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My name is Sarah Cornell. I’m a resident and employee of the state of Massachusetts. I’m here today to speak in support of adding Metachromatic Leukodystrophy to newborn screening. My twelve year-old daughter, Cora, has MLD. Unlike most MLD kids who survive early-onset disease, Cora did not have an older sibling who died. The most important point I can make about our journey is that it is rare, we were lucky, privileged. But if this is what luck and privilege looks like, that underscores how desperately MLD requires early diagnosis through newborn screening, the only path to better treatment.
	My husband and I were thrilled to return our home state of Massachusetts as state employees when I was pregnant. But soon our joy turned to terror as Cora displayed MLD symptoms. We started our diagnostic journey when Cora was 15 months old, consulting Boston Children’s, Johns Hopkins and University of Chicago. But we did not get a diagnosis until she was two and half – we finally had answers due to a clinical trial at the University of Michigan. 
	Miraculously, Cora was eligible for gene therapy, which is extremely unusual. But we weren’t on their schedule and would have to wait up to a year, time that we didn’t have while her disease was progressing.  Thus Cora underwent a traditional transplant with a poor donor match. Due to severe complications, she was hospitalized for more than a full year. 
The transplant saved her, but left her with graft vs. host disease including bronchiolitis obliterans, osteoporosis, a permanent immunodeficiency, destroyed her ovarian function, and more. 
You will hear of the impact on Cora from Cora herself. Her suffering is of course most important. But I will speak to other repercussions that the lack of early diagnosis and therefore optimal treatment also engendered for our community and state. My husband and I planned to have two more children, but the delayed diagnosis, difficult transplant, and the scale of Cora’s needs meant that we did not grow our family. When we realized that we needed to move closer to Boston Children’s, Mass General, and Dana Farber, my husband had to leave his position at UMass Medical. He’s still doing great work, but not for the state. I am still a state employee, but not in my original role as it was not compatible with Cora’s care needs. Multiple family members also made employment decisions based on our family struggle.  
A year and a half ago, Cora got out of bed for a drink of water, fell, and broke her hip. The initial break was followed by a series of fractures. So I’m full of thoughts about lasts - the last time she walked or went a week without multiple medical appointments. But thinking of what ifs is even more painful – what if Cora had been diagnosed via newborn screening and had gene therapy? What would her life look like? So today I want to focus on firsts – the miraculous ability to save the first Massachusetts MLD child through newborn screening. Thank you.
	
