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Gilead 's Kite keeps adding to CAR-T Yescar ta's bag of tricks with
FDA ap proval in fol lic u lar lym phoma — a first

Nicole DeFeudis
Associate Editor

Sev er al months af ter cre at ing the first com mer cial CAR-T port fo lio with the FDA’s nod for Tecar tus,
Gilead’s Kite has racked up a sought-af ter new in di ca tion for its flag ship cell ther a py Yescar ta.

The FDA on Fri day grant ed Yescar ta — al so known as axi cab ta gene ciloleu cel — an ac cel er at ed ap proval
as a third-line ther a py for adults with re lapsed or re frac to ry fol lic u lar lym phoma (FL).

The de ci sion was based on the Phase II ZU MA-5 tri al, an open-la bel study in which 146  in do lent non-
Hodgkin’s lym phoma pa tients re ceived a sin gle in fu sion of Yescar ta af ter two or more lines of treat ment
— in clud ing 124 with FL and 22 with mar gin al zone lym phoma.
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Of the FL pa tients, 91% pa tients re spond ed to Yescar ta, 60% of whom achieved a com plete re mis sion,
ac cord ing to Kite. And 13 of the 25 pa tients who achieved a par tial re mis sion met the imag ing cri te ria for
a com plete re mis sion, but hadn’t been con firmed by a neg a tive bone mar row biop sy af ter treat ment.

The OK came right on time for Yescar ta’s PDU FA date, mak ing it the first CAR-T ap proved for FL.
Gilead’s stock $GILD was up 2.2% ear ly Mon day morn ing, pric ing at $64.62 a share.

Reg u la tors did, how ev er, slap a boxed warn ing on the la bel for cy tokine re lease syn drome and neu ro log ic
tox i c i ties. In a safe ty analy sis of the 146 pa tients, Grade 3 or high er CRS and neu ro log ic tox i c i ties oc -
curred in 8% and 21%, re spec tive ly.

At ASH20, Kite said ad verse events of any grade oc curred in 99% of pa tients, with Grade 3 or high er
events oc cur ring in 86%. The most com mon were neu trope nia (33%), de creased neu trophil count (27%),
and ane mia (23%), the com pa ny said.

Last month, Kite tapped Take da vet Frank Neu mann to head glob al clin i cal de vel op ment, re plac ing Ken
Takeshi ta who’s jump ing to Dai ichi San�yo on April 1.

“Ad vanc ing CAR T ther a pies for pa tients across lym phomas re mains a cor ner stone of our cell ther a py
de vel op ment pro gram, and we are ex cit ed about the po ten tial of Yescar ta for pa tients with in do lent fol -
lic u lar lym phoma,” Kite CEO Christi Shaw said in a state ment.

FL is the most com mon form of in do lent lym phoma, with a five-year sur vival rate of on ly 20% for pa -
tients in the third line. Pa tients with FL have ma lig nant tu mors that grow slow ly and can be come more
a� gres sive over time.

“Once a fol lic u lar lym phoma pa tient’s dis ease re laps es, the du ra tion of re sponse to care short ens with
each round of ther a py,” said Caron Ja cob son, med ical di rec tor of the Dana-Far ber Can cer In sti tute’s Im -
mune E� ec tor Cell Ther a py Pro gram and as sis tant pro fes sor at Har vard Med ical School.

Gilead be came an overnight CAR-T leader when it bought Kite for $12 bil lion back in 2017, snatch ing up
clin i cal-stage Yescar ta in the process. It nabbed a quick OK in re lapsed or re frac to ry large B-cell lym -
phoma two weeks lat er — not long af ter No var tis’ Kym ri ah be came the world’s first ap proved CAR-T
ther a py. This past Ju ly, Kite nabbed its sec ond ap proval with Tecar tus for treat ment for re lapsed or re -
frac to ry man tle cell lym phoma.
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While Yescar ta was first out the gate in FL, Kyr mi ah isn’t far be hind. No var tis said back in Au gust that it
got the in ter im re sults it was look ing for from a Phase II tri al in FL, and an nounced plans to file with the
FDA in 2021.

Up on read ing out the ZU MA-5 re sults at ASH, Kite’s VP and head of med ical a� airs Ibrahim El-
Houssieny said Gilead was al ready talk ing about de vel op ing Yescar ta for ear li er lines of ther a py.

“We are hav ing these dis cus sions right now… about ear li er lines of ther a py and whether that would re -
quire a Phase III or a Phase II,” he told End points News at the time. “That’s still in dis cus sion. We haven’t
yet reached a fi nal con clu sion on the study de sign but it’s some thing that’s in the plan ning,” he said.
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From Clin i cal Strat e gy to De vel op ment: Nav i gat ing COVID-19 to
Sup port the Next Gen er a tion of Pa tient-Fo cused Treat ments

Graciela Rácaro
Global Head of Operations at Parexel Biotech

Key Points

The COVID-19 pandemic has imperiled clinical trials in many ways, one of which is disrupting a patient’s
ability to have traditional in-person study visits, thereby potentially jeopardizing patient care and safety
and the long-term viability of the study. 
Decentralized clinical trials (DCTs) leverage patient-centered technology and innovations to rethink and
sustain critical research while boosting patient engagement, recruitment and retention, expediting time
to market. 
Parexel Biotech is a pioneer in partnering with the industry to deliver decentralized trials and has the
experience and data to guide emerging companies through the evolving pandemic from pre-IND to Post-
Approval.
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Roche cuts bait on late-stage study of Hunt ing ton's med tomin ersen,
an Io n is im port with pri or safe ty flags

Kyle Blankenship
Managing Editor

Hoping to tackle the absolutely brutal Huntington’s disease, Roche inked a licensing pact with Ionis back
in 2017 for a novel antisense therapy targeting a protein implicated in the disease. Now, after riding out
earlier safety red flags, Roche is calling a late-stage study quits on a data committee’s orders.

Roche has halted dosing for its Phase III study of tominersen, an antisense drug targeting the huntingtin
protein and a mutant variant, after an independent data committee “made its recommendation based on
the investigational therapy’s potential benefit/risk profile for study participants,” the Swiss drug giant
said.
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Pfiz er has run 41 tri als over 15 years for tanezum ab. As ad comm
nears, the FDA re mains unim pressed — and more than a lit tle wor -
ried

Zachary Brennan
Senior Editor

Ahead of an advisory committee meeting later this week, the FDA on Monday released its in-depth
review of Pfizer and Eli Lilly’s anti-NGF osteoarthritis drug tanezumab, concluding that it “provides
substantial evidence of e�ectiveness” but also raising concerns that the proposed risk evaluation and
mitigation strategy (REMS) may not be enough to lessen its significant safety risks.
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The safety questions at hand deal with reports of unusual and unexpected joint-related adverse events in
tanezumab-treated patients with osteoarthritis, FDA explained, noting, “The review team has concerns
that the Applicant’s proposed REMS is not su�cient to mitigate the risk of RPOA [Rapidly Progressing
Osteoarthritis] and would not ensure that the benefits of tanezumab outweigh the risks of RPOA.”
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UP DAT ED: José Basel ga, ac claimed drug hunter, physi cian and As -
traZeneca's pi o neer ing can cer R&D chief, has died

John Carroll
Editor & Founder

José Baselga, the brilliant oncology R&D chief at AstraZeneca and a towering figure in cancer drug
development who had earlier been chief medical o�cer at Memorial Sloan Kettering, has died at the age
of 61.

Baselga succumbed to Creutzfeldt-Jakob disease, a rapidly progressive and lethal neurodegenerative
disease closely associated with mad cow disease that is tri�gered in about 1 in every million people.
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UP DAT ED: As traZeneca read ies April EUA fil ing with 79% vac cine
e�  ca cy, first glimpse of el der ly da ta and 100% pro tec tion against se -
vere dis ease in US tri al

Amber Tong
Senior Editor

Weeks into a chaotic vaccine rollout in Europe, AstraZeneca finally has the long-awaited Phase III data it
needs to crack open the American market — without the safety scare. How big of a role it might play in
the US, though, is less certain.

At the interim analysis, AZD1222 sported a 79% e�cacy at preventing symptomatic Covid-19 — a figure
squarely in between the 94% or 95% posted by its mRNA rivals and 72% claimed for J&J’s single-shot
vaccine. The results were based on 141 symptomatic cases recorded across 32,449 volunteers, who were
randomized 2:1 vaccine to placebo, although the breakdown wasn’t disclosed.
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PhRMA at tacks New Mex i co’s ‘short on de tail’ plan for Cana di an
drug im ports

Zachary Brennan
Senior Editor

Industry group PhRMA continues to fight a Trump-era final rule to allow drug imports from Canada as
the lobbying group has now petitioned the FDA to reject New Mexico’s import plan because of missing
details that may make the imported drugs unsafe and not cost-e�ective.
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The application “provides scant indication that the proposed SIP [Section 804 Importation Program]
will lead to any—let alone significant—reduction in cost to consumers,” PhRMA said in its petition.
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Those NDA plans Odonate had for mid-'21? They're be ing scrapped
— along with the en tire biotech — in a sud den im plo sion

John Carroll
Editor & Founder

Last summer, San Diego-based Odonate $ODT CEO Kevin Tang enthusiastically sought to bolster
investors’ enthusiasm for the company with what the biotech called “a potential important clinical
advance for patients with metastatic breast cancer.” Their late-stage study had hit the primary endpoint,
the company noted, and they were laying the groundwork for an NDA in mid-2021.

That message didn’t work so well, though, as investors trimmed the company’s market cap considerably
from its earlier, high-flying ways. But it was still in the game with a market cap north of $730 million —
until this morning. The stock collapsed, eviscerating 75% of its value ahead of the bell in a slide down to
cash.
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Mer ck 's C-suite shake up, Eli Lil ly stirs fresh Alzheimer's con tro very,
play by play of Am gen's $2B buy out, and more

Amber Tong
Senior Editor

Welcome back to Endpoints Weekly, your review of the week’s top biopharma headlines. Want this in
your inbox every Saturday morning? Current Endpoints readers can visit their reader profile to add
Endpoints Weekly. New to Endpoints? Sign up here.

Ones of the coolest parts of this job is getting the chance to discuss cutting-edge science and
technologies with the people behind them. You can see plenty of those conversations in this week’s
lineup. — Amber Tong

Merck’s C-cuite shakeup

On the heels of Roger Perlmutter and Ken Frazier’s departure, Michael Nally has left his chief
marketing o�cer post at Merck for greener pastures. Reportedly in the running for the CEO job as
Frazier retires, Nally ultimately lost out to CFO Robert Davis, who is now leading a fresh C-suite with
Dean Li as R&D chief and Frank Clyburn, inaugural president of the global oncology business and most
recently chief commercial o�cer, in Nally’s previous position.

Eli Lilly stirs Alzheimer’s controversy

Nothing drums up excitement and controversy quite as instantly and intensely as Alzheimer’s — as Eli
Lilly has once again demonstrated with the presentation of mixed results from its Phase II trial of
donanemab. While the pharma giant heralded a statistically significant result for the unconventional
primary endpoint it chose, even the optimists were cautious to jump to conclusions while critics homed
in on the meh numbers on the secondary endpoints (which represented more traditional metrics used in
previous studies) and side e�ects. Lilly, though, maintained the data were “tremendously important” and
is upbeat about its upcoming pivotal before heading to regulators — by which time they may also have a
precedent in Biogen’s aducanumab.

FTC pledges pharma M&A crackdown

Rebecca Kelly Slaughter didn’t mince words in calling out pharma megamergers. Now as FTC’s acting
chair, she’s vowing to “rethink” the antitrust watchdog’s review approach by setting up an international
working group to scrutinize these deals and vowing to consider new proposed deals in light of conduct
like price fixing, reverse payments and other regulatory abuses. The group will comprise state attorneys
general, the Department of Justice, as well as UK, European and Canadian regulatory counterparts. At
least one big buyout may be on the line.

FDA holds the line on Covid-19 antibodies

Emerging variants of the coronavirus are threatening to undermine the three antibody treatments from
Eli Lilly and Regeneron that have been authorized for emergency use, and the FDA is vowing to stay on
top of it. The US government is no longer distributing Lilly’s bamlanivimab into California, Arizona and
Nevada because of the prevalence of a viral variant, acting commissioner Janet Woodcock told a
meeting of doctors. And after releasing a letter requiring the two companies to monitor the activities of
their drugs, her agency spelled out the available data on the performance of bamlanivimab alone,
bamlanivimab plus etesevimab, and the imdevimab/casirivimab cocktail.
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Elis a bet de los Pinos and her team fu el up for a late-stage quest to de -
liv er a safe eye can cer drug

Nicole DeFeudis
Associate Editor

Since its founding in 2009, Aura Biosciences has been laser-focused on creating a safer alternative to
currently available eye cancer therapies. And on Monday, the biotech pulled in $80 million to walk its
lead candidate to Phase III.

The Series E round brings the Cambridge, MA-based company’s total raise to over $200 million. The
biotech will use the funds for its virus-like drug conjugates, including its lead candidate, AU-011,  which
is headed for a pivotal late-stage study in choroidal (ocular) cancer.
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Financing
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Bioscience & Technology Business Center 

The University of Kansas 
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