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Dale Turner - First Canadian LCA Trial Patient

“The doctors said I would be completely blind by age 10,” said 21 year-old, Dale Turner, the first Canadian to have some sight restored by a new gene therapy. The Richmond Hill, Ont. resident, visited The Foundation Fighting Blindness office in Toronto to share his miraculous story.

Dale always believed that cures are possible 

When Dale Turner was diagnosed with Leber congenital amaurosis (LCA), a rare genetic eye disease, the prognosis was bleak for the 8 year-old. His parents were told their child would be completely blind by the age of 10. But at 21 years old, Dale is the first Canadian to have some of his sight restored by gene therapy. 

“Three days after the surgery, I got to go outside and I took off my sunglasses and peered into the sky,” said Dale. “I had seen the sky before but never like this, never with vibrant colour. It was an overwhelming blue. It was such an emotional moment for me. The proof that research works was right in front of my eyes.”
The gene therapy was to treat his specific type of LCA, caused by a mutation in the RPE65 gene. Dale was one of a handful of patients that underwent surgery, at the University of Florida, to replace his defective RPE65 gene with a normal healthy version of the gene.  It was the first ever trial using gene therapy on humans with a genetic form of blindness. Similar trials were conducted by UK researchers at UCL Institute of Ophthalmology and Moorfields Eye Hospital and by U.S. researchers from The University of Pennsylvania at The Children’s Hospital of Philadelphia.

This year marks the completion of Phase I of the LCA trial, in which only a small dose was delivered to patients in a small area of the eye. In Dale’s case, 3-4% of his right eye was treated, where he had zero vision.  They tested it on this small area to make sure it was safe before testing a larger area. As with any clinical trials, there were risks. 

There was always the possibility that the person’s existing sight could worsen due to complications.

“I was excited but still very nervous. I didn’t sleep much the night before,” said Dale. 

Fortunately, not only did the therapy prove safe in Dale’s case, it proved effective in restoring sight to the eye where he had none before, opening up his visual field and degree of vision.

Another key difference, Dale notes, is that he was blind at night, but now his night vision has improved significantly. “Something simple like going for walks with my girlfriend are much more enjoyable. You can’t put a price on that.”
Dale’s Determination

At a young age, Dale was determined to overcome the challenges he faced because of his vision loss. He had a limited field of vision, the images he could see were blurred, and colours were pale and dull. All this made it difficult for him to make out details, navigate and perform certain tasks.

“My parents were great about keeping me involved in activities, like T-ball, even though I wasn’t great at it because of my poor vision,” said Dale.  “It taught me determination. It taught me that this (vision loss) is not going to stop me from doing anything.” 

“I always tried to do things, even when they were difficult, and I never gave up.  I always knew I had it in me to get things done.”
It’s no surprise then that a bright and determined Dale will be attending the prestigious Osgoode Hall Law School in Toronto this fall.  He has always known he wanted to be an advocate, not only for himself, but for others. “I want to get the word out to people with similar conditions that anything is possible,” says Dale.

“I always knew a cure would be found, I just didn’t know how and I didn’t know when.” 

Next summer, Dale will return to the U.S. for Phase II of the gene therapy trial, which will test for effectiveness and continued safety of the therapy. Phase II and III will continue to test the patients from Phase I but also add additional patients in each phase.

In the meantime, Dale will enjoy the vision improvement he has experienced as a result of Phase I. For example, his ability to read with less effort and reliance on visual aids will help with his studies at Osgoode Hall.  He says that with his sight improvement, he is able to read for longer periods of time now without his eyes getting tired.  

Despite a hectic schedule in his first year of law school, Dale is committed to helping raise awareness of The FFB and the vital work we do to further genetic eye research. You will have the opportunity to meet Dale and hear his story in person at Vision Quest 2008, a half-day conference in Toronto and Vancouver, to learn about the latest RP research. See how to register for Vision Quest 2008 info on pg. 15 or visit: www.ffb.ca.
------------------------------------------------------

Foundation News 
From no hope to new discoveries: look at how far we’ve come

“There is no hope. Your child will lose their sight and there is nothing that can be done about it.”  Fifteen years ago, that was the devastating message parents received after their child was diagnosed with retinitis pigmentosa (RP), a degenerative eye disease. 

Fortunately, no parent gives up on hope, and neither did The Foundation Fighting Blindness. After decades of research into the causes and progression of genetic eye diseases, we are pleased to share news with you about the first clinical trial to restore some sight to young people with Leber congenital amaurosis, a severe form of retinitis pigmentosa.

In this issue of the Vision Quest newsletter, you’ll read the inspirational story of Dale Turner, the first Canadian to receive gene therapy and have some vision restored.

You can meet Dale Turner in person at this year’s Vision Quest 2008. 

While the recent success in gene therapy is remarkable, there is much more work that needs to be done for patients with all types of retinal degenerative diseases. The FFB is very proud to announce new funding of pre-clinical trials by Dr. Bob Molday in Vancouver; a first in Canada! The trials are to identify new treatments to help people with X-linked RP and Stargardt disease. You can access a list of our current research grant commitments on www.ffb.ca.

I want to take this opportunity to thank all of our wonderful donors, volunteers, sponsors, directors, researchers and doctors for your support of The FFB. In my 15 years with The Foundation, I have never been more energized than I am today - after meeting Dale Turner, after approving funding for our most exciting research projects to date Ð and after thinking again of all the incredible people living with vision loss who hope for the treatments and cures The Foundation is fighting to find. I hope you enjoy reading this issue and that it inspires you to tell a friend about The Foundation, register for the Vision Quest conference, make a donation, or volunteer with us.  As they say in Latin, Carpe diem or seize the day! Cures are in sight.
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Lucky 13 - Director Nancy MacKellar retires after more than a decade of service

After 13 years of service as an Executive Board Member for The Foundation Fighting Blindness (FFB), Nancy MacKellar says she feels very lucky to have been a part of the organization. She witnessed landmark discoveries in vision research, the expansion of volunteers and fundraising events across Canada, and the establishment of the first-ever Million Dollar Endowment Fund in The FFBÕs history.  The organization feels equally lucky to have had Nancy on board. In her 13 years, she was a major financial contributor to vision research breakthroughs, she personally met and worked alongside countless volunteers at grassroots fundraising events, and she initiated what became the Sonia and Arthur Labatt $1 million Endowment Fund to help sustain vision research for the future.  

The Executive Vice-President of C.A. Delaney Capitol Management Ltd. first became involved with The FFB in 1995 through a personal contact, Dr. Rod McInnes, a researcher funded by The FFB. Her primary role was as Board treasurer, responsible for reviewing and ensuring accurate financial statements, internal controls and audits. 

“One of the things Nancy was most valued for was her ability to bring great clarity to the financial review process,” said Sharon Colle, National Executive Director of The FFB. “Her care and recommendations gave the Board of Directors what they needed to make the best financial decisions possible for the organization.”
Shortly after joining the Board, The FFBÕs plight to find treatments and cures for eye diseases became more personal for Nancy. Her mother was diagnosed with age-related macular degeneration, the leading cause of blindness among those aged 50 plus. While her mother has since passed away, Nancy’s commitment to helping others affected by eye disease continued. 

“When you volunteer your time, you’re contributing, but you’re also getting so much back,” said Nancy.  She fondly recalls the Newfoundland and Labrador Ride for Sight motorcycle fundraiser she once attended. “Despite snow and bad weather, volunteer coordinators not only showed up to these events, they exceeded their fundraising goals each year,” said Nancy. “Seeing the growth of The FFBÕs volunteer-driven fundraisers, across many regions, made me realize just how big the organization is. It has a nation full of dedicated volunteers.”
“Without the volunteers, the broadening base of supporters, and the growing avenues of fundraising, we wouldn’t be as close to treatments and cures for eye diseases as we are today.”
The team at The Foundation Fighting Blindness extends its most sincere and heartfelt thanks to Nancy MacKellar for her 13 years as a volunteer and Executive Board Member. We thank her for her passion, her financial judgment, and for making a difference to thousands of Canadians affected by blindness and their families and friends.  At her final Board of Directors meeting, Nancy said, “I will never really leave The Foundation Fighting Blindness.  It will always remain most important to me.”  Typical of Nancy, she recruited Rahn Dodick, VP of Ernst and Young to replace her as Treasurer and will continue her financial support of “her” foundation.  Nancy will continue to support The FFB in its vision to “restore the gift of sight to people living with blindness”.
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Dr. Stell Boosts Training of Young Scientists 

Thanks to Dr. William K. Stell, Director of Research Programs at The FFB, the future of retina research looks that much brighter. The scientist who has devoted his lifeÕs work to advancing eye research is donating $30,000 to The FFB over the next 3 years to support funding of Graduate Student Awards.

“I am particularly committed to the training of graduate students. The future of the quest to prevent and cure inherited blindness will depend on the young scientists who are training now,” said Dr. Stell. 

The FFB grants Graduate Student Awards to encourage more Canadian students to enter careers in retina related research. These traineeships support highly qualified students enrolled in graduate programs leading to advanced research degrees such as a Ph.D.  Dr. Stell’s contribution will cover half the cost of a Ph.D. studentship and he hopes this will encourage others to contribute and support research trainees.

Dr. Stell is a professor at the University of Calgary and a member of the Hotchkiss Brain Institute at the Faculty of Medicine. He was Chair of the Scientific Advisory Board of The FFB - Canada from 1989 to 1995.
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Research News

FFB’s Research Grant Commitments for 2008 to 2011

Currently, The FFB is committed to funding approximately $2.6 million in eye research to Canada’s finest scientists at prominent hospitals and universities. This year alone The FFB will fund $1.2 million in grants. You can access a list of all our current research grant commitments by visiting www.ffb.ca. Click “Current Research” to read more about the studies.

Operating 


Grants Institution



2008 - 2011

Bech-Hansen, Torben

University of Calgary



$180,000.00

Bernier, Gilbert

Maisonneuve-Rosemont Hospital

$75,000.00

Bremner, Rod


University Health Network


$300,000.00

Chow, Robert L.

University of Victoria



$150,000.00 

Eisenstat, David D.

University of Manitoba


$180,000.00

Koenekoop, Robert

McGill University



$50,000.00

McGlade, Jane

The Hospital for Sick Children

$180,000.00

Mears, Jeffrey Alan

Ottawa Health Research Institute

$100,000.00

Moritz, Orson


University of British Columbia


$70,000.00

Picketts, David

Ottawa Health Research Institute

$270,000.00

Salesse, Christian

UniversitŽ Laval



$100,000.00

Tepass, Ulrich


University of Toronto



$180,000.00

Tropepe, Vincent

University of Toronto



$150,000.00

Postdoctoral Fellowships

Craig-Enssein, Sonya

University of Michigan



$37,916.67

Dyka, Frank M. 

University of British Columbia


$35,000.00

Kim, Junchul


Harvard University



$35,000.00

Tucker, Budd


Harvard University



$105,000.00

Zaniolo, Karine

Centre Hospitalier Universitaire Mere-Enfant
$70,000.00

Studentships

Bramall, Alexa


Hospital for Sick Children


$40,000.00

Cantrup, Robert

University of Calgary



$60,000.00

Pouliot, Mylene

Université de Montréal


$40,000.00

Ramamurthy, Vasanth
Institut de recherché clinique de Montréal
$40,000.00

Wu, Linda


The Hospital for Sick Children

$20,000.00

Young Investigator Award

Cayouette, Michel

Institut de recherché clinique de Montréal
$80,000.00

WK Stell Scholarship Award 

Cayouette, Michel

 Institut de recherché clinique de Montréal
$79,166.69
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Gene Therapy: Frequently Asked Questions

Answered by: Dr. William K. Stell

Q: I’ve heard a lot about gene therapy for blindness lately. Just what is “gene therapy”?

A: Gene therapy is simply a way of treating diseases that are caused by genetic mutations, by putting new genes into the cells that are disabled by mutations. 

Q: So, how does gene therapy work?

A: One kind of gene therapy is aimed at replacing the function of a gene that has been made useless by a mutation (called a “loss-of-function” mutation). Most genes come in pairs, located on each of the two chromosomes of a pair. This is true of the paired X-chromosomes in females, and the non-X chromosomes (called “autosomes”) in females and males. Males have only one X-chromosome, and therefore they have only one of each gene that is carried on the X-chromosome.

Loss-of-function mutations are often inherited in an autosomal or X-linked “recessive” manner, because they cause disease only if the other gene of the pair is abnormal too (autosomal recessive), or is located on the X-chromosome so that males have only one of them (X-linked recessive). Gene therapists try to replace the missing function by putting man-made copies of the normal gene into the affected cells. Using these imported genes, the cells can function normally. 

Q: Is gene therapy effective for treating inherited eye disease?

A: Yes, a strong beginning has been made. A successful Phase I clinical trial for treating Leber congenital amaurosis (LCA) was recently in the news. In the specific form of LCA that was treated, a mutation in the gene called ÒRPE65Ó made the gene incapable of doing what it is supposed to do. Without the gene’s vital function, the rod and cone photoreceptors become unresponsive to light, and eventually they die. Putting in normal RPE65 genes can restore normal function to the rods and cones, making them responsive to light again and keeping them from dying. Rods and cones are photoreceptors which convert light into electrical currents to transmit images.

Q: Why is it important to do research on gene therapy?

A: First, it appears to be the most effective treatment for most human diseases that are caused by inherited gene mutations, such as retinitis pigmentosa (RP), including LCA, and related conditions such as Stargardt macular dystrophy.

Second, inherited eye diseases such as LCA can serve as test-cases for clinical trials of new therapies. A therapy that works for LCA due to mutations in the RPE65 gene, may lead quickly to similar therapies for other forms of LCA, RP, and related conditions.

Q: What kind of research is needed, to develop gene therapy for human blindness?

A: First, geneticists have to determine the pattern of inheritance, identify the gene that is mutated, and determine exactly what mutations in that gene are responsible for the disorder. Then they study how the mutation causes the gene to malfunction, and how the malfunction causes degeneration and death of affected cells. Then if the trial therapy in animal models is both safe and effective, it can then be tested in volunteer human subjects. These initial clinical trials, called Phase I, are done mainly to confirm that the procedures are possible and safe, Phase II & Phase III clinical trials are performed to learn whether the treatment is effective. This requires testing in somewhat larger numbers of patients. Finally, if all goes well, the treatment may be approved for delivery to patients through ordinary medical care channels.

Q: That sounds very time-consuming and expensive. Is it?

A: You got that right! The Phase I trial of gene therapy for LCA, which so far involved only 3 test patients, required 5-10 years to plan and carry out thus far. The published work acknowledged research contributions from about two dozen M.D. and Ph.D. researchers, funding by about a dozen different health research agencies, and administrative roles of countless committees and bureaus in government, hospitals, universities and industry. Costs range in $5-10 million or more.

The process of basic discovery that made this possible stretched over about 20 years or more. This process was carried out mostly by basic researchers, working in university and hospital research laboratories and supported mainly by investigator-initiated research grants from public agencies and charitable foundations, such as the National Institutes of Health (NIH) and FFB U.S. or the Canadian Institutes of Health Research (CIHR) and The Foundation Fighting Blindness in Canada.

The great news is that through your support of The FFB in Canada, you are contributing to the worldwide knowledge in retinal research. Treatments and cures are happening because of your support!

For more Frequently Asked Questions and Answers on gene therapy and the LCA trial, please visit www.ffb.ca and click Newsroom.
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Making a Difference
Are you a BCE Shareholder? 

Make a Difference by Donating Stock 

The offer to purchase BCE shares for $42.75 is to close in December 2008. This gives current BCE share owners the choice of hanging on to their shares, earning a few more dividends and paying capital gains tax or donating them to reduce tax. Given that $42.75 represents an approximate 40% premium over the average trading price of BCE common shares in the first quarter of 2007, and that everyone is going to have to do something with the shares in the next few months, The FFB urges all shareholders to talk to their financial advisors about donating stock. For more information please visit www.ffb.ca, and click on “You Can Help.”
Act Now, Before December, 2008!
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Events
Comic Vision 2008

London - Oakville - Toronto

Calgary - Vancouver

Between April 29th and May 8th, the Comic Vision fundraising tour visited five cities, entertained more than 2,300 people, and raised more than $610,000 for The Foundation Fighting Blindness - 56% more money than last year. Thank you to all the dedicated volunteer committees who spent months organizing these events. Thank you to supporters of Comic Vision. Because of you, there is hope for those living with genetic forms of blindness.

------------------------------------------------------

RIDE FOR SIGHT

Thank you riders and supporters for another successful year!

Thank you to the many volunteers, sponsors, and riders for making the 2008 Ride for Sight motorcycle fundraiser so successful!  For the eighth consecutive year, Ride for Sight raised more than $1 million for The Foundation Fighting Blindness. 

Participants gathered to celebrate their fundraising at weekend festivals hosted in eight different regions across Canada: Northwest Territories, Alberta, Saskatchewan, Manitoba, Northwestern and Central Ontario, the Maritimes, and Newfoundland and Labrador. This year marked the 30th Anniversary for the Ride in Central Ontario where it was founded.  

Since its inception, Ride for Sight has raised over $17 million dollars for The FFB, making it the largest motorcycle fundraising initiative for vision research in the world.

------------------------------------------------------

HYPNOVISION 

More than $70,000 raised at 

HypnoVision 2008 

The Foundation Fighting Blindness (FFB) is pleased to announce, Dagmar Jamieson and her group of dedicated volunteers, raised more than $70,000 for eye research. On January 24th at the 

Calgary Golf & Country Club, over 300 people gathered for the inaugural fundraiser, HypnoVision 2008. The night featured a silent auction, a live auction, and entertainment by Terrance B., one of the most sought-after Stage Hypnotists in North America. 

The event fuelled The Foundation Fighting Blindness’ efforts to fund retinal research at prominent hospitals and universities across Canada, including the University of Calgary and the University of Lethbridge. Dagmar Jamieson, Chairperson for HypnoVision 2008, has known since adolescence that she would eventually lose most of her sight. She has Stargardt disease, the most common form of juvenile macular degeneration and has lost most of her central vision. Dagmar is excited by the recent research developments and wants to ensure researchers have the vital resources they need to find therapies for everyone affected by genetic forms of blindness. 

InSight: Dining in the Dark

Dagmar is donating her time once again to organize another unique fundraiser in Calgary:  “InSight: Dining in the Dark.” The event, recently featured in the Calgary Herald, will be held at the Hotel Arts on October 2nd. For information, please call Dagmar at 403-229-9753 or Sal Castro at 403-284-5102.
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Vision Quest 2008
Join us at Vision Quest 2008, a half-day conference to learn about the latest research on retinitis pigmentosa and related diseases.

At Vision Quest 2008, you will have the opportunity to...

· Attend the only conference in Canada, specifically tailored for individuals with retinal diseases.

· Network with other people who are affected, or know someone affected by RP.

· Talk one-on-one with North American leading doctors.

· Hear the inspiring story of the first Canadian to have some sight restored by gene therapy.

“The speakers were inspiring, the sessions were informative and I made great new friends.” -Vision Quest 2007 Calgary Attendee

For the first time Vision Quest will be hosted in two Canadian cities in the same year.

Vancouver, BC - Vision Quest 2008

Saturday, November 22, 2008 - 8 a.m. to 1 p.m.

TELUS Auditorium, 3777 Kingsway, Burnaby

Co-chair - Robert S. Molday, Ph.D.

University of British Columbia 

Toronto, ON Ð Vision Quest 2008

Saturday, November 29, 2008 - 8 a.m. to 1 p.m.

MaRS Discovery District, 

101 College St., Toronto

Chair - Elise Héon, M.D.

The Hospital for Sick Children

Space is Limited. Register today for the early bird discount of $30! 

Call 1-800-461-3331 or register online at www.ffb.ca - click Vision Quest 2008. 

Vancouver: After, Friday October 17th, the regular registration rate of $45 will apply.

Toronto: After Friday, October 17th, the regular registration rate of $45 will apply. 
