Company

About Us

Terms of Service
Privacy Policy
Contact Us

TS NEWS

Publish on TrialSite

Writing Best Practices
Why TrialSite?

Follow Us

@ YouTube
YW Twitter
ﬂ Facebook

What Happened to Broadly
Accessible Gene Therapy?
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The opinions expressed in this article are solely those of the author and do not necessarily reflect the views or
opinions of TrialSite Inc., its staff, or its affiliates. The information provided is based on the author's
understanding and knowledge at the time of writing and is subject to change as new information becomes
available. Readers are encouraged to seek diverse perspectives and perform their own research before
forming their own opinion.

As the year 2000 crept in, the Y2K bug imperiled life as we once knew it, threatening to
wreak havoc with our computers and the world's networks. Seven months later, in July, even
bigger news, which was actually true, had parts of the world trembling with joy. In Letters to
Nature, published in Nature (magazine) a team of scientists led by Dr. Michel Sadelain
informed the world that they expressed the human [3-globin gene in mice. The suspected
result was that the two largest genetic blood diseases in the world, Sickle Cell Disease (SCD)
and [3-thalassemia (Thal), would shortly be cured.

Unfortunately, this did not go quite as the scientists or patients had hoped. Finally, over 23
years later on December 7, 2023, both Bluebird Bio’s Lyfgenia gene replacement and Casgevy,
CRISPR’s gene editing, were approved, for $3.1M and $2.2M per patient..

Zynteglo, an identical product to Lyfgenia, was approved in 2022 for Thal at $2.8M. There
are 70-80 times more SCD patients than Thal patients in the U.S. An increase in price

challenges traditional logic.

After all the fanfare, it is projected that less than 100 patients will be cured by both of these
products combined this year. The reason? No one, not even the U.S. government, can afford

it,
How did the price get there?

Dr. Michel Sadelain is viewed by many as the scientific father of gene therapy. Since 2019,
TrialSite News has been following this scientific saga through the eyes and experiences of the

man who works to democratize gene therapy, Patrick Girondi.

It would be very difficult to arrive at a more unlikely team. In fact, we'd have to reach back to
over a century ago in 1917, when Henry Monsky, an attorney funded the Roman Catholic
priest, Father Flanagan’s “Boystown,” in Omaha, Nebraska. For those of you who have heard

of Spencer Tracy, he won an Oscar for depicting Fr. Flanagan in the film Boystown.

Dr. Michel Sadelain continues to shine. This year, the French researcher won the Oscar of
Science, at the tenth Breakthrough Prize Ceremony at the Academy Museum of Motion

Pictures in Los Angeles, California, for his research therapy in Car-T cells to cure cancer.

Dr. Sadelain and Mr. Girondi were introduced to each other in Rome, Italy in August of 2000
by Dr. Angela Iacono, the president of the Italian Giambrone Thalassemia Foundation. Dr.
Sadelain, (formerly employed at Memorial Sloan Kettering Cancer Center) is Director of the

Columbia Initiative in Cell Engineering and Therapy at Columbia University.

“I, a high school dropout, was a “Rags to Riches” guest on Oprah, and I appeared in Playgirl
as one of America’s Most Eligible Bachelors but some years later, my eldest son, Rocco was
diagnosed with Thalassemia. I was told that he wouldn’t make it to his teenage years. During

this dangerous time, blood transfusions were like playing Russian roulette, the sacks loaded
with AIDS and Hepatitis C”

Girondi continued, “Dr. Sadelain explained his gene therapy to me, and I instantly knew that I
had found the solution,” Girondi says. “I made the project a priority. I raffled my Rolls Royce
to fund research and put everything I had into the cure’”

Although the New York Times and Bloomberg News have written articles on this same
subject, TrialSite News is the only venue that has continually followed this critical drama,

important for patients and the entire world.

In 2010, Mr. Girondi’s San Rocco Therapeutics (SRT) delivered the world’s first commercial
batch of gene therapy for 8-10 patients. Until then, Bluebird Bio (BLUE), SRT’s only

competition, had made their product patient-by-patient.

SRT was at least 5 years ahead of Bluebird Bio. For example, SRT received Orphan Drug
Designation, the coveted FDA appointment in 2006; while Bluebird received the designation
years later in 2013.

Third Rock Ventures and Bluebird Bio PowerPoints prove that both entities knew of the
superiority of the Sadelain product. They made contact. Mr. Girondi met with Mr. Nick

Leschly. No agreement was reached.

Mr. Girondi states that the cost of treating a patient in the U.S. with gene replacement
therapy is close to $500,000 per patient and that gene editing, such as CRISPR’s Casgevy

takes much more time and that the cost is likely twice that amount.

Back to our saga; In 2007, Dr. Craig B Thompson founded Agios Pharma (AGIO), a publicly

traded company developing precision therapies in oncology.

Third Rock Ventures was a significant Agios shareholder and led and participated in raises in
Agios of over $100M between 2007-11.

In 2010, Third Rock Ventures purchased Genetix, a French company with a competing, albeit
inferior product to Dr. Sadelain/SRT’s own gene replacement therapy vector. Genetix’s name
was changed to Bluebird Bio and Nick Leschly, a founder of Third Rock Ventures became the
CEO of Bluebird.

Dr. Thompson was a known personality. In 2010, he became the CEO of Memorial Sloan
Kettering (MSK). In 2011, the University of Pennsylvania sued him for IP theft. In a front-
page NY Times article, Thompson was called by the Abrams Cancer Center and the
University of Pennsylvania where he was employed for 11 years, “an unscrupulous doctor”
who “chose to abscond with the fruits of the Abramson largess” He was accused of using this

IP to found Agios Pharma (AGIO). The case was settled out of court in 2012.

Court documents demonstrate that to avoid the appearance of conflict Leschly and
Thompson used a go-between. Corporate minutes were changed and a war was waged
against behind for profit and nonprofit corporate walls to get the Sadelain research owned by

San Rocco Therapeutics into Bluebird Bio’s beak.

TrialSite News interviewed Mr. Girondi, “the Family Man” This author learned of the
unfolding conflicts and was compelled to call out the truth. By 2011, Mr. Girondi’s
relationship with Memorial Sloan Kettering had changed. “I was confused,” Girondi says. “I

did not want the treatment to stall. I handed the bataan to MSK”

In 2013, JP Morgan reported that the price of the Bluebird product would have a base case
price of $750,000 per patient, translating into peak sales of - $ 1.175 billion.

Girondi says, “By 2015, Bluebird Bio was racing ahead with what I felt was an unsafe

product. I filed in court to retake control of the project”

Finally, in 2018 Mr. Girondi was allowed to read court evidence dug up in discovery. “It was

unsettling,” Mr. Girondi says.

On December 31, 2018, the New York Times published the article “Season of Turmoil,”

reviewing numerous scandals that occurred at MSK in 2018.

Scandals are also no stranger to the Leschly family which also has deep roots in Big Pharma.
Jan Leschly was at the helm of SmithKline Beecham during the Paxil Study 329, which
perilously hid and changed research conclusions resulting in the suicides of an estimated

60,000 American adolescents. SmithKline Beecham was sold to GSK and in 2012, GSK was

fined $3B for the criminal actions.

Not one executive was charged. In fact, RFK Jr. has for years been demanding that these

pharma culprits, costing the lives of children, be held to account.

Also in 2018, Mr. Nick Leschly hit the press as the highest-paid CEO in pharma, netting

$24M. Overall, Mr. Leschly’s compensation, including Bluebird Bio stock sales, made him
over $100M.

In court documents, Third Rock Ventures PowerPoints clearly stated that the SRT vector was
superior to the Bluebird vector. Nick Leschly the CEO, the Chief Scientific Officer, Mitchell
Finer and TRV’s executives who were privy to these PowerPoints all sold hundreds of millions

in Bluebird stock.

“Sounds like it could be insider trading” Girondi says. “Maybe someone should investigate it.
I mean Bluebird raised over $4 billion from unknowing investors. Today the $4 billion is less

than $100 million. They lost like 99% of their cake.” Patrick Girondi said. “I know that if the
guy that owned the dry cleaner did that he’d be locked up”

Dr. Thompson’s stock ownership in Agios Pharma and his compensation at the reign of MSK
has netted him an estimated $200 to $300 million. In 2022, Dr. Thompson reaped $8.1M
cash, nontaxable dollars as CEO of MSK and was crowned the highest compensated leader of

nonprofits. Obviously, there’s a huge difference between nonprofits and not-for-profits.
In 2020 BB, MSK and SRT settled their grievances in a secret agreement.

In 2021, Agios Pharmaceuticals sold its entire cancer business to Servier for $2 billion to
focus on its genetic disease. Since then, TrialSite News has discovered that Agios’ genetic

disease targets are SCD and Thal.

When SRT filed charges against BB, in 2017, the stock was $230 with a market cap of $12B.
Today the stock is trading under a dollar. Billions have been lost by the investment

community but insiders made windfalls.

In 2021, BB pulled out of Europe which refused to approve the $1.8M price tag. It was then
approved in the US at $2.8M for Thal and $3.1M for SCD.

In 2022, SRT was negotiating with Attorney General Letitia James' office for a soft subpoena.
When Mr. Girondi was asked about the situation, he replied, “In my opinion, the NY attorney

general’s office was concentrating on Trump and not our Sickle Cell Disease patients.’

TrialSite News discovered that MSK and SRT are presently in arbitration. “Mr. Girondi states,
“We have a difference in opinion over the ownership of data which is critical for patients. I
am a huge supporter of MSK| I really appreciate Dr. Selwyn Vickers. When he arrived, I sent
him a congratulatory letter and we exchanged niceties. I and many of my Chicago and New

York trader friends have been writing checks to MSK for years”

In fact, Ken Griffin, originally a Chicago trader, pledged $400million to MSK in December of
2023.

Mr. Girondi claims to be responsible for the beginning of the Chicago trading community’s

support for MSK.

We asked Mr. Girondi about where gene therapy is going and if the patients can hope to be

cured anytime soon.

Mr. Girondi grinned and replied. “Accessible gene therapy is our goal. We have filed new
patents for modifications made by our outstanding science team, made up of Dheshan
Govender, Professor Frank Park of the University of Tennessee and Professor Andrew Wilber
of Southern Illinois University. We have an open US clinical trial and hope to be back in
patients with an improved vector soon. The final cost to healthcare providers will be about

$750,000. 70% of all of our SCD and Thal patients are on Medicaid or Medicare. The US

government and the healthcare providers stand to save a few hundred billion.

In fact, the difference between $3.1 billion and $750,000 times 100,000 patients is $235

billion.

Girondi shared with this author “I view all SCD and Thal patients as my son Rocco’s brothers

and sisters. (Rocco is a Thalassemia patient). I sincerely apologize for the delay”

We began this article by asking how the price of approved gene therapy got to $3M and

believe that the answer is in this saga.

TrialSite News will continue to report on the “Family Man” and fight for patients and the

entire medical community which is lined with some great folks.
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