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1. What is core copy?
	Core copy helps you communicate about Action with your various audiences.

When communicating about our work we should aim to:

· Make clear our determination to save and change the lives of babies and children through medical research.
· Emphasise our track record in helping to fund great research which has led to some amazing medical breakthroughs for sick babies and children.
· Convey the hope that medical research brings of saving and changing children’s lives – and do this responsibly (by making sure that we are not overstating the benefits of the research or implying that we are carrying out the research or providing care for children).
· Show that we care about babies, children and young people of all ages – the life-threatening conditions that affect sick and vulnerable babies, the challenges faced by children with disabilities on a day-to-day basis, and the devastating effects of rare diseases that together affect many children.
· Emphasise our breadth, flexibility and expertise which means we can respond to children’s health needs and take advantage of new discoveries and technologies.
· Be clear, talking about complex conditions in an accessible way, focusing on the problems we are trying to solve and the potential benefits for children. 

· Be bold in asking for more help and additional funds, while grateful for existing support.
· Show we are energetic, passionate and determined to make a difference. Our track record and research excellence mean that we are confident about our abilities and positive about achieving future medical breakthroughs to transform the lives of babies, children, young people and their families. 
· Be emotive and aspirational but accurate. Our communications should be personal, warm, emotionally engaging and reflect our compassion and concern for the health of babies and children and the benefit our work can have on their lives. People relate to people so where possible we should refer to individual examples using our real stories (case study families).



2. Describing Action and how we make a difference
Here are short and simple ways to describe the difference Action is trying to make and how we do this. See also the ‘Why support us?’ section and Appendix 1. 
If you need to shorten our name Action Medical Research, use Action (once you’ve already introduced our full name). Never use AMR as this doesn’t help to explain what we do and can be confused with the AMRC – the membership organisation of leading medical and health research charities in the UK and of which we are a founder member.

You can also use Action Medical Research for children.

· Action Medical Research is/ We are the leading UK-wide charity saving and changing children’s lives through medical research.
	If it helps here are some other versions you can use:


· Action Medical Research is/We are the leading UK-wide charity funding vital research to help sick and disabled babies, children and young people.
· Action Medical Research is/We are a UK-wide charity funding vital research to help sick and disabled babies and children. 

· Action Medical Research is/We are a UK-wide charity funding vital research to help sick and vulnerable babies and children.

· Action Medical Research is/We are a UK-wide charity funding vital research to help babies and children.
· Action Medical Research is/We are a community of parents, researchers and passionate individuals who are committed to fighting for children’s lives through funding groundbreaking research to help find answers. 
· Action Medical Research is/We are a UK-wide charity fighting for little lives through funding research to help sick babies and children.

· Action Medical Research for children is/We are a UK-wide charity fighting for little lives through funding research.

	You can also use:


· Children’s charity Action Medical Research.

· Action Medical Research for children.

· Action Medical Research is/We are the leading UK children’s medical research charity.
To describe our mission use one of the following:
a) Action Medical Research is/We are a UK-wide charity funding vital research to help sick babies and children. 
We’re on a mission to save and change children’s lives through medical research, developing treatments, vaccinations and cures.
b) Action Medical Research is a community of parents, researchers and passionate individuals who are committed to fighting for children’s lives.
Together we fund groundbreaking research to help find answers. Answers that can lead to cures, treatments and medical breakthroughs. Answers that save lives.
c) Action Medical Research is/We are a UK-wide charity saving and changing children’s lives through medical research. 
We fund a broad range of cutting-edge medical research most likely to deliver real benefit in pregnancy and to babies, children and young people. 
d) Action Medical Research is/We are a UK-wide charity saving and changing children’s lives through medical research. 
We fund a broad range of cutting-edge medical research most likely to deliver real benefit to babies, children and young people. With the help of our supporters, we raise funds to make vital research possible.
We want to make a difference in premature birth, pregnancy complications and treating sick and vulnerable babies, as well as in preventing infections and helping children affected by disabilities, disabling conditions and rare diseases.
e) Action Medical Research is/We are a UK-wide charity saving and changing children’s lives through medical research.
We want to make a difference in:

· tackling premature birth and treating sick and vulnerable babies

· helping children affected by disability, disabling conditions and infections

· targeting rare diseases that together severely affect many forgotten children.
We do this by: 

· finding and funding cutting-edge medical research across the UK most likely to deliver real benefit to babies, children and young people

· assessing the impact of the research we fund and sharing the results

· raising funds to make this vital research possible.

3. Key messages

Use these to help talk or write about the urgent need for support. You can also use our Born Too Soon campaign messages or Fight for little lives key messages if more suited to your audience, available in the Communications section on the intranet https://information.action.org.uk/node/13 
· Today in the UK, there are hundreds of thousands of sick and disabled babies, children and young people who need your help.
· At Action we fund desperately needed research to tackle the diseases that devastate the lives of so many of our children.
· With your help we can save and change children’s lives.
These can be used with the real story examples as below.
Today in the UK, there are hundreds of thousands of sick and disabled children who need your help. Children like {then choose one or a few from the following}
· Emma, delivered by emergency caesarean section at 28 weeks weighing just 1lb 13oz after her mum developed life threatening pregnancy complications

· Finley who has experienced hearing, sight and breathing problems due to a rare condition affecting his skull and jaw, and has endured 25 operations 

· Freya, born extremely prematurely weighing just 2lb 4oz, who spent her first nine weeks of life in hospital fighting infections and needing round the clock care

· Isla, who suffers extreme pain in her legs and faces life as a wheelchair user due to rare disease Charcot-Marie-Tooth

· Tiny twins Lucy and Olivia, born at 25 weeks and five days weighing just 1lb 12oz and 1lb 9oz, whose early months were fraught with breathing difficulties and infections

· Little Jack, born extremely prematurely, who survived a deadly bowel infection but now lives with chronic lung disease 

· Young Tom who has quadriplegic cerebral palsy, leaving him severely physically disabled

· Emily, born six weeks early after her mum developed pre-eclampsia, a leading cause of death and illness in mothers and babies

· Kai, who suffers from the serious lung disease primary ciliary dyskinesia and endures a gruelling daily routine of medicines and physiotherapy

· Ioan who has Tourette syndrome and struggles to suppress his tics and habits

· Twins Toby and Corey and little sister Izzy who all have the rare, cruel and fatal condition juvenile Batten disease

· Twins Sam and Josh who have autism spectrum condition and developmental coordination disorder, a condition affecting their movement and balance

· Young Joey who was diagnosed with brain cancer aged four and underwent surgery, chemotherapy and radiotherapy

· Francesco, who at age four stopped talking and understanding speech and was diagnosed with the rare brain condition Landau Kleffner syndrome

· Noah, who age three started to have seizures and lost the ability to talk and was finally diagnosed with the rare brain condition Landau Kleffner syndrome

· Little Samuel, born two and half months early weighing less than 4lbs

· Tom who has Duchenne muscular dystrophy, a rare and fatal condition that causes muscle weakness and a relentless deterioration in physical abilities 

· Sullivan, who has asthma and who at four months old suffered from his first attack of severe wheezing and had difficulty breathing

· Caiden, whose life was saved thanks to fetal MRI scanning techniques, helped by funding from Action

· Alfie, who has severe cerebral palsy as a result of brain damage at birth; he is unable to speak and will be a wheelchair user for life
· Little Aiden who was treated with cooling therapy to help prevent brain damage, after complications at birth led to a shortage of oxygen

Through medical research Action/we can help save and change the lives of children like these, but we urgently need your support. 
4. Fast facts
Facts about Action Medical Research
1. We have over £11m invested in the work of more than 260 top researchers, working on over 65 projects across the UK.

2. For more than 65 years we’ve been saving and changing lives through medical research and have spent over £120m (c£318m in today’s terms), funding some amazing breakthroughs. 
3. For 45 years, Action Medical Research has funded 177 Research Training Fellowships at a total value of over £13 million. 

Facts about conditions
You can use these facts individually or as small groups. You can use the figures with or without the corresponding ‘help’ sentence depending on the context.

1. More than 61,000 babies are born prematurely every year in the UK – that’s around one in 13 – yet we still don’t know what causes it or how to prevent it happening. 
Help us find the causes of premature birth and develop new treatments.
2. Tragically, more than 1,000 babies die in the UK each year after being born too soon.
Support us to develop urgently needed treatments to help save babies’ lives.
3. Tragically, each year around 3,000 babies in the UK die before their first birthday and premature birth is the single biggest cause. 
Support us to develop urgently needed treatments to help save babies’ lives.

4. Every day 270 babies are admitted to neonatal care as a result of a difficult birth.
Help us fund vital projects to help save babies’ lives.

5. Around 95,000 babies spend a few days or more in neonatal units each year in the UK. Many depend on life-saving medicines. 
Help us find the causes of early labour and develop new treatments.
6. Experts think hundreds of babies develop a serious bowel problem called necrotising enterocolitis (NEC) each year in the UK. Babies with NEC need urgent treatment, often involving emergency surgery and sadly many lose their lives.
Support us to fund research to help babies with necrotising enterocolitis.
7. More than 3,200 babies are stillborn each year in the UK. That’s around nine every day.
Help us fund research to investigate the causes of stillbirth to give more parents an explanation for their loss.
8. Around 2,000 babies in the UK are diagnosed with cerebral palsy every year. Children with cerebral palsy have difficulty controlling their muscles and movement and can face a lifetime of challenges.
Help us in the search for new treatments to improve quality of life for children affected by disability. 

9. Every year in the UK around 400 children are diagnosed with brain cancer. Sadly around one in four loses their life within five years, making brain tumours the most deadly of all childhood cancers.
Help us develop treatments for children with brain cancer.
10. Every year in the UK around 230 children will die from cancer.
Help us develop treatments for children with cancer.
11. Around 100 children are diagnosed with a cancer called neuroblastoma each year in the UK. Most are young – less than five years old. Although treatment often proves life-saving, it has side effects and doesn’t always work. Sadly, around a third of children lose their lives within five years of being diagnosed.
Help us improve treatments for children with neuroblastoma.

12. Around 1.1 million children in the UK have asthma and around 17 per cent have difficulty breathing and frequent asthma attacks.
Help us develop new treatments to improve the lives of children living with/suffering from asthma.
13. Estimates suggest more than 77,500 babies, children and young people under 19 years old suffer from epilepsy in the UK.
Help us understand the causes and improve current treatments to change children’s lives.

14. Around 300 newborn babies in the UK each year are affected by bacterial meningitis in the first month of life and between 10 and 12 per cent of these babies are likely to die. 
Help us fund research to protect babies from meningitis.
15. Evidence suggests at least one in 100 children in the UK has an autism spectrum condition.
Help us develop new ways to diagnose autism.
16. Around one in 20 children in the UK has attention deficit hyperactivity disorder (ADHD). Children with ADHD tend to be hyperactive and impulsive, and have a short attention span, meaning they’re easily distracted. 
Support us to help fund research for children with ADHD.
17. Over 4,000 children in the UK are living with an inherited condition called cystic fibrosis. CF is the UK's commonest life-threatening inherited disease, mainly affecting the lungs and digestive system. 
Help us improve the lives of babies, children and young people with this condition.
Our successes facts

Here are some of the successes we have helped make possible with our supporters’ help. You can find more successes and detail in our Successes Handbook on the intranet.
The charity was originally founded in 1952 by Duncan Guthrie, who made it his mission to raise funds to find a cure for polio, a condition that affected the lives of many thousands of children including his own daughter Janet. His mission was realised when within 10 years, the first UK polio vaccines were introduced. Since then the charity has supported some of the most significant medical breakthroughs in recent history – breakthroughs that have helped save thousands of children’s lives and changed many more.
Breakthroughs – helping more babies by:

· Helping introduce ultrasound scanning in pregnancy.
· Discovering the importance of taking folic acid before and during pregnancy to prevent spina bifida.
· Developing an infra-red scanner to help minimise the risk of brain damage in babies.
· Pioneering a unique portable fetal heart rate monitor to make pregnancy safer for babies at risk.

· Contributing to the development of groundbreaking cooling therapy to prevent brain damage in newborn babies deprived of oxygen at birth, reducing the risk of death and severe disability (now being adopted in UK hospitals).
· Helping develop routine screening for congenital hypothyroidism (CHT – a thyroid disorder in newborn babies) which was introduced in the early 1980s for all newborn babies across the UK.
· Funding research which led to new advice for pregnant women to go to sleep on their side, rather than their back, in the third trimester of pregnancy to reduce stillbirth, helping to save around 130 babies a year in the UK.

Breakthroughs – supporting children with disabilities by: 

· Developing a revolutionary growing prosthesis – artificial limb bone – for children whose bones have been destroyed by tumours.
· Creating the award-winning adjustable Matrix Seating System to help support physically disabled children as they grow.
· Devising the Paediatric Pain Profile to help parents and health professionals to assess and relieve pain in severely disabled children.

Breakthroughs – protecting children from infections by:

· Helping develop the first polio vaccines in the UK.

· Supporting the lead researcher whose team helped establish a vaccine for Hib meningitis which is now a routine immunisation.
· Testing the early rubella vaccine – which became part of the MMR vaccine.

Breakthroughs – finding the causes of rare diseases by:

· Finding a number of genetic changes that cause blindness in children as well as developing a test to help explain the causes of specific eyesight problems.
· Identifying the genes responsible for rare and devastating conditions such as, Von Hippel-Lindau disease – which causes tumours to grow on many parts of the body, Van der Woude syndrome, a form of cleft lip and palate, and for the hereditary skin condition incontinentia pigmenti – which causes severe blistering of the skin.
· Discovering the genes that are linked to infantile epilepsy (also known as West’s syndrome) which causes a loss of muscle strength, sight and hearing.
· Identifying seven new genes which cause Jeune syndrome (a rare inherited and life-threatening condition) which can help families and doctors to better manage the treatment and care of babies and children affected by the condition.
5. Shopping list
Here are some examples of what can be funded with different donation values. You can use these to provide examples to supporters of what their donation will help fund. 

£10 can fund essential laboratory items such as pipettes and cell culture media used in research which could help develop a new test to identify women at risk of giving birth too soon.
£15 can fund an hour of a research nurse’s time.

£20 can fund an eye test to help discover why children with the rare condition neurofibromatosis type 1 are prone to developing ADHD and autism spectrum conditions.

£50 can help test gene therapy agents for the prevention of infection-related preterm birth and subsequent brain injury in new born babies.
£75 can help fund a researcher for a day to help understand brain development and injury in children who have had surgery for congenital heart disease
£100 can fund a researcher for a day to improve treatments for babies starved of oxygen at birth.

£200 can fund electron microscope equipment to help find new treatments for Pseudomonas aeruginosa lung infections in children who have cystic fibrosis.
£280 can fund a pioneering research project for a day.
6. Why support us?
Here is copy to use in fundraising materials to encourage people to support us. We also have our Born Too Soon campaign messages and Fight for Little Lives Call to Action messages and copy which you can use – please see the Communications section on the intranet https://information.action.org.uk/node/13 
Option one

Action Medical Research is/We are a UK-wide charity funding vital research to help sick and disabled babies and children. We have been funding medical breakthroughs since we began more than 65 years ago and have helped to beat polio in the UK, fight meningitis, prevent stillbirths and develop ultrasound scanning in pregnancy.
But although there’s been lots of progress in medicine today there are hundreds of thousands of sick and disabled babies and children in the UK who need our help. 
Like Sophia born 14 weeks early weighing 2lbs 5oz, Tom who has severe cerebral palsy and twins Toby and Corey and sister Izzy who all have the rare fatal condition juvenile Batten disease. {Or you can use other real stories as on page 5}
We’re on a mission to save and change the lives of children like these through medical research, developing treatments, vaccinations and cures.
Children depend on Action Medical Research. We depend on you. Please help us fund more research taking small steps, making big breakthroughs.

Option two
Action Medical Research is/We are a UK-wide charity funding vital research to help sick and disabled babies and children. We have been funding medical breakthroughs since we began more than 65 years ago and have helped to beat polio in the UK, fight meningitis, prevent stillbirths and develop ultrasound scanning in pregnancy.
But although there’s been lots of progress in medicine, tragically there are still some children who won’t survive.
Like the two hundred and thirty children who die from cancer each year in the UK and the one thousand premature babies who don’t survive.
We’re on a mission to save and change children’s lives through medical research, developing treatments, vaccinations and cures.
These children and families need your help. They need medical research to find answers and give them hope.
Children depend on Action Medical Research. We depend on you. Please help us fund more research taking small steps, making big breakthroughs.

Option three
Action Medical Research is/We are a UK-wide charity funding vital research to help sick and disabled babies and children. We have been funding medical breakthroughs since we began in 1952 and almost everyone has been touched in some way by our groundbreaking work like the first polio vaccines in the UK, ultrasound in pregnancy and the rubella vaccine. The research we have funded has helped save thousands of children’s lives and changed many more.
Every [choose from the following: pound raised/step walked/step run/mile you pedal] will support studies that could one day help children like Sophia born 14 weeks early weighing 2lbs 5oz, Tom who has severe cerebral palsy and twins Toby and Corey and sister Izzy who all have the rare fatal condition juvenile Batten disease. 

{Or you can use other case studies as on page 5}
With your support we can fund life-changing research for some of the UK’s sickest babies and children. 
Option four
Despite enormous progress in medicine, all around the UK today there are hundreds of thousands of sick and disabled children who need your help. Research is the key to saving many of these children from a lifetime of suffering. 
Children like Sophia born 14 weeks early weighing 2lbs 5oz, Tom who has severe cerebral palsy and twins Toby and Corey and sister Izzy who all have the rare fatal condition juvenile Batten disease. {Or you can use other case studies as on page 5}
We’re here to help save and change the lives of children like these but can only do this with your support. 

We’ve been saving and changing lives through medical research for more than 65 years and have spent over £120m, funding some amazing breakthroughs including:

· Helping introduce the first polio vaccines in the UK.
· Discovering the importance of taking folic acid before and during pregnancy to prevent spina bifida.
· Developing the use of ultrasound technology in pregnancy.
· Creating the Matrix Seating System to help support physically disabled children as they grow.
· Testing the rubella vaccine.

· Pioneering a unique portable fetal heart rate monitor. 
· Contributing to the development of groundbreaking cooling therapy to prevent brain damage in babies.
· Funding research which led to new advice for pregnant women to go to sleep on their side, rather than their back, in the third trimester of pregnancy to reduce stillbirth, helping to save around 130 babies a year in the UK.

We couldn’t have done this without you but there is still so much to do.

Will you help us reach the next breakthrough and change more children’s lives?/Will you be part of the next breakthrough and help change more children’s lives?
Option five
Despite enormous progress in medicine, all around the UK today there are hundreds of thousands of sick and disabled children who need your help. {you could insert: Children like and then list one of more from the case studies on page 5 and then after this first paragraph use the third paragraph starting with Right now…} Research is the key to saving many of these children from a lifetime of suffering. Yet surprisingly, medical research into conditions that devastate children’s lives is underfunded.

With you/Together, we can help children like these.

Or an alternative:

With you/Together, we can offer hope to the many thousands of families across the UK who are dealing with the trauma of a baby born too early, striving to support a child affected by disability, or facing the challenge of caring for a child with a rare and devastating disease for which there is no cure.
Right now we have some of the best medical minds in children’s hospitals and universities across the UK ready and waiting to start research that could lead to the next life-changing treatments for babies and children. They just need the funding. 
Will you help? Just one breakthrough, however small, can mean the world.
Option six
Despite enormous progress in medicine, all around the UK today there are hundreds of thousands of sick and disabled children who need your help. Children like Sophia born 14 weeks early weighing 2lbs 5oz, Tom who has severe cerebral palsy and twins Toby and Corey and sister Izzy who all have the rare fatal condition juvenile Batten disease. {Or you can use other case studies as on page 5} Research is the key to saving many of these children from a lifetime of suffering.
By raising as much as you can on the {insert relevant FR event/activity as appropriate} you will be helping children like these. 
Or an alternative:
By raising as much as you can on the {insert relevant FR event/activity as appropriate} you will be helping to find ways to tackle premature birth, support children facing a lifetime of challenges caused by disabilities and develop treatments for rare and incurable diseases. 

Unlike some research charities we rely almost entirely on donations from people like you, so we can only fund new medical breakthroughs with your help. 

Will you help us unlock the answers and make a world of difference for sick babies and children?
Option seven
More than 61,000 babies are born prematurely every year in the UK, yet doctors still don’t know what causes it or how to prevent it. With your support we can help to change this.
Or an alternative:

With your support we can tackle premature birth, pregnancy complications and develop treatments for sick and vulnerable babies. 
Around 2,000 babies in the UK are diagnosed with cerebral palsy every year. Your support will help children facing a lifetime of challenges caused by disabilities, like cerebral palsy, or conditions like heart disease and epilepsy. 

We know that babies and children are vulnerable to infections. Meningitis can kill within hours and newborn babies are particularly at risk. Many of those who survive, can face devastating challenges like hearing loss, epilepsy, cerebral palsy or losing a limb. With your support we can help wipe out deadly infections in babies and children like meningitis.

Thousands of families across the UK are dealing with the devastating fact that their child has a rare disease for which there is no cure. You will bring hope to these families by funding research to help develop treatments for rare diseases. 

Will you take Action and help change children’s lives?/Take Action and help change children’s lives. 
Option eight
We’re on a mission to save and change children’s lives through medical research, developing treatments, vaccinations and cures. 
While the diseases and the science may be complex, the solution is simple. Raise as much as you can and help change children’s lives.
Or

We’re on a mission to save and change children’s lives through medical research, developing treatments, vaccinations and cures. 
Please help change children’s lives.
Option nine
The work of Action Medical Research, the charity that Duncan Guthrie founded over 65 years ago, is still driven by his belief – that the diseases that devastate the lives of so many of our children can be beaten. Today we continue to tackle the challenges disease and disability present by funding some of the best medical research in the world. Thanks to advances in science and medicine the prospects for finding cures or new treatments are better than ever. 
Please help change children’s lives.
 Legacy support 
Here are some messages to encourage people to leave a gift in their will. 

Your gift to Action 

A gift in your will could unlock a future medical breakthrough, hold the key to a cure or treatment for a childhood illness, or simply make day-to-day life easier for children suffering illness or living with a disability.

We know your family comes first and we are extremely grateful for every single gift left to us in a will. Every gift helps us fund more vital medical research, whatever its size. 

Your gift could be all or part of the remainder of your estate, a fixed sum of money or even an item like shares, a piece of jewellery or a painting.
Please don’t think that a gift in your will has to be large to make a difference.  It costs an average of just £280 to fund a day’s research. A typical Action research grant currently costs around £170,000. 
The importance of legacy gifts  

For more than 65 years donations and gifts in wills have played a vital part in enabling us to fund thousands of projects and over £120 million of medical research.  As proud as we are of our achievements to date, we need also to look forward and tackle the diseases that still devastate the lives of children. 

We know that medical research can save and change children’s lives, yet medical research into conditions that affect children is underfunded in the UK and Action Medical Research has a vital role to play in filling this funding gap. Gifts in wills are essential to our ability to continue to fund first-class medical research.

Despite making grants of around £3 million each year, we still cannot fund all the research recommended by our scientific advisory panel. We currently can only afford to fund around half of the children’s research that we want to simply because of a lack of funds; research which could well deliver new treatments or cures for sick babies and children.
We have ambitious plans for the future, and by leaving a gift in your will you can play a very real part in our achievements. In the next 10 years we hope to invest a further £25m in research, with the potential to deliver important medical breakthroughs. A gift in your will to Action could achieve something very special such as immunisation against life-threatening diseases, improved screening tests and preventative treatments for preterm birth or a breakthrough in the expanding field of genetic research.
Short legacy ask

We are determined to save and change more young lives in years to come by funding medical advances. But if we are to do this we need more people to consider pledging to leave a gift in their will today. When the time is right for you, please consider supporting Action Medical Research and play a part in changing the world for sick babies and children for generations to come.

7. Thank you for supporting us

	Here is copy to use in fundraising materials to thank existing supporters. Please make sure that you vary the option you choose when communicating with supporters.


Option one
We’ve been funding medical breakthroughs since we began in 1952 and have spent more than £120m on research that has helped save thousands of children’s lives and changed many more. Thanks to people like you we can help find ways to tackle premature birth, support children facing a lifetime of challenges caused by disabilities and develop treatments for rare and incurable diseases. 
Thank you for doing so much to save and change children’s lives.
Option two
Action Medical Research would/We’d like to say thank you for supporting us as we continue to find and fund the very best medical research to save and change children’s lives. Unlike some research charities we rely almost entirely on donations and can only fund new medical breakthroughs with your support. Your generosity helps make a difference for sick and vulnerable babies, children affected by disabilities and those with infections and rare diseases.

Thank you for doing so much to save and change children’s lives.
Option three
Action Medical Research would/We’d like to say thank you for supporting us as we continue to find and fund the very best medical research to save and change children’s lives. Unlike some research charities we rely almost entirely on donations and can only fund new medical breakthroughs with your help.  
Your help means we can offer hope to the many thousands of families across the UK who are dealing with the trauma of a baby born too early, striving to support a child affected by disability, or facing the challenge of caring for a child with a rare and devastating disease for which there is no cure.

Thank you for doing so much to save and change children’s lives.

Option four
Action Medical Research would/We’d like to say thank you for supporting us as we continue to find and fund the very best medical research to help save and change children’s lives. It is only with you that we can make a difference to the lives of children like Sophia born 14 weeks early weighing 2lbs 5oz, Tom who has severe cerebral palsy and twins Toby and Corey and sister Izzy who all have the rare fatal condition juvenile Batten disease. {Or insert one or more from list on Page 5}. Children depend on Action Medical Research and we depend on you. 
Thank you for doing so much to help change children’s lives.
Option five

Thank you for joining the fight for little lives. Together we are helping to beat the diseases that devastate children’s lives, save the lives of vulnerable babies and improve the lives of children living with disabilities and conditions like asthma, epilepsy and cystic fibrosis.
Thank you for doing so much to save and change children’s lives.

8. Real stories
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Real stories
We have a wide range of real stories which are all on the Action website www.action.org.uk/realstories 
Any questions, please contact the Communications Team.
9. Paddington Bear™
Paddington Bear is Action’s mascot and is one of our most valuable celebrity ambassadors. He is now the star of two Paddington films. Below is some copy which you can use to promote Action’s association with our mascot where appropriate.

Please note that wherever an image of Paddington appears, we need to make sure that we include the correct copyright information, as well as including a ™ symbol at the end of his name the first time this is used in a piece of writing.

The Communications team can help you with suit bookings, images, copyright information and anything else related to our favourite bear. 

Please contact Sarah Moss or Paige Bowring-Martin in Communications.

Paddington Bear™
Paddington BearTM has been at the heart of fundraising for Action Medical Research for over 40 years ever since his creator, the late Michael Bond, met the charity’s founder, Duncan Guthrie, in 1976. Paddington Bear always likes to help wherever he can and so, after chatting over the matter with Mr Bond, he agreed to support Action as the charity’s official mascot. Paddington’s friendly face has helped us attract thousands of new supporters who together have raised millions of pounds to help babies and children.
Paddington’s adventures have been adapted several times for television and at the end of 2014 Paddington made his debut onto the big screen. The movie, produced by StudioCanal, part of the international content and media group Vivendi, is the best-selling non-Hollywood family movie ever released. A second Paddington movie, Paddington 2, launched globally at the end of 2017 to great critical acclaim.

Appendix

1. More about the need for our work, what we do and how we do it
Action Medical Research – a history of success

Action Medical Research is the leading UK-wide charity saving and changing children’s lives through medical research. Almost everyone you know has been touched in some way by our groundbreaking work, like the first polio vaccines in the UK, ultrasound in pregnancy and the rubella vaccine. 

The charity was originally founded in 1952 by Duncan Guthrie, who made it his mission to raise funds to find a cure for polio, a condition that affected the lives of many thousands of children including his own daughter Janet. Within 10 years, the UK polio vaccine was introduced and it has kept millions of children safe ever since. 

Since then the charity has developed an extraordinary track record in supporting some of the most significant medical breakthroughs in recent history – breakthroughs that have helped save thousands of children’s lives and changed many more like:

· Discovering the importance of taking folic acid before and during pregnancy to prevent spina bifida.

· Developing the use of ultrasound technology in pregnancy.

· Creating the Matrix Seating System to help support physically disabled children as they grow.

· Testing the rubella vaccine.

· Pioneering a unique portable fetal heart rate monitor.  

· Contributing to the development of groundbreaking cooling therapy to prevent brain damage in babies.
· Funded research which led to new advice for pregnant women to go to sleep on their side, rather than their back, in the third trimester of pregnancy to reduce stillbirth, helping to save around 130 babies a year in the UK.

The need to help children today

Yet, despite the enormous progress that has been achieved in medicine, there are still hundreds of thousands of children in the UK today who are affected by disease and disability. Children like {insert one or more of the examples from page 5}. These children, along with their worried families, are coping as best they can but there is only so much they can do. They and other families like them urgently need hope – the hope that only medical research can provide.

At Action, we know that medical research can save and change children’s lives. Yet surprisingly, child health research is underfunded in the UK. There is relatively little government or pharmaceutical funding for medical research into conditions that affect children and very few UK charities specifically focused in this area.

Action Medical Research has a vital job to do in helping fill this gap to protect children. The prospects for finding new cures and treatments are excellent thanks to recent advances in science and medicine – a lack of funding for medical research is the biggest obstacle to achieving breakthroughs for children like {insert the one or more example(s) from paragraph above}. With your help, we are determined to change this and make a difference to children’s lives. They are depending on us.
Action Medical Research today 
The work of Action Medical Research, the charity Duncan Guthrie founded more than 65 years ago, is still driven by his belief that the diseases that devastate the lives of so many of our children can be beaten. Today, we continue to tackle the challenges disease and disability present by funding some of the best medical research in the world. We have over £11m invested in the work of more than 260 top researchers, working on over 65 projects across the UK. 

Unlike most children’s health charities, Action Medical Research does not focus on one particular disease. This gives us the flexibility to respond to serious health needs as they emerge, take advantage of new discoveries and technologies and fund important developments in areas as diverse as premature birth, heart disease and brain cancer. This is the way we make the most impact for children and increase our chances of achieving medical breakthroughs that will save or change their lives. This approach works – we have been getting amazing results and have spent over £120m (c£318m in today’s terms) helping support major medical breakthroughs since we were founded in 1952. 
Today we fund a broad range of cutting-edge medical research across the UK most likely to deliver real benefit in pregnancy and to babies, children and young people: 

· Tackling premature birth and treating sick and vulnerable babies  

Around one in eight babies born in the UK needs some form of special care as a result of a difficult birth, a life-threatening condition, or because they were born too early. Action is working to tackle premature birth, prevent pregnancy complications that threaten babies’ lives, and find the best ways to care for sick and vulnerable babies.

· Helping children affected by disability, disabling conditions and infections

Action is working to help children facing a lifetime of challenges caused by disabilities such as cerebral palsy; help children dealing with the impact of conditions like heart disease, epilepsy, and asthma; and prevent potentially deadly infections like meningitis.

· Targeting rare diseases 

Thousands of families across the UK are coping with the challenge of caring for children with rare and devastating diseases for which there are no cures. Action is working to develop treatments to tackle rare diseases that together severely affect many forgotten children. 
Action – funding the very best research

Action is a founder member of the Association of Medical Research Charities (AMRC), the UK membership organisation of leading medical and health research charities who assess us for best practice in medical research peer review every five years.

Action’s rigorous gold standard scientific review process ensures that the charity funds only the best doctors and researchers in children’s hospitals, specialist units and universities across the UK. Grants are awarded by the charity based on recommendations of a Scientific Advisory Panel of world-class medical researchers who consider further opinions from UK and international experts in the field. Our breadth means we fund research aiming to understand the causes of disease and disability and to improve treatment and care in pregnancy and for babies, children and young people. Our flexibility means we can take advantage of new technologies and respond to emerging needs or new ideas where the next breakthroughs might come. 

The charity has run its own prestigious Research Training Fellowship scheme for 45 years, funding 177 fellowships to date at a total value of over £13 million. This scheme supports promising doctors and researchers early in their careers and develops future leaders in children’s research. As Research Training Fellows, these high-fliers carry out a key piece of research to help children and undertake training to develop their research expertise. We are proud that some of the leading children’s researchers today were Action Research Training Fellows. 

It is really important to Action that we fund the very best research most likely to make a difference. We carefully assess the impact of research we support and share the results with doctors, researchers and families. 

Action – working with others

Action works with other organisations where it helps move forward important medical research for children. 

Our gold standard peer review process is highly regarded and other organisations often join us to fund research recommended by Action’s top class Scientific Advisory Panel. 

We are working with LifeArc to fund translational research projects focused on children’s rare diseases from across the UK.
We are currently working with the charity Borne, to fund up to £500,000 a year of new research between 2017 and 2019, identified through our peer review system, to prevent death and disability in babies and children as a result of pregnancy complications and premature birth.
We are working with the Scottish Government Chief Scientist Office to jointly fund three projects. One to help prevent or treat serious lung infections, another to help vision in children born to mothers taking methadone in pregnancy and a third to understand more about the genes involved in developmental language disorder to improve diagnosis and treatment. 

We have teamed up with the Chartered Society of Physiotherapy Charitable Trust and are jointly funding two projects to help young people with cerebral palsy and another to help understand how young people with developmental coordination disorder learn movement.

We are also working with a number of other charities including, Addenbrookes Charitable Trust, The Brain Tumour Charity, the Cystic Fibrosis Trust, Neuroblastoma UK and Great Ormond Street Hospital Children’s Charity, We are also working with the British Paediatric Neurology Association (BPNA) to co-fund a Research Training Fellowship award in the field of childhood neurological diseases, including muscle disease.
In the past, we funded the first major UK scientific study into multiple sclerosis (MS) in children together with the MS Society, in the hope of making a significant step forward in understanding this devastating neurological condition.
We also funded a four year project developing a new, computerised way of interpreting MRI scans of babies’ brains together with the Engineering and Physical Sciences Research Council.
We also worked with the MRC to jointly fund a Research Training Fellowship to help children born with unusually small, misshapen or missing ears or noses.
We need your help 
Action Medical Research urgently needs to help make breakthroughs possible for the benefit of sick babies, children and their families. The knowledge that disease can be beaten, that children’s lives can be saved, drives us forward. We are determined to help more children, but we can’t do it alone and we need your help to succeed. 

We currently can only afford to fund around half of the children’s research that we want to – simply because of a lack of funds.

The lives that have already been saved through the breakthroughs that Action Medical Research has helped deliver demonstrate that your gift to the charity has a real chance of achieving something very special. We simply cannot save and change children’s lives without the generosity of people like you who make donations, raise funds, take part in cycling, running, team and social events and leave gifts in wills, as well as our trust and corporate partners.

However you choose to support Action Medical Research, you can help save and change children’s lives.

2. More about our research helping babies, children and young people
This section provides you with more detail about each area of our work to help you explain the work we fund. It also gives some background information on notable successes and information on the latest research we are funding in this area. Publicity briefings (which are lay friendly information) on all project grants and Research Training Fellows are available on our website action.org.uk/our_research You will also find very brief information on a selection of projects in the About Action leaflet. If you cut and paste from several sections be careful to check the copy to avoid overlap or repetition.

Tackling premature birth and treating sick and vulnerable babies  
Around one in nine babies born in the UK needs some form of special care as a result of a difficult birth, a life-threatening condition, or because they were born too early.  

Tragically each year around 3,000 babies die before they reach their first birthday and premature birth is the single biggest cause. Yet so little is known about what causes premature birth and how to prevent it. 

Babies born too early can face difficulties with breathing, feeding and fighting infection. Many of those born very early develop lifelong conditions such as cerebral palsy, blindness and learning difficulties.

Our vital research aims to reduce the high rate of premature birth by investigating the causes of early labour and advancing the search for new treatments that could prevent or delay early birth. 
We are also investing in research to prevent pregnancy complications such as developmental abnormalities that can affect babies, and fund doctors searching for new and better ways to care for babies who are sick and vulnerable following a difficult birth or a life-threatening condition.
Despite the impact on babies and their families, there is limited research and drug development to help prevent premature birth and pregnancy complications and develop treatments for sick and vulnerable babies. Action Medical Research has a vital role to play in filling this gap.  

Only medical research can give us a real understanding of the conditions that put babies at risk and help doctors to find new treatments.

A history of helping to save babies’ lives

Action Medical Research has a proud history of funding research that has benefited thousands of babies and their families. We supported the research that discovered the importance of taking folic acid before and during pregnancy to prevent spina bifida, and helped introduce ultrasound scanning in pregnancy.  

More recently our funding has led to the development and testing of a unique portable fetal heart rate monitor – the size of a mobile phone, it records the baby’s heart beat in the womb for up to 24 hours, as the mother goes about her daily activities. The Monica AN24 fetal heart rate monitor is now being used in clinics across the UK and Europe and has also recently been approved for use in the US. Some of the same researchers have been developing and testing a new electronic, hands free device called the SurePulse sensor (previously known as the HeartLight sensor) which measures the heart rate of babies undergoing resuscitation shortly after birth and could shave critical seconds off current methods, helping to prevent brain damage and help save more tiny lives. It’s hoped that this will soon be available in hospitals.
Action Medical Research supported the development of an infra-red brain scanner that measures oxygen and blood in babies’ brains during labour and delivery to help prevent brain damage. We also funded research that has helped to successfully show that brain cooling can minimise brain damage in some newborn babies deprived of oxygen at birth, reducing the risk of death and disability.
A recent project used MRI scanning techniques to create a brain atlas for newborn babies. This will help doctors to predict which premature babies could face problems with movement, speech and learning disabilities

We also funded a groundbreaking trial to determine the best time to start feeding milk to premature babies. Early feeding appears to be the better way to manage high-risk premature babies which looks set to have a major impact on care.
Research funded by Action in 2014 has made important steps towards developing a blood test that could be used in early pregnancy to identify women who are at high risk of going into labour too soon. These promising results will now be tested in a larger group of women. If successful it is hoped that a commercially available test would be ready in around five years.
Action Medical Research, along with partners Cure Kids and Sands, funded research which has led to new advice for pregnant women to go to sleep on their side, rather than their back, in the third trimester of pregnancy to reduce stillbirth. This work, completed in 2017, confirmed findings from earlier studies in New Zealand and Australia and it is estimated that this could save the lives of around 130 babies a year in the UK.
Current research helping to save babies’ lives
Tackling premature birth
Around 61,000 babies are born prematurely in the UK every year. Premature birth is the biggest killer of babies in the UK. Tragically, more than 1,000 babies die here each year after being born too soon. Many others who survive a very early birth develop lifelong problems such as cerebral palsy, blindness and learning difficulties. Despite these dangers, little is known about why some women go into labour too soon. 
We are funding research to investigate whether a combination treatment, of the hormone progesterone and a medicine called aminophylline, works better at reducing the risk of an early birth, than progesterone on its own. In another project we’re funding, researchers developing a new way to predict, very early in pregnancy, which women are at risk of premature birth, so they can be monitored more closely and offered extra care in an attempt to prolong their pregnancy and delay their babies’ birth.
Researchers in London are working to help prevent brain injury in babies born prematurely. Evidence suggests that bacteria can pass into the womb and trigger inflammation, which can cause early labour and damage the baby’s developing brain. Professor Donald Peebles at University College London is developing an innovative new gene therapy that could help prevent preterm birth and protect the baby’s brain. He is now carrying out laboratory tests to investigate the effectiveness of this potential new treatment. This project is jointly funded with our partner Borne.
Research is also underway at King’s College London to try and develop a new screening test that can help identify pregnant women who are at increased risk of early delivery. The research team hope this will help save children’s lives and reduce the risk of long-term complications from being born too soon. This project is jointly funded with our partner Borne.
Preventing pregnancy complications 
Preventing neural tube defects

We are funding research to help prevent neural tube defects (severe developmental abnormalities that affect a baby’s brain, spine, or spinal column) led by Professor Nicholas Greene at the UCL Great Ormond Street Institute of Child Health. The team is investigating whether giving women a vitamin called inositol can also help protect babies inside the womb. The hope is that this could lead to a cheap, effective new approach to help reduce the number of babies born with neural tube defects in the future.
Helping sick and vulnerable babies
Helping babies deprived of oxygen around the time of birth

More than 1,200 babies develop a life-threatening brain condition called neonatal encephalopathy (NE) each year in the UK.  Often caused by a shortage of oxygen to the brain around the time of birth, NE puts babies’ lives in immediate danger. Those who survive can be left with lifelong disabilities. Cooling a baby’s temperature down for three days after birth gives them a better chance of surviving and escaping disability. Sadly though, this doesn’t save all babies. We’re funding research in London to investigate whether a commonly used diabetes medicine might improve babies’ chances.
Protecting newborn babies from necrotising enterocolitis

Necrotising enterocolitis (NEC) is a serious bowel condition that can affect babies and which needs treating urgently. Sadly, many babies with NEC lose their lives and some of those who survive suffer long-term complications, such as persistent bowel problems, poor growth and learning difficulties. We’re funding two projects to help protect babies from NEC. Researchers at the Universities of Oxford and Southampton, are investigating how different milk feeds and food supplements affect babies’ chances of developing NEC, in the hope of better understanding why so many babies still develop this devastating condition. In Newcastle a research team is looking at how breast milk can protect babies born prematurely from developing NEC and other infections.
Helping children affected by disability, disabling conditions and infections
Many of our projects are searching for new therapies to support children facing a lifetime of challenges caused by disabilities such as cerebral palsy; as well as helping those children dealing with conditions such as heart disease, epilepsy, and asthma; and preventing potentially deadly infections like meningitis.  

A history of helping disabled children
Over the years we have funded many successes that have helped change the lives of children affected by disability.
During the 1960s and 70s, Action Medical Research funding contributed to the development and implementation of special communication systems for severely disabled people. This included the Bliss Symbol Communication System, which is particularly helpful when speech impairment is combined with poorly coordinated limb movement, and Possum electronic assistive technology. Possum equipment helps people with severe disabilities interact with their environment by performing activities such as switching appliances on and off, answering the telephone and turning the pages of a book.

In the 1980s sustained funding from Action Medical Research helped the creation of the award-winning adjustable Matrix Seating System to help support physically disabled children as they grow. The charity also funded research that helped prove that injections of botulinum toxin (now commonly used as a beauty treatment – botox) can be used safely as a treatment for controlling muscle spasms in children with some forms of cerebral palsy. 

In the 1990s Action Medical Research funding helped devise the Paediatric Pain Profile to help parents and health professionals to assess and relieve pain in severely disabled children.  
With funding from Action over seven years in the mid-1990s, researchers adapted and developed a technology (called functional electrical stimulation – FES) which is now helping children with cerebral palsy, stroke and head injury to walk better. The research team have since developed the Odstock Dropped Foot Stimulator (ODFS®) which is sold worldwide and functional electrical systems are estimated to have benefited 15,000 people in the UK alone.
Between 1999 and 2006 Action Medical Research funded research into developmental coordination disorder (DCD), also called dyspraxia, worth a total of more than £217,000. DCD affects children’s movement and physical coordination. Researchers at the University of Leeds developed a set of practical guidelines for parents and teachers, detailing simple steps to guide children through tailored activities. These are now used in the UK and across the world to identify young children with DCD and help them to learn new skills before their lives are adversely affected.

We also supported researchers at University College London and Oxford Brookes University, resulting in two further tests to help older children and teenagers. This research saw a test already used for younger children successfully adapted to create the first suitable test for older children. Called the Movement Assessment Battery for Children-2 or MABC-2, it is now one of the most popular and respected tests worldwide for the assessment of motor skills.

In 2001 Action Medical Research awarded a grant to Mr Tim Theologis and his research team, at the Nuffield Orthopaedic Centre in Oxford and the University of Oxford, to help develop a new tool to improve doctors’ understanding of problems leading to foot abnormalities and deformity in children with cerebral palsy. This work led to the discovery of a new way to analyse movement patterns within specific parts of the foot, which became known as the Oxford Foot Model (OFM). The OFM is now the standard way doctors make accurate decisions to help treat people with foot problems. It is used across the UK in clinics, hospitals and universities, benefiting around 4,000 children a year worldwide who have their foot movements assessed with it.

In 2009 Action Medical Research awarded a team of researchers lead by Professor Robert Minns at the University of Edinburgh a grant of £135,562 to help improve diagnosis of visual field defects in children, so that they can get the help and support they need as early as possible. The team developed a new eye tracking technique to assess the field of vision in babies, children and young people that is more child-friendly than traditional approaches. The researchers believe it will revolutionise the diagnosis of visual field defects, particularly in babies, children and young adults, including those with learning disabilities. The new technique is currently being used in clinics around the world and already having an impact on diagnosis in paediatrics in the UK and Europe.
In 2012, Action funded work by Dr Jean-Pierre Lin, a consultant paediatric neurologist at the Evelina Children’s Hospital in London to improve how Deep Brain Stimulation (DBS) is used to treat children suffering from a movement disorder, dystonia. This research has led to new insights into which areas of the brain should be targeted by the treatment and has helped doctors to identify children who stand to benefit most from this treatment option, and to ensure that when surgery is done, it is as effective as possible. These techniques are now being used to help dramatically improve children’s movement and quality of life. More than 100 children have already benefited, with some even able to progress from being unable to walk to walking independently within two to four years of starting the treatment. It is hoped the technique will now be tested in clinical trials, following which Dr Lin estimates that several hundred children in the UK could benefit each year.
Current research helping children affected by disability, disabling conditions and infections 
Helping children with disabilities and disabling conditions
Cerebral palsy 

Almost 2,000 babies born each year in the UK are diagnosed with cerebral palsy. They face lifelong difficulties with movement and coordination. Many start to have problems with their hips during childhood, which can cause pain and reduce mobility. We’re funding research in London to develop a new way to screen for these hip problems, using 3D ultrasound scans. Successful screening means children who have early signs of hip problems can be offered treatment, with the aim of stopping those problems from getting worse, and sparing children from the pain and reduced mobility that goes with them.
Epilepsy – improving scanning before surgery 
Epilepsy is a condition which causes seizures. Over 77,500 children and teenagers under 19 in the UK have epilepsy. Sadly, up to one third of these young people carry on having seizures despite trying medication, meaning life can be difficult and unpredictable. There are other ways to treat epilepsy, but some children carry on having seizures, which can be unpleasant and unpredictable. Action Medical Research and Great Ormond Street Hospital Children's Charity are jointly funding research led by Dr Antonio Valentin, of King’s College London, who is investigating the potential of a possible new treatment for children with uncontrolled seizures, which involves electrical stimulation of the brain. He hopes this will greatly improve the quality of life of children with severe epilepsy who’ve found that existing treatments don’t work for them.
Brain cancer
Every year in the UK, around 400 children are diagnosed with brain cancer. Many face prolonged and gruelling treatment with surgery, chemotherapy or radiotherapy. While treatment can prove life-saving, it can also cause serious, long-term side effects, so it’s important to get the balance right. Professor Andrew Peet, of the University of Birmingham, is developing a way to tailor treatment more closely to the needs of each individual child. He believes this could save the lives of children with the most aggressive tumours and spare those with less severe illness from unnecessary treatments. This project is jointly funded by Action Medical Research and The Brain Tumour Charity.
Helping children with cystic fibrosis

Children with cystic fibrosis are susceptible to chest infections which can be difficult to treat, often persisting for the rest of a child’s life and reducing life expectancy. Together with the Cystic Fibrosis Trust we’re funding research in Liverpool to investigate what makes these infections so difficult to treat, and how to diagnose them sooner, with the ultimate aim of protecting children from lifelong infections and improving their outlook.
Preventing and treating infections 

Stopping the spread of scarlet fever
After decades of decline, scarlet fever infections hit a 50-year high in England in 2016. Thanks to modern antibiotics, it is usually not serious and symptoms, including a blotchy rash, sore throat and high temperature, usually clear up within a week but the bacteria that cause it can sometimes trigger more dangerous illnesses. Action is funding research which aims to reduce its spread. Professor Shiranee Sriskandan, of Imperial College London, is leading an important programme of research that will guide future public health strategy on scarlet fever. This includes finding out which antibiotics are most effective and whether current hygiene and treatment guidelines for schools and nurseries are enough to limit the spread. 

Targeting rare diseases that severely affect many forgotten children  

Thousands of families across the UK are coping with the challenge of caring for children with rare and devastating diseases for which there are no cures. With your support we are helping to develop treatments to tackle rare diseases that together severely affect many forgotten children. 

A history of tackling rare diseases
In the 1970s charity funding helped establish the Duncan Guthrie Institute of Medical Genetics in Glasgow – the first of its kind in Europe. For over 30 years the institute was an important centre for research, teaching and providing clinical genetic laboratory services and at its peak provided clinical and counselling services for over three million people. During 2012 the laboratories relocated to the Southern General Hospital, maintaining all of its existing genetics testing services and becoming known as the West Scotland Genetics Service. The Duncan Guthrie Institute of Medical Genetics continues to exist as a teaching institute at the University of Glasgow at the Yorkhill Hospitals’ site with over 100 full time members of staff and post graduate students.
Action Medical Research funding has helped to identify genetic changes which cause Von Hippel-Lindau syndrome, a disorder that causes the growth of cysts and tumours on the eyes, spinal cord and kidneys; for an inherited form of cleft lip and palate called Van der Woude syndrome; and for the hereditary skin condition incontinentia pigmenti which causes severe blistering and abnormalities of the eyes, teeth, hair and nails. We have also helped discover the genes which are linked to infantile epilepsy (known as West’s syndrome) and identify seven new genes which are linked to Jeune syndrome. In the long term these breakthroughs could lead to better management and care for children and ultimately new treatments.
In the 1990s, Action Medical Research awarded Professor Bobby Gaspar a Research Training Fellowship to study two life-threatening immunodeficiency disorders, which occur when the body’s natural immune system is absent or not working properly. At this time the conventional treatment for these disorders was bone marrow transplant, which carries risk if the donor match is poor. Professor Gaspar’s pioneering work has led to new gene therapy treatments which are now saving children’s lives.
Also during the 1990s, an Action Medical Research Training Fellow at Birmingham Children’s Hospital investigated the provision of a special diet to help avoid malnutrition, allowing children with severe liver disease to enjoy not only more normal growth and development, but potentially a more successful outcome should they undergo a liver transplant. This research formed the basis of what is now an accepted treatment for children with liver disease.
Action contributed to the development of new kinds of gene therapy to help improve the lives of some boys with the fatal muscle-wasting condition, Duchenne muscular dystrophy. Work funded by a three year grant from Action, in 1997 proved that a new type of gene therapy could potentially help boys and young men with Duchenne and helped in part to lead to the development of new treatments. The novel drugs, which could help up to 80 per cent of boys with Duchenne, are now showing promising results in clinical trials across the world.
Current research for children with rare diseases

Developing a new treatment for children with the cancer, neuroblastoma

Around 100 children are diagnosed with a cancer called neuroblastoma each year in the UK. Most are young – less than five years old. While many children with this cancer do well, others lose their lives despite going through gruelling treatment that can have severe side effects. Professor John Anderson, of University College London’s Institute of Child Health, is developing a way to programme children’s own immune systems to recognise and destroy cancer cells, while sparing healthy cells. He hopes this will one day help free children from the side effects of existing treatments and save more children’s lives. This is a joint project which is being funded by Action Medical Research, Great Ormond Street Hospital Children's Charity and Neuroblastoma UK.​
Tackling BPAN, a devastating rare brain disease

Children with a devastating rare disease called beta-propeller protein-associated neurodegeneration (BPAN) may one day benefit from research by Dr Apostolos Papandreou of University College London. Children with BPAN are often slow to reach developmental milestones, and as time goes by they become increasingly disabled and have symptoms of dementia. Dr Papandreou is investigating the ways in which brain cells of children with BPAN malfunction and looking for drugs that help correct the cells’ behaviour. His longer term goal is to set up clinical trials of possible new treatments, in the hope of alleviating children’s disability and improving their lives. This research fellowship is co-funded by Action Medical Research and the BPNA (British Paediatric Neurology Association).
Improving treatment for children with craniosynostosis
About 350 children are born with craniosynostosis every year in the UK. In children with this condition, the bones in the skull fuse together too early, causing an abnormally shaped head and leaving no room for the brain to grow. Surgeons try to correct this by creating new gaps, but unfortunately these can join back together and children will often need follow-up operations. With funding from Action, Dr Dagan Jenkins at the UCL Great Ormond Street Institute of Child Health aims to find out whether a drug can help improve treatment for children by reducing the need for repeat surgery and improving the appearance of the head.
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