community to defy expectations 
(for the 3rd year in a row) by raising a record-
breaking $7,026,365 to fight kids’ cancer!

Xavier Hirsch (9) is one such incredible rider who 
chose to take part in Great Cycle Challenge for 
the first time in honour of his dad, Graham, who 
is currently battling terminal bowel cancer.

Xavier pledged to ride an impressive 100km and 
started off with a fundraising target of $500. This 
inspiring young boy ended up riding 105 km and 
raised an amazing $6,082.42 to help fight kids’ 
cancer!

Cycling to fight kids' 
cancer breaks records

When asked why he is so passionate about 
raising money for cancer research, he told us, “I 
see every day what cancer does to my dad, kids 
shouldn’t have to go through that.”

Xavier is determined to do all he can for his dad 
and all kids with cancer and through his efforts, 
he has inspired thousands of riders across the 
country to push harder toward their goals and 
show kids’ fighting cancer that no one goes 
through this battle alone.

If you would like to learn more about getting 
involved in events like Great Cycle Challenge or want 
to organise your own fundraiser, please contact 
community@cmri.org.au

Xavier with his dad
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Kylie Kelich ran a half marathon with help from 
her support crew and fellow ‘super mum’, Jess 
Gowans. Kylie took on the 21.1 km challenge for 
her two beautiful kids, Ethan and Addelyn, who 
have a metabolic disorder. Kylie succeeded in 
raising $1,374 for Jeans for Genes.

Peter took part in this year’s Rottnest Channel 
Swim in February 2020 with his friend Eamonn. 

Peter chose to support CMRI-Jeans for Genes 
because his wife and one of his daughters has a 
rare genetic disorder that also caused the loss 
of an unborn child. His hope is that increased 
education and research into these disorders 
can better equip medical professionals and 
subsequently parents to identify and treat these 
diseases.

Peter, together with his friend Eamon raised 
almost $2,000.

Community Fundraising
2020 was a year like no other. Many large community event 
organisers around the country were forced to change, postpone 
or even cancel their events. That didn’t stop our amazingly 
dedicated fundraisers from doing their own thing to support the 
Institute though!

Thank you so much to all our supporters for not letting anything 
stand in your way of making a difference.

Mum runs half marathon for kids Channel swim for kids

Kylie Kelich's kids,  
Addelyn and Ethan

22



Some years ago, Bakous was diagnosed with 
a very rare form of bone cancer in his leg and 
was given a few months to live. The only way for 
him to have any chance of survival was to have 
his leg amputated. The journey this disease has 
taken him on has made Bakous passionate about 
helping find cures for kids’ cancer and especially 
to save their limbs, because he knows the 
physical and mental toll losing a limb can have.

Bakous has taken on a 6-week challenge 
competition alongside able-bodied individuals – 
and so far he’s winning! He is doing this to raise 
awareness and funds for CMRI-Jeans for Genes 
and managed to raise over $10,000 within 24 
hours of signing up and has now raised more 
than $55,000.

Earlier in 2020, Marika and William were excited to 
learn they were expecting a beautiful baby girl. But 
at their 20-week ultrasound, they found a number 
of abnormalities, including a neural tube defect. 
The results of their amniocentesis indicated Daisy 
had an incredibly rare genetic disorder from a 
terminal deletion of chromosome 7.

It was after taking in all the information available 
about this condition, they had to make an 
incredibly difficult decision in the best interest 
of their daughter’s quality of life after birth. Two 
weeks later, on the 30th October 2020, under the 
most heartbreaking circumstances, Daisy was 
delivered.

In the hopes that further research can one day give 
families like theirs more options, Marika took on 
a 5km swim in memory of her beautiful daughter 
Daisy on her due date – Saturday 6th February 
2021. Marika has raised over $20,000 already.

Bakous Makari For Daisy

Earle Page College Run

Are you up for the challenge to give hope to families facing children’s genetic diseases? 
Reach out on 02 8865 2864 or email community@cmri.org.au.
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Lara, Year 9 student
Lara Granelli is a typical teenager with an 
ambition and spark for giving back to the 
community. Inspired by her grandma, Diana 
Mahony, President of the Judith Hyam Memorial 
Trust Fund for Cancer Research, Lara started 
volunteering when she was only 7 years old. 
From assisting grandma to prepare for various 
fundraising events, making signs for raffle prizes 
and flyers, or helping at the charity fashion 
parade fundraisers, Lara has always felt a sense 
of purpose and meaning, knowing that she is 
helping others. 

Very recently Lara volunteered her time as part 
of her Duke of Edinburgh program at her school, 
Loreto Normanhurst. Lara packed approximately 
5,000 Christmas cards for CMRI. Lara and her 
brother Daniel have also participated in the Great 
Cycle Challenge in recent years, raising over 
$2,000 to fight kids’ cancer. 

She says, “No matter how small or big the task, 
knowing that I am helping others in some way 
makes me happy.” 

Meet some  
of our 
wonderful 
volunteers  
in 2020

Rudolf Steinlein
Rudolf and Elizabeth Steinlein have been long 
time CMRI supporters. When Rudolf retired 
from his job as a teacher in Commercial Cooking 
at TAFE, he turned to his lifelong interest in 
computing, that he had also taught. Since 2015, 
Rudolf has been volunteering his computing skills 
at CMRI. Every Wednesday, we see Rudolf at his 
desk working in the Trusts & Foundations team. 

Rudolf’s job has been to research and identify 
suitable grant opportunities for the scientists 
to review and make grant applications. 
These were then recorded and stored on 
Excel spreadsheets. Rudolf came up with the 
suggestion to create a user-friendly database 
to store all the information. He then went on 
to create this database that currently stores all 
grant opportunities. This has enabled CMRI staff 
to easily access, track and report on the grants. 
During the pandemic, Rudolf has continued to 
volunteer from home. 

Rudolf is a keen runner and has fundraised for 
CMRI at all his running events. This year, as the 
Gold Coast Half Marathon was cancelled, he 
ran the 21.1 km in his local area, raising over 
$1,300 for CMRI. He completed the run in 2:34:04 
hours—26 minutes faster than his goal of 3 
hours. 

Rudolf says, “I enjoy coming into CMRI every 
Wednesday and meeting people here; the work 
here keeps my mind alert, and it is rewarding to 
see my contribution making a positive impact to 
others.”
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Arriving in Australia from China to study a Master 
of Accounting at the University of Tasmania in 
2017, Cheryl was new to the country, its culture, 
and people. Cheryl soon started looking for 
opportunities to meet new people, and improve 
her interpersonal and communication skills to 
enrich her life in a new country. In 2018, Cheryl 
volunteered for Jeans for Genes for the first time 
as a team member. At first, she had to encourage 
herself to talk to strangers, but soon, she felt 
comfortable talking to people to raise awareness 
about children’s genetic diseases as well as raise 
funds for medical research. 

Cheryl says, “I enjoyed my day 
volunteering for Jeans for Genes and 

soon realised that it wasn’t as tough as I 
thought it would be. I made new friends 

and had so much fun.”

The following year, Cheryl stepped up to become 
the location leader at Elizabeth Street in Hobart. 
She challenged herself to take on additional 
responsibilities that included being responsible 
for everything on the site as well as coaching and 
supporting her team members. 

COVID restrictions in 2020 forced CMRI to pull 
back on locations in Sydney and Melbourne. 
Fortunately, we could still have a site at Hobart, 
and Cheryl kindly stepped in to be location 
leader again. After some initial nervousness 
about recruiting team members and wondering 
whether people would come out on the day, 
Cheryl and her team had a very successful day. 
Cheryl was very careful in following all COVID-19 
safety procedures and the team ended up having 
a wonderful time.

Cheryl says, “Volunteering for Jeans for Genes 
has now become a habit. The whole experience 
has taught me so much, and I just love it. I really 
look forward to volunteering for Jeans for Genes 
every year.” 

Thank you, Cheryl. We love having you on Team 
CMRI-Jeans for Genes.

If you would like to find out more information about 
how you or your organisation/school can volunteer 
for Children’s Medical Research Institute-Jeans for 
Genes, please contact us at research@cmri.org.au

Cheryl Chen,  
Jeans for Genes volunteer
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Areas of Research Expenditure

45% - Cancer

5% - Embryology

21% - Genomics & 
Gene Therapy

9% - Neurobiology

20% - Research 
Facilities**

83c from every 
dollar spent goes 

to research

2019 
FINANCIAL 
SUMMARY

2019 Sources of Revenue

2019 Types of Expenditure

10%  - $4.1m 
 Fundraising

7% - $2.8m 
Administration

83% - $32.8m 
Research

35% - $15.2m  
Fundraising incl Building 
Redevelopment

21%  - $9.1m Investment 
Return*

44% - $19.3m Research

* Total Investment Return includes dividend distribution, profit/loss on redemption and comprehensive income/loss on available-for-sale 
financial assets and impairment

** Research Facilities support all research areas.

The above numbers have been extracted from the Audited Financial Statements of CMRI for the relevant periods (2019 calendar year).  
The full audited financial statements are available at: www.CMRIJeansForGenes.org.au/reports-and-statements

Charlize, 5
Propionic Acidemia
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THANK YOU 
A huge ‘thank you’ to all our 
supporters around Australia 
and beyond for the important 
part you play in helping us 
to beat children’s genetic 
diseases. 

Spread the word—there are so many ways  
in which you and your friends and family can  
get involved and make a difference:

• Make a financial gift and directly support our 
life-saving research

• Leave a gift in your Will to create a lasting 
legacy

• Become a corporate partner
• Attend an event or host your own to  

support CMRI

To find out more:
Visit: CMRIJeansForGenes.org.au/get-involved
Email: research@cmri.org.au
Freecall: 1800 436 437

Briella, 6

Diastrophic Dysplasia
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Children’s Medical Research Institute:

Postal: Locked Bag 2023,  
Wentworthville NSW 2145 Australia
Freecall: 1800 436 437 
Email: research@cmri.org.au
CMRIJeansforGenes.org.au

1 in 20 kids face a birth  
defect or genetic disease. 

Thank you for fighting  
alongside them.

We look forward to even  
more successes in 2021  

thanks to your help.

ABN 47 002 684 737


