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RO MREARTEMEED, BILEEMFER A RR%ZsE
IR HEARNZHRE. X TERIBRE, BNMMEBEIA R
Hafr k. EENE, N TERERSE, MRSHEVHEIR
THNEREEARBRERIBR, EHFERARAAESHIER
JERE RS . XERTHAERIAEMFRME, MANE AATE
M,

ATTRv (iEfEiEiEMET M)
E ATTRV JEMEZ &/ DEFIHZRRGRESE, NEAHITT
i, BURTFEMHRET, SFANERERAER 5-15 ENE,

ZEK, ATARESHEFRBREEQEMED 4, FHitE AR
AT RE Sk Bod AR — BB o BT BT AT A B B E M8 7 73 0%
PFHERBERISEIETFS ATTRY BENBERRAE, K
Z R AT AR . i, BEEHHAT TERSHENITZABFF
&, IBEABEXEMNFZ HERNE AT 715,

LRGN ET M LEEIRITER TTR EEEAUEMF

MR —M 5% —LKAM SRR ER TR 8 (BE

A . Z—XKAYEEE TIR TERMEREMFERRT 4
(RZEF) -

BiEERP, BROATEAEMEERNREEEER, AINE
=B INek. HET FDA #bERT BT R ERENE T A Patisiran
(Onpattro) #1 Inotersen (Tegsedi)o XL S51E AR BT ERK
TTR EEMERR TTR EEZEZER (MRNA) £6 1, mRNA 24
PRI R A, MMBRIEEATER TTR £E8. BmE 2,
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RABTIRMRNA =28 TTIREH, %A TTREZHR =8 TIRIE
MEERAKN « RRBIRSEAXLEYRBLERRELE, B6
LB E IR SERB TEE

B2 FDA #ERI BT ATTR BE8972 E 572 Tafamidis
(Vyndamax/Vyndaqgel). iXMzZ#a]Br LR TTR #EiRIT BT
MFEER. Z—MAFEANRBRERZ &M (Dolobid; £ FDA
HERTEMERNE, BRBENEMAT ATIR)  XEHMRBTE
FlE b FiERIZ KM E . EA@FhE Acoramidis 1 Tolcapone. iX
LORAMESHAEREEHBEESEMN/NDTF, AMEEN
N REMEEE BRALFERANER,

5 AL BT M—1, BRIIEEMR A EELEREASRAINEN
IR EMIRT % X2 BT EEIRKIL S PR —FK
W1E777%. BEELUXF T NEBEEMFRRY, BENRERSGA]
BESEARMIRAEMEILRY . WIAEREEHRLIGHBRR.

ATTRwt (SFERUEMHEEM)

(HTRA “ZBEZRAEMNERHEXETNHETE" )

N FEHARERIRBREED ATTRwWY SEMREZSE . BETKkitaa
E 7 Tafamidis (Vyndamax/Vyndaqgel) #i\ 0 ZFRET 5. T
EFIPAE B3R A AT R EMEEMFEZ N ERITBA Yt ETEXY
ATTRwt FRIEKRIE . E—LEE0RHNF, BBEEFETE
FRERT, AIEREHITOEBE,



AB:MIEMHETZHE
XNF AR M (SIEMEX) EMFZME, BEBERINAZRER
T AR, RHENRBIFR] AT e EE & m & 1E o

BRREEMEFEE

T REFERESTE S XISAEMERTR, LR FER
WEFERAR. —BHRASGMEER, AUBEFAVIR. TN
HiBTT . EAGFHEEFRRENBNTFS REREGIF, BIUaTTER
WAFITEMEY,, HEEHITNE. SAXRIUMNEMESE—
B, BNEETHRENENRE. FEE, KZHERMETEHN
HETMEENCURERRABTEZWTHRZEEMEDE. XIT 2R
K EBHORCE M ME R (CAA), BRI DM BRIATT /1%,
BT B EEZ K. XAIEEFEAEMTUEILICHNZAY, HlaA
Fiair MR BRENAY . XN TEWAEE, BINRA TEMEE
A&/E" , AMEAEZE Dilantin) 8k 3 (Tegretol) 4117 5%
HHATIEYT - PR&IME A AT I8N B XU B9 25490, A =) DL AR ak M
IR, BRER. ARLERAT, FEHITEIEMYIEATT .

TIEMHFEEMERER
xa§m7@MH#ﬁmm¢rl EE AR, Kl
HEE. SHREREENEERRNES

MR BEEMBENE, FINHITERNAEES. B2, REM
EESMREME, WATREFERR . KIESIKEANBLE EER
WRISEE .



ATRRRZREEMORIEMEEBRRER, BEFTEFER
RELRNLGTRAFRALIEMKE: REMKETNRE; S(FH
MR R S AR ER LR AR AR AK o

T ERiE, FEaYsizZin] LB BEMEISAER . BREEE
IR A BEA B TR SR E

RNET ATV EIAT7 AT LASE AR 75 R HVER
(HEFEE) | BHARTEERE 12-24 MAFEKMEAERE
AEFHTESDTHIDIFLENRE, AT ERAMERLRE. It
KAYRTOMSURRER kLo WFARE. RIfEaRORk, HERIE
ArsEmKEs 15 oA TR EKMIREIRRHEARERE

REMaFEMRRESHE.

E[F4mi8 (CRISPR)
BT FLLAEMETEEZHEA DNA RIS EFRTETE,
WEANSFSE, EEEAEERLRNREIZEFNASERD
o ML L, XAJRELLAERIITIEM — LR AEEBMLE. RA
“ERATEF]" Patisiran F1 Inotersen BT FEAF TTR mRNA 3K
11 TTR &RRER, BEMIXSM—FFEHEME TTR DNA EE &
WA TTR mRNA FREZL/ER. XHE At XL (X
KEREI &R A RASR Tafamidis FHMZE4)) FEF5E FA &
Mo AT, R DNA AE5HITRkARE, FEENMFEERN
MRNA RATSEB LR, WAFEERFEHELE TE TTR mRNA st&H
o BT HEE—I4KN CRISPR BRl=i#4, XAJeERIRFA AT
BESRT. CRISPR AT EMmEER, FEXNTIHNER%RER
AME., 2—MEX#FHSL, Fit CRISPR HIABERS T 2020 F



CRISPR-Cas9

o,

B BTIEFEIG AR IR 3 i $1 31 ATTR JEMHEZ 1 TR 7 I E e 4E

HIURFER . BHET, EAXNFIA CRISPR HAKATIEMIFEE
HATHR. RRAMBOUFRIAE, BLAATEZHR, UNEHRHA
F7E TTR BUTAHKEIZ NG, AR ATRESBUTEAREHRUETM "5
#" AL

& Mlia R

I RIS R 2 5 A IS W AN7A Fr R s RO 71 0RO 5T o It 2SR SR XS
TIBHBADTEMFZENTRMAREERTEEXRER. &K
M5 RATAE BRI ATE 167 7775 28 S IE A TR IR AR BT R AT
FRMEHR . WA, BEATUSKIFA . KENEFRER, FH
ITEFRERG BRSNS
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WFHEREHEL, BlaSNERAE. BT A EEER
lRARINE R FTINR, UBEENSUEIRERT AEHEL, 28
—HFSEF. TN ARHIERZE N TR EEEERS
(RB) E#tfIEE. IRB HEA. MERMIERFRRA (XAJEEE
HERA RS EMIETWAR) A MMNEEBRIERLIRSS5EH
M.

SR IEARER, S5NEENLEHBERES. S5&EWH
AIPABERNR Hif % . W ZIEA T, AT R ARF AR —E D
TR AT

S 5K RIS EEETEMPIRE SR T ZA ISR T
ZiATr . MWKIERE, AT ANTRASHNADITE 2T
HERAEMLIERLR FAEANBE, TEEEMEZMEFR O
6] ClinicalTrials.gove 14N, BEEATIEZR PubMed.gov, &EHA
KO ERFROEITIEERRFEE.



BB RMEL BT i R BE X BRFRRERIIX# 15
TRMEB—AN, AESARFHEREREI Z S5 FHEX A A EIR 52 %o




6. TZIEHMEZER L

BFZEBHNEER UL BNZMGT IEMESE. (EARE, B
AN, EEE, 53R Amyloidosis Support Groups 3K 24 /\NEEE
BFES. EBEIESA A (866) 404-7539, By &R IXEFHIVEZE Info@
AmyloidosisSupport.org. P N&EEMEFR EMFEHRFIET 0 &
B, BXETENLE, 15718 www.AmyloidosisSupport.org. FHTIE
METERRBAIMRE, XEFONERTWAIREEBEMEENRE
NECY A SELE S

EEEMHFEZERD

o NEHAFEZHV/E =TI BEFR (Baylor University Medical Center/Texas Oncology) (#55F=8 MIARIER)
o SHTERAFESHI) (Boston University Medical Center) ( B=ig 22 I3 1-151)

o MERPLER/MMHER Brigham and Women's/Harvard) (5= Z 1K W)

o THAEZETH (Cedars Sinal) (INFIFERILINEAZ)

o HEZWER (City of Hope) (INFI4E 2 I ML P /R 4F)

o FFIKZEZH (Cleveland Clinic) (iZz @I Fe Rk =Fnfh % Bk )N i)

o EMELLITAFESLE S H 0 (Columbia University Irving Medical Center) (41Z )1 4A497)

e #3EKRF (Duke University) (b~ ZskANINLHE)

o BRBEAZH EMAEEAEM AT (Emory University - Winship Cancer Institute) (1254 10 9145 2 X&)

o #BEFEZINE TR EESF IR (Froedtert & The Medical College of Wisconsin) (& H7 B 2 1|22 /Rik )
o {REFI DI/ ERR (Houston Methodist) (12 5 = i M 4R Hr 1)

o ENERHMAZ (Indiana University) (ENEEZ 40 )| EN S8 224055 R 7T )

o AENHTEL S HETE R (Johns Hopkins Hospital) (58 2| B /RATEE)

o RIOEHTEAEM R AT (Karmanos Cancer Institute) (2 &R I 4542 )

o IEEREMFRAT (Levine Cancer Institute) (k- B4l B i&4%)

o ELRIKF (Loyola University) (fAFIEMFINHERIE

o W hEETT E PR (Mayo Clinic) (BARFHIRM YIS # %5 BIRMNATTELE/R; TR ZAB M REI)

o [EETERTRFREFRBAET /D (MD Anderson Cancer Center) (4255 = H | /R 2 71 )

o FRTEMERIAS (Medical University of South Carolina) (3 Z k4 )| 2= /RET TR )

o MedStar 7RA AF E R (MedStar-Georgetown) (R THAF[X )

o A ANHRBE S I E TR0 (Memorial Sloan Kettering Cancer Center) (A4 A4 )

o EEIEAREEAE RN (Moffitt) (3 2 Bk NEMH)

o FazxLLERR (Mount Sinai) (ALNIAHLT)

* FE4ERZ (Northwestern University) (fRFIEGRIINZANEF)

o RZ NI KF LA EES /D (Ohio State University Comprehensive Cancer Center) (fizz N eF 164 )
o HENAESRF A (Oregon Health and Science University) (%74 MK 4F2%)

o BEAERIAAIEIREET L (Penn Medicine Abramson Cancer Center ) (£ %4 3% 211 1% 4§ )

o DHIHTEFX T4 /5 (Rochester Regional Health) (41201 B #1Hr45)

o RItAZFEZHL (Rush University Medical Center) (FRFIEAR 12 nEF)

o ZAHERRZS (Saint Luke's Hospital System) (HER=H )07 57 )
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o HRTTRIEETRISERR (Scripps) (INF4E R Z i IrEf)

o LRI A S R A R AE TR IR X8R (Seattle Cancer Care Alliance, University of Washington) (e 2 i i 76 & )

o HTEIEEMREEE TN (Stanford) (INFITE R ILINBAE I /RIE)

o ERREFTHL (Tufts Medical Center) (SF=iZE IR 10)

o [THIE D AFBAHAREZF 0 (UAB Medicine) (FlHzE Dill{HBAE)

o JNFIAE R A Z 0 B 445 (UCSD)- EE/R #7484 1/ (Moores Cancer Center) (fnFI3& fé I /)| Z #h7 5F )

o MFIERITAFIBL LSRR (UCSF- BB IR ELEEET D (Helen Diler Family Comprehensive Cancer
Center) (A& RILINIEE L)

o EANEFAS (University of Chicago) (FRFIIEFR = I0EF)

o HHFEHTARZ (University of Kansas) (HEEETINZFEHT)

o IAPEAE (University of Miami)- FE/R4EET4F4E & @ AEF L (Sylvester Comprehensive Cancer Center) ({#%
BiRINERE)

o Jb-RBEHASF (University of North Carolina) (4t 3400 #= L)

o HNFAS (University of Tennessee) (FHANFRIIESTHT4E/R)

o BREFEITAFEREES T (UT Southwestern Medical Center) (18 52i# A HLHT)

o ffiftb A= (University of Utah)- = HrBERIERTZAT (Huntsman Cancer Institute) (Ao il Eh 54 )

o THIHTHEAFEZFH0 (University of Rochester Medical Center)- & /R E4HEEM 3BT (Wilmot Cancer
Institute) (ZAZ90 B W4T 4S)

o SEERAFEZ I (Vanderbilt University Medical Center) (FHZNFE NI Z4014E/R )

o F/REEZ/REZF I (Weil Cornell Medical Center) (£ R4 7)

& FriE i T

o EMHRFELREIGKREZF (Monash University Eastern Health Clinical School) (382 AF 7 £8 /R4 )

o FHMAER (Westmead Hospital) (GRAF| IR )

o %ﬁ%’létlia%ﬁ*'liﬁ}? Ty (Center for the Study of Familial Amyloidosis) (=78 43K )

o [I/RIAE K2 R EM R AT (Cross Cancer Institute, University of Alberta) (15 ARES15)

o HFEZU/NEREIIEF /L (Princess Margaret Cancer Centre) (MMEAZ1E%)

o RHIENEHMELE I A (University of British Columbia) (INgARFIEREHE LT AR S 4E)

o EZUEMEEZ 4 F L (National Centre for Amyloidosis) (ZLE{E%)

o KEFERHNOM AL JEMFEEZ S Ed I (Centre Hospitalier Universitaire & Reference Center for AL
Amyloidosis) GEEFIER)

o SBEERAFEREMED S (Amyloidosis Center University Hospital Heidelberg) (1 [Ea{E/REE)

o FE#R[E T RHEHTE A (National and Kapodistrian University of Athens) (7 st )

o FHARAFEFEEIATFEESH 0 (Hadassah Medical Center, Faculty of Medicine, Hebrew University) (L
FIERREHHA)

o AGMEMFEISMERFR 587 H 0 (Center for the Study & Cure of Systemic Amyloidosis) (& AFIMHZETL )

o BEAKRZFERR (Kumamoto University Hospital) ( HAREA)

o BT TIRAZF (University of Groningen), #& % TR AZFEZH 0 (University Medical Center Groningen) (&= )

o BRHTEE RS EZKER (Oslo University Hospital) (}ﬂﬂ)’iﬁéﬁ’?lﬁ)

o SH/REAZF (Universidade do Porto) (%] 73 /R &

o E%?ﬂﬂﬁﬂ)Té%lifsnml,ﬁﬂmﬁﬁ*'lﬁu%&Ii*ﬂ%@%é; (Amyloidosis and Multiple Myeloma Unit,
Department of Hematology, Hospital Clinic of Barcelona) (FaHIsF EZE S )

TEMFT R ONZERMT. NREEEMED, SELBHE—F THRE2RRIBEHEANF
I, BRIFBEFHMEZ Info@AmyloidosisSupport.org
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7. L RIR

WMEEZRER, SRR, Hi0:

Amyloidosis Support Groups
AmyloidosisSupport.org

Hin B AR REE:

o SEMFEZS4ELER (Amyloidosis Alliance)
amyloidosisalliance.org

o SEMFETSME 4% (Amyloidosis Foundation)
amyloidosis.org

o SEM TSRS EX A (Amyloidosis Research Consortium)
arci.org

o SEMMETS MR A LB R (Amyloidosis Speakers Bureau)
mm?713.0rg/speakers-bureau

e Amyloidosis Support Groups
amyloidosissupport.org

e Amyloid Support Group UK
amyloidosis.org.uk

o MNEFTEMAEL 4 # W 4& Facebook &f (Canadian
Amyloidosis Support Network Facebook Group)
facebook.com/groups/194563300561853

o XEFNEHBAR
rarediseases.org

e RareConnect
rareconnect.org
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ANFAEIRF H R A T LTS
The Chip Miller Amyloidosis Foundation

Xﬂb'ﬂ"'-mmm 545%"

chipmiller.org

AR AT 12 B FiE T AR 22 B BRI 23 Bl -

W Alnylam

alnylam.com
she
wiottralus
°
www.attralus.com

orino

THERAPEUTICS
corinorx.com

Inte::i

|ntell|atx.com

IO%IS“

ionispharma.com

ARMACEUT\CALS

millennium.com

CAELUM

BIOSCIENCES

caelumbio.com

e I
“elaOS
a bridgebio company
eidostx.com

“—
janssen )’ Oncology

www.janssen.com

@ Pfizer

pfizer.com

'fprothenaﬂ

prothena.com

AU IRPRIA B H K ZE|EA T B R BT



AMYLOIDOSIS SUPPORT GROUPS

amyloidaware.com



