




We continue to make a 
difference with your help..

6 additional children have been diagnosed with NGLY1 Deficiency. These patients are from the United 
States, Turkey, Mexico, and Brazil. The more understanding we have of the disease’s biology, the better 
the chance we have of finding a cure. 

We built and launched the leading biobank with 2,465 specimens from patients, parents, and siblings to 
support scientists globally. 

We held our fourth and the world’s largest conference dedicated to NGLY1. 18 families from 10 countries 
attended along with more than 60 clinicians and researchers dedicated specifically to NGLY1.

Grace Science Foundation’s Peter Walter won the Breakthrough Prize for his continued leadership in the 
field of biochemistry. This makes the sixth researcher or advisor for our team to have won this prize in life 
science.

Leading Grace Science scientist Carolyn Bertozzi published essential work defining NGLY1 and its rela-
tionship to NRF1, a transcription factor that has implications in cancer, aging, and neurodegeneration.

We laid the foundation on a natural history study in collaboration with Stanford in preparation for a 2019 
clinical trial.

We expanded our partnership with Takeda Pharmaceuticals and continue to create joint ventures with 
leading pharmaceutical companies.

2017 highlights from Grace Science Foundation:

Photo: Miriam and Muhammed with their father Abraham. The family is originally from Gambia and now 
lives in New York.





Rare in disease.
Global in impact. 
Eight years ago, Grace was born. We had no understanding of what was in-store. Our daughter was sick 
and we were told that without diagnosis, there was little we could do beyond improve her quality of life 
over time. It was scary. It was unacceptable. So we enlisted friends. We sought answers. We formed the 
Grace Science Foundation to do more and to find a path to ensure a better life. 

Over time, we have learned of other children and families across the globe who suffer in the same ways. 
We have also learned that there may be a therapy or a cure with the help of some of the best scientists 
and researchers in the world who have made patients with NGLY1 their mission in life. There solutions 
could help more than just NGLY1 patients; it could open the door to countless rare diseases and more 
common diseases that one of your family members could have.

It’s with this understanding that we strive everyday to learn more, connect more in the science 
community, and be a support function of NGLY1 patients globally. We believe our daughter knows her 
mission and is teaching us that while she is rare in disease, she can have a global impact and possibly 
change the world for all children and families who suffer from a rare disease.

Photo: NGLY1 patient Quentin from France hugs his father Christophe.





The team is expanding. 
And so is the mission.
Our scientific team has become more robust with new talent. This year we added Drs. Charlie Boone and 
Jason Moffat from the University of Toronto, Dr. Nan Yan from University of Texas Southwestern, and 
Dr. Rusty Gage from the Salk Institute.

Charlie and his colleagues are doing genetic analysis to map enhancers and suppressors of NGLY1. 
This might be our fastest path to a therapy. They are two of the foremost experts in the world at this. 
Nan is looking at immunity and autoimmunity. This could have broad applications into various common 
diseases. Rusty is developing various neurons from stem cells. He will look for a phenotype and then 
screen for drugs that fix the anomalies.

Photo: Dr. Vamsi Mootha, member of our scientific advisory board, speaks during our annual conference 
in Palo Alto.





In collaboration with the Broad Institute, we launched the NGLY1 Patient Registry. This allows us to 
accomplish two goals. The first is to catalogue NGLY1 patients globally to answer key questions that 
could potentially unlock therapeutic avenues. The other goal concerns whole genome sequencing. This 
allows researchers to see what mutations make certain patients more or less severe.

In a joint effort with Stanford’s Clinical Translational Research Unit, we have also created the largest 
database of NGLY1 samples for scientists and researchers. This effort will make a difference for 
deepening our understanding of NGLY1 and accelerating our research to provide the right tools that will 
lead to potential therapies.

The NGLY1 patient registry 
and biobank. 

Photo: Jolina is one of our oldest patients. She attended our family symposium along with her parents, 
Tonya and Joe, and brother Anthony.





Our kids need our help.
This is a lifelong mission. 
We cannot thank you enough for the support we have received over the years from our family, friends, 
and the science community. It has taken a tremendous effort to get here. We also know it is just the 
beginning for those who have friends or family with NGLY1 Deficiency. It is not easy, but we could not do 
it without the help from our community. 

As we move into 2018, the Grace Science Foundation will continue to expand its research teams, gain 
a deeper understanding of NGLY1, and enlist partnerships to uncover possible treatments to provide a 
better life for our kids. We cannot do it alone however. It requires your continued support and a relentless 
pursuit of better days ahead. For the families who are faced with a rare disease, this is a lifelong mission. 
Our kids need help and we will do what is needed to make a difference in their lives and have a broader 
impact globally. We look forward to 2018 and what is possible.

To stay abreast of what is happening at Grace Science Foundation throughout the year,  visit our 
website - www.gracescience.org. Please reach out to us if you have questions or would like to see how 
you can help more.

Photo: During a NGLY1 family dinner, Devon from North Carolina gives his
mother Liz one of his big hugs he is famous for.




