December 6, 2024

Subject: Letter of Support for TRAN1-16907
Hematopoietic Stem Cell Gene Therapy for MPSIIIB (Sanfilippo B) Syndrome

Dear Members of the Application Review Subcommittee,

We are Alexander and Judy Lee, of Los Gatos, California, and we are friends of a California
family affected by MPSIIIB (Sanfilippo Syndrome Type B). As friends to this family, we have
witnessed the extensive toll a diagnosis like Sanfilippo can take on parents and children. We are
writing to encourage the funding for TRAN1-16907 led by principal investigator Katelyn Masiuk,
MD, PhD.

Our children, Noah and Kayla, love to play trains and laugh with their cheerful friend, Matthew,
who was diagnosed on March 20, 2024 with Sanfilippo Syndrome Type B. Our family looked
forward to Matthew’s growth until his parents shared about his devastating diagnosis. This
disease will take away Matthew’s joyful personality as well as all his physical abilities and
neurological skills. We were heartbroken as we supported his parents through their heavy
burden. This year, they juggled more than 100 appointments, many health expenses, and
multiple calls to health insurance and medical staff on top of daily care for Matthew and his older
brother. Matthew’s family is not alone, as this disease burdens families from diverse ethnic
backgrounds and across all socioeconomic classes.

As individuals who have witnessed firsthand the toll this disease takes on individuals and

their families, we urge you to consider funding this research. By doing so, you have the
opportunity to give a bright future for children like Matthew and others like him. MPSIIIB families
depend on CIRM to bridge the funding gap where private industry falls short. Thank you for
your consideration of TRAN1-16907.

Sincerely,
Alexander and Judy Lee





Accessibility Report



		Filename: 

		Letter-to-the-Board-TRAN1-16907-18.pdf






		Report created by: 

		Dowitcher Designs


		Organization: 

		





 [Personal and organization information from the Preferences > Identity dialog.]


Summary


The checker found no problems in this document.



		Needs manual check: 0


		Passed manually: 2


		Failed manually: 0


		Skipped: 1


		Passed: 29


		Failed: 0





Detailed Report



		Document




		Rule Name		Status		Description


		Accessibility permission flag		Passed		Accessibility permission flag must be set


		Image-only PDF		Passed		Document is not image-only PDF


		Tagged PDF		Passed		Document is tagged PDF


		Logical Reading Order		Passed manually		Document structure provides a logical reading order


		Primary language		Passed		Text language is specified


		Title		Passed		Document title is showing in title bar


		Bookmarks		Passed		Bookmarks are present in large documents


		Color contrast		Passed manually		Document has appropriate color contrast


		Page Content




		Rule Name		Status		Description


		Tagged content		Passed		All page content is tagged


		Tagged annotations		Passed		All annotations are tagged


		Tab order		Passed		Tab order is consistent with structure order


		Character encoding		Passed		Reliable character encoding is provided


		Tagged multimedia		Passed		All multimedia objects are tagged


		Screen flicker		Passed		Page will not cause screen flicker


		Scripts		Passed		No inaccessible scripts


		Timed responses		Passed		Page does not require timed responses


		Navigation links		Passed		Navigation links are not repetitive


		Forms




		Rule Name		Status		Description


		Tagged form fields		Passed		All form fields are tagged


		Field descriptions		Passed		All form fields have description


		Alternate Text




		Rule Name		Status		Description


		Figures alternate text		Passed		Figures require alternate text


		Nested alternate text		Passed		Alternate text that will never be read


		Associated with content		Passed		Alternate text must be associated with some content


		Hides annotation		Passed		Alternate text should not hide annotation


		Other elements alternate text		Passed		Other elements that require alternate text


		Tables




		Rule Name		Status		Description


		Rows		Passed		TR must be a child of Table, THead, TBody, or TFoot


		TH and TD		Passed		TH and TD must be children of TR


		Headers		Passed		Tables should have headers


		Regularity		Passed		Tables must contain the same number of columns in each row and rows in each column


		Summary		Skipped		Tables must have a summary


		Lists




		Rule Name		Status		Description


		List items		Passed		LI must be a child of L


		Lbl and LBody		Passed		Lbl and LBody must be children of LI


		Headings




		Rule Name		Status		Description


		Appropriate nesting		Passed		Appropriate nesting







Back to Top
