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All things Homocystinuria: patient stories, resources, research, events and more!




HCU HERO:

VICTOR FROM ARIZONA

In 1989 my twin brother and | were
diagnosed with classical HCU as
newborns. My parents told me they got a
call from the hospital informing them that
my newborn screening test was abnormal.
They were concerned because they had
never heard of this rare disorder before

and didn't know what to expect. | was

lucky enough that my parents started my %!
HCU treatment and medications, along “g@“
with food restrictions, right away when |
they got the information that they needed

Victor (right) & his twin brother Vicente (left)

from the nutritionist.

Growing up with HCU was difficult, especially in elementary school. My mom
would make my lunch every day until | was old enough to pack my own lunches.
| missed out on a lot of pizza and ice cream parties. It wasn't until about éth
grade when | was able to make my own choices within the school cafeteria,
and by that time | was pretty knowledgeable as to my diet and what | could
and could not eat. High school was easy as well because | would just buy food
from the café or vending machine to get me by until | got home from school. |
enjoyed eating french fries and chips, and these were my go-to choices when |
was younger in school (not the healthiest choices, but it worked for mel).

| would explain my condition to my teachers and friends by saying that my body
can't break down high amounts of protein, so I'm on a low protein diet and if | eat
too much of it, | can have a bunch of health problems as | get older. | eventually
just started telling everyone that | was vegan, because it was becoming more
popular and easier for people to understand, and if they kept prying, | would tell
them | had HCU and that's why | was eating mostly vegan.



Formula and medication weren't too hard to manage, because my parents always
stayed on me and my twin brother take it, every day. | used to hate drinking the
formula as a kid, even with a bunch of orange tang to mask the flavor! As | got
older, | developed a different pallet and can drink the formula with no flavorings. It
does not taste good, but I'm used to the taste. After 34 years, you just deal with it!

Growing up | enjoyed skateboarding, riding my bike, being outside and playing
hide and seek or tag with my neighborhood friends. Even a game of baseball
or tackle football was fun - we liked rough housing as kids. | loved playing
Nintendo and PC games and | still enjoy gaming, especially playing
RuneScape. It's been 20 years now of playing that game off and on.

As an adult, my disorder has never really affected my family. My family has
always been very accommodating of my diet and at family functions, they've
always set aside a special meal for me and my brother to eat.

My biggest challenge as an adult is
remembering to take or refill my
medications. My loving girlfriend helps
a lot now by reminding me to take my
medication or order more, so that | stay
on track with everything. To help me

keep track of medications, | will often
write things on a calendar or set alarms !
on my phone. With time, it's getting
easier to manage everything.

Another challenge that I've faced as an
adult was having lung surgery, and the
recovery that came with it. I've been
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dealing with Valley Fever for over 10
years now. Valley Fever is an infection
that's caused by a fungus that grows in
the soil in the Southwestern US and it _
attacks the lungs. There is no cure for it, just a control medication. When | was 22,



a lung doctor said | could stop taking the medication and my body would fight
on its own and | shouldn't get sick again. However, at 29, the infection came
back and had eaten away at my lungs. It put me in the hospital, and | almost
died. Doctors were not sure if my HCU had anything to do with my immune
system not being strong enough to fight it off or not. After the surgery, my lung
also took over 3 months to heal, and because of my HCU, they were concerned
about the potential for blood clots. But here | am today, 5 years later, and
thankfully there have been no further complications, and my condition is stable.
That was a very difficult time, but it made me stronger mentally and physically,
and now I'm back in action riding my bike and going to Muay Thai, a style of
boxing that | enjoy, 3 times a week.

Being on a low protein diet is another challenge that having
HCU presents. Traveling is kind of hard, but I've learned to
just research local vegan dishes whenever | plan to travel,
and it works out. Speaking of the diet, I'm not always the
best at it. But, for the most part, | still drink my prescribed
formula and eat a vegan diet. | always check nutrition
labels when available and | stay away from all meats, fish,
and animal products. This has all helped me be able to
manage my condition through diet really well over the
years. | shop at Sprouts and Whole Foods often - you can
really find a wide range of products that are vegan and low
protein! I's all about reading the nutrition labels. And | still
love eating the Cambrooke pastas!

You can really find a wide range
of products that are vegan and
low protein! It's all about
reading the nutrition labels.



As a working adult, my HCU has been easy for me to manage. I'm an
HVAC-R technician, so | mostly work alone. I'll pack a lunch or stop and
grab something at a local fast-food place, grocery store or gas station. My
close co-workers know about my condition, so they'll ask me where | want
to eat if we meet up for lunch because they understand my dietary
restrictions. | like to keep my friendship circle small because I've always
kept to myself - | can count on two hands my friends who know about my
condition. The people who just know me or | consider my acquaintance just
think I'm vegan.

My advice for anyone living with
classical HCU is to drink your
formula, take your medications,
and read nutrition labels! | can't
speak for everyone, but a vegan
diet has been working well for me.

| know everyone's body works
differently, so be safe when
experimenting with what diet works

best for you. And don't be scared -
to live your life to the fullest! Go = —

out in the world and try new foods that work within your diet or try a new activity!
I've always lived my life saying you only live once, so I'm going to make the most out
of it. (Can you tell that I've always been the wild twin?).

My hope for my future is just to live a healthy life and take care of my newborn
son, Dazai. I'm hopeful that one day I'll be able to take a medication that will
allow me to eat whatever | want without restrictions. | love food and traveling;
the world is big, and I've seen so much food | would love to try one day! But, until
then, | hope HCU gets more attention and support to find a cure or even
something to make it okay to intake more protein.

To read Victor's story on our website, visit

https://hcunetworkamerica.org/victor-arizona/



https://hcunetworkamerica.org/victor-arizona/

Will YOU be our next HCU HERO?

ell us:
How you or your child was diagnosed?
How has HCU affected you, your family and relationships?
What are some of your successes with HCU
What are some of your challenges you have faced?
« How have you overcome them?
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What words of advice would you give to newly diagnosed

families?

For other patient stories, visit:
https://hecunetworkarnerica.org/patient-stories

Email your story to: info@hcunetworkamerica.org

GOTHEEXTRAMILEFORHCU
WALK, RUN, RIDE | MAY 131,200
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Email us:
dbartke@®hcunetworkamerica.org




What is an EL-PFDD
meeting & what
does it mean for
our community?

Externally led patient-focused drug development (EL-PFDD)
meetings bring together patients and care partners, FDA
representatives, pharmaceutical companies, doctors who are
experts in the particular disease, and other stakeholders.

For the meeting on Classical HCU, the goal is to hear from
patients on what it's like to live with the condition so that we
can better understand the patient experience. This
information can help the FDA to make informed decisions on
approvals of potential medicines for Classical HCU, and
pharmaceutical companies to design clinical trials that are
meaningful for patients.

September 28, 2023, at 4 pm ET October 27, 2023, at 10am to 3 pm ET

Come find out:

=« Why is an EL-PFDD important to Register now e@ise

our community

» What to expect when attending

i

https://bit.ly/hcu-elpfdd o0

the HCU EL-PFDD meeting



https://www.eventbrite.com/o/hcu-network-america-30163980100
https://hcunetworkamerica.org/patient-focused-drug-development-el-pfdd-meeting-on-classical-hcu/
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Eat Well, Live Weil.

AlINOMOTO

Register: https://hcunetworkamerica.org/virtual-meet-ups/

Cobalamin Disorders w/HCU Community Virtual Meet-up

i =l Back to School Edition: R &R €108 (27 RN

Tuesday, August 1, 2023 | Spm PT |6 pmMT | Y pm CT | 8 pm ET

Meet your facilitator: Brandon!

Brandon Tornes lves in the high desart of Southwest ‘Wyoming i the small town of Green Bever with his wife Shandra
and two children, Madyson and Mason. Their story in the HCU world begen when Mason's new bor blood screening
picked sommething wp-and he was send to Children's Hospital of Coloradia's NICU where he was diagnosad with Chl €.
Brandon | an avid madntain biker snd enjoys camping, fishing, snd hedping with Mason's Cub Scowt pack:
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Request a sample today!

Call Customer Service at
866 456 9776, option #2, for assistance

CAMBROOKE

AA

Plus

POWDER

Order your low protein food at
cambrooke.com


https://www.eventbrite.com/o/hcu-network-america-30163980100
https://hcunetworkamerica.org/virtual-meet-ups/

RARE

IN EVERY DISTRICT, MA

August 7-18, 2023

Senate meetings will be virtual only. Each

advocate will have the opportunity to virtually
meet with both of their U.S Senators.

Register today!
Registration closes July 11.

Training webinars provided!

 July 18th, 2:00 pm ET: Rare Across America General Training Webinar
« July 25th, 2:00 pm ET: Share Your Story with Policymakers Webinar
 July 27th, 2:00pm ET: Team Coordinator Training Webinar

Click here to register!



https://everylifefoundation.org/rare-advocates/rare-across-america/

Newborn Screening & HCU

International Neonatal Screening Day was observed on
June 28, the birthday of Dr. Robert Guthrie, who pioneered
newborn screening.

Newborn Screening Is a Lifesaver

Learn more about a new test to help babies with rare genetic disease
get faster treatment.

Liz and Don Carter enjoyed their annual family summer vacation in
Myrtle Beach, S.C., in 2018 with their two sons, ages 5 and 2. The boys
thrilled to the magic and excitement of the occean. They laughed,
splashed in the water, and squished sand between their toes.

But the happy scene changed on the drive home. Elliott, the 2-year-old,

became ill and started vomiting. He appeared to have a typical virus,
but Liz Carter began to worry after a few days went by with no

improvement. She took him to the children's emergency room, where Liz, Grayson, Don, and Elliott Carter share precious time together.
the doctor seemed to chalk up her son's illness to a virus that would {Photo courtesy of Liz Carter}
pass soon.

New Test Could Help Newborns with HCU Get Faster Treatment

Thanks to researchers at the Centers for Disease Control and
Prevention (CDC), a new way to screen for HCU in newborns will scon ].(f
be available. 1

The new test measures homocysteine levels directly. It can be done at
the same time as other screening tests, and on the same blood spot
sample from the baby. This will allow babies with HCU to receive care
and treatment much faster, before any symptoms occur.

“Our new test makes homocysteine analysis easier, solving a two-
decades-old problem, and hopefully making cases like Elliott's less
common. The test increases the specificity for HCU screening,”
explains Austin Pickens, PhD, research and development team lead
for CDC's Biochemical Mass Spectrometry Laboratory.

The CDC study on HCU screening [4 was published in early 2023 in
the American Association for Clinical Chemistry's Clinical Chemistry
journal. “This is a significant step to greatly improve quality of life for
infants with HCU,"” declares Konstantinos Petritis, PhD, chief of CDC's Baby Elliott in intensive care
Biochemical Mass Spectrometry Laboratory. (EboB Eatit s QiR ot

Accurate testing means that care and treatment can start
immediately, allowing newborns to avoid lifelong health problems or an early death.

here


https://www.cdc.gov/nceh/features/newbornscreening-program/index.html#print

Newborn Screening & HCU

Our Executive Director, Danae' Bartke, was featured in the June
Spotlight on Newborn Screening edition of Rare Revolution Magazine!

Danaé's story

Although sha |5 five years oldar than hor brather Gaemet,
Danaé Bartha's siory begins with his diagnosis in 1995,
just balore hea fifth binhday. Darss explaing hat whan
Garest was bam b ssed svery one. The tamiy's
PaOCATCAN CamMiERad BTy CONCarne Danad's moihar
had, s&yng Boys dovelop sknver and he would
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sibkngs and 2o hey were also ioid that because he had
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years old
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The importance of early diagnosis

There are many cansaguences of a late diagnosts of
HECUL which can woesen I lefl unirgated. Tra affect on
he oyes can be acule. Many people with HOL are shoet-
sighted But, il URlreated, e viskin Can detenoals oved
tima, olten meaning a loss of indepandance. Gradual
lang JiEioCalion can aleo resul in bEndnes. Garrels
lensos woee evenlually removed and Danad experienced
lang disocation al college i o aarty tvdnties. Il was
territying because | could sea whal was happening.”
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late chagriosis. Sadly, blood dots have proved fatal for
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Treating HCU

There are twa types of HOL: pyridewing {vilamin B)
respormsive and pyridoxing ronrespoe Pyridaxing
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Missed diagnoses
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DID YOU KNOW?

Thank you to
Rare Revolution
Magazine for
helping to bring
awareness to this
important issue!

Homocystinuria was added to the Recommended

Newborn Screening Panel (RUSP) in 2009, but

experts have estimated that up to 20-50% of Bé
non-responsive HCU patients are missed by

current Newborn Screening approaches.

Read the full article (on pgs 12-15) to learn more about

HCU Network America's mission to improve Newborn

Screening for HCU!


https://edition.pagesuite-professional.co.uk/html5/reader/production/default.aspx?pubname=&edid=4f763e40-312d-4a12-9d9e-30287e783374

Now includes funding assistance for
medical formula AND low protein foods!

CLASSICAL HOMOCYSTINURIA
MEDICAL ASSISTANCE PROGRAM

What is the purpose of this program?

Having a rare disease is difficult. Adding in the complex care required to
treat or manage that disease and figuring out how to pay for it makes a MEDIEM_

rare diagnosis even harder. ASSISIANCE

NORD's Classical HCU Medical Assistance Program offers eligible
individuals diagnosed with Classical Homocystinuria financial support
to pay for the low protein foods and physician prescribed medical
formulas necessary in managing this HCU diagnosis.

NORD's HCU Medical Assistance Program opened thanks to a generous
donation from the HCU Network America.

Who is eligible to apply? NORD is Here for You
This program is designed to help patients who: NORD, a 501(c)(3) organization, is a patient
+ Have a diagnaosis of Classical Homocystinuria.

- Are a United States citizen or U.5. resident of six (6)
months or greater with evidence of residency such as a T
utility bill showing the patient’s name and address, serve them. NORD, along with its more than 200

- Meet the pragram’s financial eligibility criteria. patient organization members, is committed to

the identification, treatment, and cure of rare

advocacy organization dedicated to individuals

with rare diseases and the organizations that

disorders through programs of education,
advocacy, research, and patient services.

What is the app!inatiun prm:ess? MNORD was founded by families struggling to

Patients may be referred to the program by their health care obtain occess to treatments and whase
provider, their case managers, or they may self-refer.

A MORD Patient Services Representative will guide the
applicant through the application process and verify

advocacy for change led to the passage of the
Crphan Drug Act in 1983, NORD assists efigible

eligibility for inclusion in the HCU Program. patients (those with medical and financial

Awards are based on meeting eligibility criteria, funding needs) in affording the treatments and medical

avallability, and are made on a first-come, first serve basis. services their healthcare professionals have
prescribed,

Alone we are rare. Together we are strong.®




How do | get more information and apply?
Contact NORD's Classical HCU Medical Assistance Program

Monday-Thursday 8:30am — 7:00pm ET
Friday 8:30 am — 6:00pm ET

203-616-4327
203-635-4163

hecu@rarediseases.org

US MAIL to: NORD

fatentionchicl iegam hat happens if an applicant does not meet the
55 Kenaosia Avenue SEE : et
Danbury, CT 06810 criteria of the Electronic Income Verification?
The NORD Patient Services Representative will offer ta e-mail,
fax, or mail the brief program application and disclosure forms
to the patient. The applicant may then complete the
application, sign the disclosure form, provide the appropriate
financial documentation to verify financial need, and return
them via fax, email, or USPS mail.

What assistance does NORD provide?

+ The Classical HCU Medical Assistance Program assists
eligible individuals with out-of-pocket costs to purchase
low protein foods and physician prescribed medical
formulas. Individuals approved for assistance in this

How does NORD demonstrate compliance with

program will be issued a PEX card. The PEX card is a ngllI&“ﬂl'lS req uired of charities?

prepaid expense card to be used for the purchase of low - NORD independently designs its patient assistance
protein foods or physician prescribed medical formulas programs based on the needs of specific patient
only. communities.

« Upon receipt of the card, the cardholder will contact NORD to
request card activation. The card will be funded based on
program award caps set for the program (this cap will be
discussed with individuals upon enrollment in the pragram..

=t is necessary for the individual to submit receiptson a
monthly basis evidencing card utilization for the
purchase of low protein foods or medical formulas for

+ Mo pharmaceutical company or donor controls or
influences our programs.

« Qur patient assistance decisions are based on consistently
applied financial eligibility criteria and diagnosis only.

Patients have their choice of health care provider,
treatment and treatment location, and can make changes

the previous month. at any time.
> Funds will not be added to the card until the previous + Patients’ privacy and well-being are priorities at NORD. We
month's receipts have been received by NORD. do not share or provide patient names or data with donors,

nor do we disclose or identify donors to patients. Patients
are able to make the choices that are best for them
because NORD's assistance covers all FDA-approved
products available for a diagnosis. Our programs also help

Once a patient is accepted into the assistance with more than medication: patients can use their funds to

igihla? pay for other physician prescribed services related to their
pmgram(s] how Inng e ““W B|Igl|]|ﬂ. diagnosis, such as laboratory and diagnostic testing,

Awards are issued for a calendar year. physical and occupational therapy, durable medical and
adaptive equipment, and travel to medical appointments.

> The card may only be utilized for the purchase of low
protein foods up to the monthly program limit,

Patients are encouraged to reapply annually if continued
assistance is needed.

X1t .
& NORD

©2021 NORD. All rights reserved. NORD, its icon, RareCare and tagline are registered trademarks of The National

Organization for Rare Disorders. NORD is a registered 501(<)(3) organization. NORD does not recommend or endorse

any particular medical treatment but encourages patients to seek the advice of their clinicians. Donations to NORD K

for this and other programs may be made by contacting NORD at rarediseases.org. NRD-2131 I'a rEd ISBESES.U rg




Makes 1 pie= 16 small slices
Ingredients:

4 TBSP Butter, softened

227 g Daiya Cream Cheeze,
Plain, room temperature

1/2 c Creamy Speculoos
Cookie Butter

1tsp Vanilla Extract

170 g Cool Whip

1 crust(s) Graham Cracker
Crust, 9-inch

Directions:

1. Prior to mixing make sure the butter and cream
cheese are soft enough to cream together. In a mixer
with a paddle attachment, cream together the butter
and cream cheese until light and well blended. Add
the cookie butter and vanilla and mix until creamy.

Remove the mixing bowl and fold in the cool whip. Try

not to over mix as the cool whip helps to make the pie

light and fluffy.

2. Pour the filling into your graham cracker crust.
Refrigerate for at least one hour to set. Serve and
enjoy!

Notes:

You can prepare your own graham cracker crust using
Brenda's graham cracker on HowMuchPhe recipe to
lower protein or PHE.




July 2023, HCU & You: Ask Methia

Dear Methiaq,

| need some new flavors in my life!

| am bored with the foods | eat! | feel like | have been eating the same foods every day for my whole life! | am
so tired of the same steamed veggies or low protein pasta and red sauce that | am often tempted to veer off
diet (| don't though!). | read about adding spices or different flavors to foods, but | get so nervous about it
having protein or knowing what goes with what. Can you help?!

Thanks!
Help Me Spice It Up

Dear Spice it Up,

Flavor fatigue is a very common thing. Most people get into a food rut, even those who do not have special diets.
Spices can add so much flavor and help give variety, along with trying different cooking methods! Let me walk you
through a few things that you can start implementing today!

Spices 101: Spices can take you on a journey around the world! You can add one spice or many, creating different
flavor profiles and increasing the flavor to your liking. Spices are the seeds, leaves, roots, and sometimes flowers of a
plant. They can be used whole or ground and come in fresh or dried.

What about adding protein? Ground spices are typically zero protein, which makes them great for a low-protein
diet! To note, it's important to be aware when using spice mixes or whole seeds in large amounts, as the mix may
include additional ingredients that may have protein. Best to always glance at the label before using, to be safel

How to use? There really is no wrongs when it comes to spices! Use them before, during or after cooking. The more
you use, the stronger the flavor. You can play with what you like and experiment! There are great resources online to
find common uses and combinations for spices. For example, basil and tomatoes or everything but the bagel
seasoning and avecado! Cinnamon and honey are a great way to bring out the sweetness of winter squash or sweet
potato. | encourage you to pick up a couple of spice mixes the next time you are at the grocery and experiment with
different foods. You can even mix them with an cil of your choice to make a quick vinaigrette to top salad, pasta, or
roasted veggies!

Bonus Tip: Spices can add so much, but so can cooking your foods in a different way! Always steaming from a
frozen bag? Try roasting in the oven or using an air fryer to bring out a more rich flavor. Mashing or pureeing will give
a new texture. And sauteing or grilling depending on the time of year will give that yummy char!

We know that it takes some thought and effort to make food fun, but using simple tricks like spices or a new cooking
preparation can really go a long way!

Sincerely,
Methia




HCU HEROES

What is a virtual race? _ How do you know how many miles |
completed?

How do my miles translate to money raised?

Per Individual: $30 Check out
Per Family (up to 4 - 1 mailing address): $75 our swag!

Learn more or register at



https://charity.pledgeit.org/HCURaceforResearch

| S T
ZBRESEARCHa

WALK 7 RUNZ RIDE ® ®e R HEROES IN THE MAKING

Learn more & register at


https://charity.pledgeit.org/HCURaceforResearch

You're Helping:
HCU Network America

| lu

Book Travel and earn a Donation for
HCU Network America.

Traveling this
summer?

Sign up with

Expedia Hawaiian Airlines

0.8% Donation

_ iGive to and set
|

your charity to

Book a rustic cabin in the woods or a Fly Hawaiian's widebody airplanes and

luxury cabin for your summer vacay! enjoy non-stop service options! H C U N e‘l'WO r‘k
Americal

Zemi Miches

All-Inclusive Resort
Curio Collection by Hilton

Hilton Hotels & Resorts Hertz

0.4% Donation 1.2% Donation

Book Hilton for All-Inclusive Escapes. Go electric and save up to 30%!

WWW.igive.com



http://www.igive.com/

We have travel resource

AN INTERVIEW WITH ADAM SETTLE
ABOUT ADAM

Adam is a 21-year-old from the
Harrisburg suburbs of Pennsylvania. Adam
comes from a big family, and despite
being the youngest, he is the only one to
have been diagnased with Cobalamin C
deficiency. Adam was fortunate to be one
of the first children diagnosed through
the stote’s newborn sereening program.
Daspite his being legally blind, and having
Cobalemin C, those whe know Adom
would describe him as outgoing,
compassionate, adventurous, and

determined. Since you are traveling alone now,
In the book about Adam's |ife - No Day Wosted, how does that Ghﬂl’lgﬂ how you Plﬂl'l
the Adam Settle Stary his mom summaed him up and prepare for your \h‘ip?

in a way | think fits Adam perfactly.

My parents helped me make sure | hove all my medication

“With his desire to be normol, ta overcame, 1o ready to go. My dad prefilled the syringes of my BI2 for
not be hampared by his medical condition, the trip, typically the syringes are not prefillad and the
Adam wanted to try evarything. He got hurt BI2, syringes ond plunger ore oll packed separately, but in
along the way, but that did not slew him the same bag. Once all my meds are packad,

down, No matter hew many bumps or bruises my backpack that | carry en with me. This mal

Adam endured, he guickly beunced bock, I they nead to look at my medications,

ready for the next new experlence.., God

made it very clear to me Adam was not fo be Y h " d i & M
bowed up or bubbled up, Ho is here fora our bags are packed, youre ’t w
purpese, and we need te let him go.” go and now you are at the air

T —— Talk to me about navigating :

avercome is shown In all aspects of his life, airport - what tools are helpf
SAEAINIE: In A e 16 eed T AdE g ook th' selitanost P Fl’a A REVIEW OF TRAVEL TIPS | TRICKS | EXPERIENCES
you raad o lot about the adventures he has bean ar a ce from pecp!
on with his family - Canada, Combedio. Africa, ﬂBOd. ABO UT ME
italy, Florida, Dubai - he is quite the traveler! : :
Recently though Adom took his first solo trip fo luse an app called Aicg. Unfortunately, the | Danielle B. i Winter Park FL
Indiena, 50 we sat down with him te catch up. airport is not partnered with them, and | didn My name is Danielle and | have Classical
paid version, which would have let me have HCU B-& Non-Responsive. | was diagnosed
this airpert. through Newborn Screening at 10 days ald,

My treatment plan consists of HCU Lephlex
LQ fermula, Cystadone (Betoine), Folic Acid,
B-Complex and Aspirin. | live in o suburb of

Prior to your t”P did you have | almest gat turned around in the airpart. Af
any worries about iruve!lng Security, | asked them where 10 go and they o

Iaft and take the stairs. | had my backpack o
alone? my loft hand, and my luggage .:m, right and Orlenda, FL with my husband, Irving Boez, 3
down the stairs - but the stairs hod tweo sets children [Irving, Julien, Christian), and 3 mini

Yes! I've always had someone with me and this

| platform in between). When I got to the platf schnauzers {(Mango, Bruce, Chichi). Lastly,
we LOVE to trovel!

AIR TRAVEL PREP TIPS @

Tip: Never Check Medicinel Travel Hacks

= Whaen traveling internationally, now | bring encugh
medication to cover an additional 5 doys incase 1@
quaranting and need to hove more shipped te me,
Have o comiortable bockpock thal can fif undernec
airplane seat. It usually is your baskposk that gees
you everywhore

Check yaur levels before you travel. | like doing this
know where | stand in case any emergencies arise.

Masseu, Bahamas {208}

Many aldinag allow, o medizal bag os.an
additional carry an, free of charge, as leng os
the bog does not contain any othar non.
madical items. While this is o great offer, |
actually hove never tried it! For air travel, | use
a bockpock and roller-board, If questioned, |
pock my purse in my backpack which satisfies
the 1 overhead/| under-seot limitations,
Farmula is packed in plastic bags and when
time for 754 | pull out the plastic bags filled

with the furmulru and Dtuc:on the lS-?\ “bin". TOP TRAVEL EATS
Normally, #oz liquids do not got pulled. Due ta
the amount | carry, thaot rule vsually does not
opply with HCU trovels.

LAND
Tip: Insuleted sandwich bags optiar

Having traveled by Amtrak, Horth-South Boad Caribbean Favs: Local fruit, Plantaing, Zucchini Bac
trips, LUbars frem the city 1o the jungle, with solsofsouces

insuloted bogafsandwich bags hove been the Central American Favs! salads with salsa, vegetaric
biggest formule help. They keep foad fresh and Cosades, yuca fries

pro-mixed fermulo celd! Pairing with my hydro African Favs; Fufu, curries, ckro dishes

flask | have no werrigs maintaining fermula. | Eurapoan Fovs: Eggless Crapos, Sofiron rice

alss bring along snacks such as driad/frash
fruit, Original Fringles (to help with altitude

changes), and granola bars. Keeping it lo-pro @.
Sr 1hy roasl seares v for  goad diarer 1o FUN MEMORIES

Explore through food!

» 1/4 cup rice + mixed veggios is my “safe meal” for
countries,

Modify/mix-mateh menu tems

Eat laeal, it saves and usually pravides fresh adapt

B

o

colabrote at your final destination

&
Tip: Bring the formula and fun! S35

Cruiging is by FAR the easiest experiense. Use extrame
detail when making your reservation. | have found
referencing FKU has helped o lot. | have never brought
la-mrn fnnd nn A froies and havs alwave antan liks n

Click to check out our travel & special edition topics!



https://hcunetworkamerica.org/special-edition-topics/

HOMOCYSTINURIAS

DATA COLLECTION PROGRAM

The Homocystinurias affect multiple
systems of the body!

s @

i

<=

>

&

Your quality of life matters!

> Head to https://homocystinuria.rare-x.org/ to complete
the Health & Development & Quality of Life surveys!

Bha '_3-: NHETcngK |_| CU o, Aum?* POWERED BY R AR E"j;

X AMERICA



https://homocystinuria.rare-x.org/

Now Available!

Betaine Anhydrous
for Oral Solution 180 gm

Copay support g Financial support

Eton Cares can help eligible, Patients who do not have insurance and meet certain
commercially insured patients get their financial requirements may be eligible for additional
medication for as little as SO per month* financial support from our Patient Assistance Program*

*Restrictions, limitations, and/or eligibility requirements may apply. For patients who are not elibile for copay support or who
need additional financial assistance, Eton Cares can help connect you with alternative forms of medication coverage or provide
referrals to other possible sources of funding.

can provide copay and financial support.

Have your doctor com!)lete the Click Here
referral form to prescribe and enroll.

IMPORTANT SAFETY INFORMATION

Warnings and Precautions

Hypermethioninemia in Patients with CBS Deficiency: Betaine Anhydrous may worsen high methionine blood levels and
accumulation of excess fluid in the brain has been reported. If you have been told you have CBS deficiency, your doctor
will be monitoring your methionine blood levels to see if changes in your diet and dosage are necessary.

Adverse Reactions

Most common side effects were nausea and gastrointestinal distress, based on a survey of doctors.
To report a suspected adverse event related to Betaine Anhydrous, contact Eton Pharmaceuticals, Inc. at 1-855-224-0233
or the U.S. Food and Drug Administration (FDA) at http://www.fda.gov/MedWatch or call 1-800-FDA-1088.

INDICATIONS AND USAGE

Betaine anhydrous for oral solution is indicated in children and adults for the treatment of homocystinuria to decrease
high homocysteine blood levels. Homocystinuria is a rare genetic disorder in which there is an abnormal accumulation of
the amino acid homocysteine in the blood and urine. The following are considered to be homocystinuria disorders:

+ Cystathionine beta-synthase (CBS) deficiency

+ 5,10-methylenetetrahydrofolate reductase (MTHFR) deficiency

+ Cobalamin cofactor metabolism (cbl) defect e O I l PHARMACEUTICALS
Please see enclosed Full Prescribing Information for more information.
TCystadane is a registered trademark of Recordati Orphan Drugs SAS, not affiliated with Eton Pharmaceuticals. 1402-v2


http://www.betaineus.com/HCP/referral

_Acappella _
NOW ENROLLIN

ACAPPELLA Study o

Classical Homocyst'f L

Travere Therapeutics is enrolling children and adults with classical homocystinuria (HCU)

in a ACAPPELLA Study. The goal is to learn more about classical HCU and the course of the
disease. Information gained from this study may help to improve understanding of HCU and
help other patients, families, healthcare providers, and researchers to design new clinical
research studies and therapies. No investigational medicine will be given to participants.

Approximately 150 participants will take part at sites in the US, Europe, and other
countries around the world. The study will include three key stages (screening,
enrollment, and observational follow-up) and will last approximately 6.5 years.

You (or your child) may be eligible to participate in the ACAPPELLA Study if you:

» Have been diagnosed with HCU
 Are 1-65 years of age

You (or your child) will need to meet all other study criteria to take part in the
ACAPPELLA Study.

For additional information about the ACAPPELLA Study, please go to:

https://www.clinicaltrials.gov/ct2/show/NCT02998710

You may be able to receive payment for time and travel when you participate in this study.
Talk with your doctor and family members about joining the ACAPPELLA Study.
Sites are open and currently enrolling participants.

For new participants, we now have an option for the study to come to you! (decentralized site).
Please inquire to learn more.*

If you have any questions, please email:

medinfo@travere.com

For more information, please scan the QR code
or visit www.hcuconnection.com

*Restrictions apply ,
MA-PE-22-0004. March 2023 @ TH ERAPEUTICS



Contact Register

What is the contact register?

The contact register is a secured private survey that allows you to share information on you or your
family member with HCU with us. This includes where you are from, your relationship to homocystinuria,
the patient’s birthdate, gender, their exact diagnosis (e.g. CBS, cobalamin, or MTHFR), how they were
diagnosed, and if the patient was diagnosed through newborn screening. This information is kept
confidential and will not be shared unless you give us permission. By registering, you will be able to
identify other patients in your state and request their contact information. You will also be able to
access information posted over time that can only be shared with the patient community. (For
example, we may have webinars that the expert presenter does not want

to be publicly available, but is willing to share with the HCU community.) FOLLOW

What will this information be used for? US
HCU Network America strives to inform patients and families with

resources, create connections, and support advancement of diagnosis

and treatment of HCU and related disorders. The information you provide

helps us succeed in our mission - plan events, develop resources and

educational tools, and ensure everything is being done to support timely

and accurate diagnosis from birth. It also allows us to have informed

conversations with doctors, pharmaceutical companies, and law makers.

Your information helps us understand the landscape better so we can

better advocate for youl!

How do | participate?

The contact register form takes approximately 3-5 minutes to complete.
You can find the form either by visiting our website and clicking on the
“Contact Register” tab, or you can fill it out by going directly to:
https://www.surveymonkey.com/r/HCUContact



https://www.facebook.com/HCUNetworkAmerica/
https://www.instagram.com/hcu_network_america/
https://twitter.com/HCUAmerica
https://www.youtube.com/channel/UCdYChYZ3uMTGIpM0rBkmyaw
https://www.linkedin.com/company/hcu-network-america

